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Thanks for joining the Retrophin Thiola licensing call. Joining me.is Marc Panoff, our CFO.

I’'m on Slide 3. After the market close yesterday, we announced a license agreement with Mission
Pharmacal, a family-owned, Texas-based drug company, for-the U.S. rights to Thiola, or tiopronin. We
are delighted to gain access to Thiola, an incredible medicine for people suffering from cystinuria. Thiola
adds our marketed products portfolio, which we intend to expand further in the near future.

On slide 4, you can see this is a great deal for both companies. We are paying Mission a modest upfront
payment, which will be disclosed in a future SEC filing. This upfront payment is small, and immaterial to
Retrophin in the context of our balance sheet, which has recently expanded. We will pay Mission
royalties on product sales. .

Thiola is FDA approved for the treatment of cystinuria. The drug is taken to prevent kidney stone
formation, the main sequelae of cystinuria. Thiola is considered the standard of care for this disease,
and we will talk about that in more detail momentarily.

We believe Thiola has dramatic room for growth and peak sales of Thiola couldreach 100 million dollars.
We can promote Thiola with an active dedicated sales force, increase pricing, find new indications,
increase diagnosis of cystinuria and begin thinking about selling Thiola/inother geographies.

Finally, this drug fits hand-in-glove with Retrophin’s portfolio. Every employee of Retrophin seems
genuinely thrilled to gain access to this medicine.

Slide 5. Let’s drill down on Thiola. IMS reports current Thiola'revenue of approximately $2.1 million,
which is the accurate current revenue for the product. Thiola is one of two molecules that are FDA-
approved for the treatment of cystinuria. Penicillamine, which is available by two drug companiés, is the
other one. Penicillamine is generally seen to be-much more toxic than Thiola. Amazingly, penicillamine is
still 20 to 30 times more expensive than ThiolalThe orphan drug status for Thiola has expired, and there
are no approved generics. Interestingly, our tiopronin is the only approved tiopronin-based drug
globally. :

So, what is cystinuria? Slide 6. Cystinuria is one complex disease. Let’s talk about the biology
that underlies this disease. Two proteins come together, to form what we call a dimer. This
heterodimer, composed of.the SLC3A1 and SLC7A9 proteins, is responsible for re-absorbing cysteine and
other amino acids fronrthe’kidney. When either of these proteins are mutated, cystinuria occurs.
Cystine accumulatesiinthe kidney and forms kidney stones. Cystine is insoluble at the pH levels of the
kidney and urine and_ this precipitation causes chronic kidney stones that are excruciatingly painful. Not
only are the cysteine stones extremely painful, but they are recurrent and frequent. Even worse, they
are resistant to lithotripsy. The pain and suffering of cystinuria patients is something Retrophin is
inheriting and seeks to change the face of. We take this responsibility extremely seriously and will be
taking dramatic actions to change the lives of all cystinuria patients. I'll say more on this shortly.

Many cystinuria patients will never need Thiola. Cystinuria can often be managed by fluid intake
and diet restriction. Unfortunately, some patients do need Thiola. Fluid intake is difficult to comply with
and diet restriction is nearly impossible. Even with these approaches and alkalization therapy, some
patients still develop kidney stones. There are only a few hundred patients on Thiola. Just like our
product Chenodal, there are extremely few drug companies on the planet who will step up and care for
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just a handful of patients. These small markets are attractive to Retrophin because we understand the
plight of patients who are abandoned by the pharmaceutical industry.

Slide 7. An incredible number of people have cystinuria, and again, thankfully, many of them do
not need Thiola. Still, cystinuria is one of the most common, but still rare, autosomal recessive diseases.
Cystinuria is a global disease and as is typical, the United States, even though it has 20,000 cystinuria
patients, has one of the lowest frequencies of cystinuria compared to other countries. Over time we will
formulate a plan to bring Thiola to these global territories.

Slide 8. Cystinuria costs society an enormous amount. No number can be placed on the pain and
suffering of having chronic kidney stones, but the procedures to remove kidney stones, combined with
the ER visits, loss of productivity and pain take an enormous toll on our healthcare system. As | '
mentioned, the only other drug, which is seen as inferior to Thiola in terms of safety, is much more
expensive than Thiola. We will normalize the price of Thiola to be competitive with penicillamine.

- Retrophin plans a broad undertaking to enhance the value of Thiola to its patients. Thiola comes
“in an inconvenient 100mg pill format and this needs to be changed. Our great partner Mission, simply
has other priorities and we have seen time and again that low-revenue drugs are extremely low
priorities for almost all drug companies. Retrophin will certainly generate more revenue with a price
increase on Thiola, but we will redeploy those profits in bringing peoplewith cystinuria a better life. To
us, this is the greatest win-win and we have won tremendous support from patients with similar actions

we have taken on Chenodal.

Drug companies need to make a sufficient profit.to/continue supplying a drug. It is no accident
that many small revenue drugs frequently have supply. shortages. Thiola is no exception. Retrophin
believes that every patient’s life matters, no matter how rare the disease is. It is the truest tragedy if a
patient has to endure pain and suffering because a drug company just isn’t making enough revenue. Not

~ only should product supply for rare diseases be'steady, but there should be redundant supply for these
crucial drugs. None of this is possible jf'a drug company is breaking even or LOSING money on a drug.
Retrophin will make a comfortable, but'not excessive at all profit, as our company has just broken even,
while adding value to our most important constituent: our patients.

A steady and high-quality supply is not the only consideration in pricing a drug. Rare diseases
like cystinuria are not focused on in the medical community, even by specialists. By sponsoring symposia
and education, Refrophin can held remind physicians that this disease exists. We have heard from
patients that this disease is often underdiagnosed or misdiagnosed. This is a terrible situation that falls
on the drug company to manage. Again, a company breaking even or losing money on a drug is not
incentivized to educate physicians on the rarest of diseases. With more revenue, we can afford our MSL
and sales teams, who are very expensive | might add, and they can help eliminate some of the pain and

) _ suffering by shorting the time from diagnosis to treatment. '

But that’s not all. More revenue for Retrophin means we can fully support co-pays, ensuring no
patient is left behind. We can investigate exporting our drug globally. We can fund research for an
eventual cure for cystinuria. We can make new product forms that are more effective and convenient.
All of these great additions to the healthcare ecosystem are possible when we take a higher priceon a
product. To this day we have never had a patient, patient group or physician complain about the price of
a Retrophin product being too high. We asked cystinuria leaders if price increases for Thiola,
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accompanied with the services mentioned, would be welcomed. The answer was a resounding and
unanimous yes. We are proud of the steps we are undertaking to market Thiola and as our shareholders

you should be proud to support us as well.

Slide 9. We are frequently asked about intellectual property and distribution strategy. Our distribution
strategy for rare disease drugs is closed distribution. The closed distribution channel allows for higher
patient service and care, including seamless co-pay reimbursement. These features are difficult to
employ in the retail pharmacy setting. The closed distribution system also allows us to control the
release of our product. We do not sell Retrophin products to generic companiés. The only people who
need Thiola and should be able to buy it are patients who are suffering from cystinuria.

The specialty pharmacy distribution model takes the AB substitutable rating that generics get and
neuters it. Because of the extremely high-touch service we provide, and the sole distributor we have,
the AB rating for a putative, and in my opinion, unlikely to occur, generic is ineffective. AB
substitutability is useful when a pharmacy can automatically substitute a prescriptionfor a generic at
the pharmacy level. This whole model that generics rely upon is turned upside'down with specialty
pharmacy distribution. '

Most importantly, we intend to discontinue Thiola 100mg tablets ovef time. Thiola should be made
available in 250mg and 500mg tablets. With our partner Mission, we hope to provide a more convenient
solution for patients who usually need 800mg of drug per day. Finally; an extended release version of
Thiola would further enhance compliance and treatment. Ourintent is to remove our legacy products
from the channel as soon as new products are available, which is often called a “hard switch”. Given all
of these dynamics and the likely low revenue of Thiola éven’after a price increase, we do not believe
generics will enter the market for this product anytime'soon, if ever. Chenodal and Vecamyl are similar
Ret.rophin-productsvwith these dynamics.

On Slide 10 you can see that we are raising guidance for 2014 and 2015. We had previously given
guidance of $20 to $22 million in revenue for 2014. We are raising that guidance to $30 to $35 million,
to reflect the seven months we will own.Thiola and continued confidence in Chenodal and Vecamyl. Our
2015 guidance is being raised from$36 to $41 million to $60 to $70 million. | believe this guidance is
conservative and | look forward to updating it as time goes on. A

Over time, Thiola could-become a $100 million product. This is an aspiration goal and not at all reflected
in our guidance. Givenithe cost of the product license, which is de minimus, and the forecasted revenue
and likely lifecycle of the product, we believe the license of Thiola has added approximately ten dollars
per share in value to our company. I'd like to thank our hard-working business development team,
including Courtney Bond, the executive who discovered the Thiola opportunity, for their contribution to
the company. [ truly believe we have the best BD team in the pharmaceutical industry.

| have been valuing pharmaceutical companies the same way for over 10 years. | believe drug companies
should capitalize research and development costs. Unfortunately, accounting standards require that
they are expensed. Increasingly, we have seen pharmaceutical companies spend less'on R&D because of
this dynamic. Acquisition of R&D allows drug companies to use their balance sheet, instead of their
income statement, to conduct R&D. it is easy for a financial analyst to strip out R&D and other one-time-
like costs to assess what the true earnings power of a company is. R&D is a one-time cost for Retrophin.
As the largest shareholder of the company, | promise you, that if our R&D efforts do not bear fruit, we
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will slash R&D to zero. Also, R&D is-unrelated to revenue. Thiola, Chenodal and Vecamyl will generate
the amount of revenue they are destined to generate whether we spend zero on R&D or $100 miliion on
R&D. The idea that R&D is a part of the income statement of our company makes sense from an
operating perspective because cash leaves the company, but it really belongs on the cash flow
statement and balance sheet, because | view R&D as an investment. »

As a result of these dynamics, we disclosed last quérter our metric called earnings power per share. This
is the EPS number we could generate if we adjusted our business model to exclude R&D and made other
adjustments. The number is really supposed to represent the buy-able earnings power if we were
acquired by the average pharmaceutical company. In our last quarterly call, | mentioned that | believed
our earnings power was one dollar per share. Today, after the Thiola deal, | believe our earnings power
per share is 1.50 to 2.00 per share, and that is likely to be conservative. ‘

Our business development pipeline is extremely robust. We plan on announcing another deal in the next
90 days, and possibly a lot sooner. We recently had the opportunity to bid 250 million.doliars on a
portfolio of pharmaceutical assets. We were able to privately and confidentially raise money for this
potential transaction quickly and easily. While the transaction did not close for'irrelevant reasons, | am
delighted that we were able to access so much capital so quickly. Retrophin.is looking at opportunities
up to one half of a billion dollars for acquisitions, as well as smaller deals like Thiola. Stay tuned as we
continue to try to grow our earnings. My sole focus is a growing EPS.over time, including an R&D spend
that will enhance our long-term growth. Our stock price is not @ focus for me. There is no realistic
benefit that comes from a high stock price and those of youwho'know us well understand that this is a
deeply held opinion at Retrophin. With no analyst coverage, no conference presentations, no IR people,
and very infrequent roadshows, we are focused on growing our business, not growing our stock price.

Our capital raise of $80 million is very gratifying.-As | mentioned, Retrophin had no need to dilute unless
it found an attractive deal. | believe the Thiola transaction adds hundreds of millions of dollars to the
value of our company with extremely smallfisk. Our new partner, Athyrium, was awarded the senior
debt opportunity that we seeked. This.competitive process was extremely well managed by Barclays,
one of the best healthcare investment banking groups, and we are delighted to work with Athyrium. The
ability for a combany like Retrophinto tap the debt markets is truly flattering. Most biotech companies
never get a chance to issue debt’Over time we expect our debt coupons to drop as we establish a track
record of cash flow. We!d also like to thank our convertible note investors. Convertible debt is equity-
like, but the small amount of dilution this debt represents allows us to pursue further Thiola-like deals
and strengthens ourTrelationship with our equity shareholders, who were the main buyers of our
convertible debt. :

A quick word on PKAN. We are encouraged by our early experience with our first European patient. We
will be releasing 28-day data on this patient next month. The only thing we are reporting at this time is
that we are encouraged by the data thus far and the drug is extremely well tolerated. More patients are
in the pipeline to be enrolled in investigator-led emergency trials for RE-024. | look forward to updating
you on that, potential further acquisitions and our revenue and earnings progress soon.

With that, I'll take any quéstions you might have.
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From: Edwin Urnutia
oan it
Martin Shkreli

CcC:

Sent: 5/20/2015 3:49:27 PM
Subject: Turing Transaction
Attachments: Turing Mutual CDA.docx
Dan,

Hope all is well. We are working on a few transactions at Turing that we want to discuss with
you. If it makes sense let's discuss over a call or meeting. I have attached our standard CDA

so we can get into the details.

Transaction 1:

Potential licensing deal for a $6mm revenue product. Product is sole sourced and the standard
of care for a life threatening indication. Current pricing is low relative to the value it
provides. We plan to place product in a closed distribution system (e.g. Thiola and Chenodal).
Currently there is no salesforce and we plan to hire a dedicated salesforce and focus on
disease awareness. Ability to extend life cycle by developing modlfled formulations and

working on analogues.

This is a $2B+ NPV oppbrtunity'for us. We believe we can get this ‘to $200mm in revenue per
year. We have made an initial offer for an upfront payment between $15mm - 20mm, 15% royalties
on net sales to seller and a recurring annual license fee. Outr plan is to finance this through

equity.
Transaction 2:

- Potential acquisition of $10mm revenue product. The“product is also sole sourced and the
standard of care for the indication. This product~is/not priced appropriately to the value it
provides. We plan to place product in closed distribution, hire a dedicated salesforce and
focus on disease awareness. We can extend cyclé through combo formulatlon, once daily

formulation and next generation analogues. ,

This is a $2B+ NPV opportunity for us as well. We believe we can get this tov$300mm in revenue
per year. We have made an initial offer of 6x sales for a total purchase price of $60mm. We
plan to finance this with a mixture|of debt and equity.

We are in advanced discussions with both parties and the transactions could move quickly.

Best,
Edwin

Edwin Urrutia
Turing Pharmaceuticals AG
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Retrophin

Manchester Pharmaceuticals Acquisition
February 13, 2014

Re|trophin




Forward-Looking Statements

This presentation contains forward-looking statements, including statements about our
prospects, competitive position, regulatory filings and agency actions, and the anticipated
development, timing, data readouts and therapeutic scope of programs in our clinical pipeline.
These forward-looking statements may be accompanied by stch words as “anticipate,”
“believe,” “estimate,” “expect,” “forecast,” “intend,” “may,” “plan,” “project,” “target,”
“will” and other words and terms of similar meaning. You should not place undue reliance on
these statements.

These statements involve risks and uncertainties ‘that could cause actual results to differ
materially from those reflected in such statements, including the safety and efficacy of our
product candidates, product competition, the-occurrence of adverse safety events with our
products, adverse market and economic conditions, our dependencc on collaborations and other
third parties over which we may not always have full control, failure to comply with government
regulation, our ability to protect our intellectual property rights, and have sufficient rights to
market our products and services /together with the cost of doing so, problems with our
manufacturing processes and olr reliance on third parties, our ability to attract and retain
qualified personnel, our level ‘of.indebtedness, environmental risks, change of control provisions
~in our collaborations and the other risks and uncertainties that are described in the Risk Factors
section of our most recent’annual or quarterly report and in other reports we have filed with
the SEC. :

These statements are based on our current beliefs and expectations and speak only as of the
date of this presentation. We do not undertake any obligation to publicly update any forward-
looking statements.




Chenodal Gallstones

Chenodal

Vecamyl Hypertension

Vecamyl Rage Disorders




Overview

> Retrophin to acquire Manchester Pharmaceuticals

- Privately-held specialty pharmaceutical company with two FDA-approved
products |

o Chenodal® (chenodeoxycholic acid)
s Vecamyl® (mecamylamine)

> $62.5m purchase price
- $29.5m paid upfront
- Remaining payments to be delivered over 2014
- Ongoing royalty on sales

> Highly accretive aequisition creates a fully-integrated specialty
pharmaceutical-company focused on catastrophic diseases




Chenodal® (chenodeoxycholic acid)

o Chenodal (CDCA) is a synthetic bile- ac1d approved for |
~ the treatment of gallstones, but...

o ...usage is exclusively in cerebrotendinous
- xanthomatosis (CTX)
- CDCA is the standard of care for CTX

- Chenodal is the only FDA-approved formulation of CDCA in
the U.S.

a Manchester received FDA approval of Chenodal in 2009

o Chenodal received Orphan,Status for CTX in 2010
° RetrOphin will file for approval in CTX in 2014

o Pricing for Chenodal-is ~$110,000 per patient per year
- Retrophin believes there is upside to this price and will

increase price to accommodate product expansion and
patient identification efforts




Cerebrotendinous Xanthomatosis (CTX)

o Inborn error (autosomal recessive) of metabolism
- Mutation in CYP27A (sterol-27-hydroxylase)

s This enzyme converts cholesterol to CDCA

s CDCA binds to FXR and downregulates CYP7A1, which
~ generates bile acids from cholesterol

o Patients with CTX mutations cannot make CDCA and

therefore CYP7A1 is upregulated which causes CTX patients
accumulation of toxic substrates such as.cholestanol make no CDCA
. _ ‘ which is a FXR
CTX patients agonist
have no
CYP27A1

cholesterol “oe > “’
" 0 27-0MC FXR
‘@ 7a<hydroxy-choleste:i/)( \
HO k I ﬁ.
o™ (:H 4 ‘G cholestanol
FXR normally C;Fi(. ents
downregulates CYP7A1, but hol l ; pan] ot
without CDCA, CTX patients Cholestanol is toxic o
have runaway CYP7A1 and accumulates in v
expression and accumulate CTX patients
toxic cholestanol




Cerebrotendinous Xanthomatosis (CTX)

o CTX is a very difficult diagnosis to make

- CTX patients begin life with neonatal cholestatic jaundice

and refractory diarrhea |
s These common, non-critical and non- spec1f1c symptoms
rarely lead to a CTX diagnosis

- Disease progression then occurs'with juvenile cataracts,
tendon xanthomas (lipid depésition) and neurological
deterioration (motor dysfunction, intellectual disabilities)
s 95-97% of CTX patients-have neurological symptoms at
diagnosis -

- The disease can-be lethal without Chenodal treatment




o Due to the underdiagnosis of CTX, epidemiology data are limited
- Published speculation of 1/1,000,000 to 1/50,000.prevalence

o Retrophin believes there are at least 500 11,000 U.S. CTX patients
- - Currently <5% - 10% are diagnosed / treated

o Retrophin believes that many CTX patients are misdiagnosed due to a
lack of awareness and variable and non-specific presentation

- Anin-house survey of 5 KOLs who treat CTX patients estimate the incidence
to be much higher than patients who are currently dosed

o Retrophin is confident'that doctor awa_rehess, newborn genetic
screening and establishing a patient registry will rapidly identify more
patients in the US-and ROW |




Chenodal in CTX

o Chenodal replacement therapy is functionally curative for CTX patients
- Measured by serum cholestanol
- Healthy patients have little-to-no serum cholestanacl
- After Chenodal treatment, cholestanol drops ~98%

o Chenodal was never subjected to a clinical trial for CTX given its off-
label discovery of efficacy
- We believe a clinical trial would be unethical
- Standard-of-care-status is unquestioned

Fig 2. Cerebellar atraphy and hyperintense sign in dentate nuclei and
adjocent cerebellor white matter on T2-weight RM{ images (arrow),
for a patient with cerebrotendinous xanthomatosis.




Chenodal Pricing

o Price per patient per year (PPPY)
- Wall Street focuses on this

o % of healthcare spend
- Insurers focus on this

US Cost to Annual Cost/ | % of HMOs Generic

Revenue HMO Life Covered (Ndrug spend PPPY Alternative?

Humira } 6,668 | 1000 | 2440 50| 1.334% YES
_A_bl_l_lfy ., 6076 | 911 __i_ 12223 1. 215‘73 1 ' YES
fanwia | 3120 | 468 | ot | oea% | | VES__
Soliris | 560 | 8 | 7\"205 0.112% 450,000 _NO
Fabrazyme | - 267 | 40 |- 098 | 0053% | 300000 | NO
Cerezyme | 239 | 36(y 08 | 0048% | 300,000 NO .
Kalydeco | 200 } .30~ | 073 | 0040% | 30723 |  NO
Myozyme | 168 |25 | 061 0.034% 600,000 NO
Elaprase | 150 | ~ 23 | 055 | 0.030% 500000 | NO
Vpriv 1OQ B 15 0.37 0.020% 300,000 NO

|Naglazyme | so | 8 | 018 | 0010% | 750000 ;  NO
Chenodal .5 1 1 ¢+ 002 | 0001% | 113,520 NO
Total UItra Premium Price Segment P 0.348%
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Global Opportunity

o Current supply of the only other available chehodeoxycholic acid
product is limited to ROW markets and is spotty
- Several product availability complaints

o Retrophin believes a large international-opportunity exists |

- At least 1,000 international patients undiagnosed, untreated and WIthout
an alternatlve product -

o ROW revenue is usually 50-90% of total revenue for most orphan drugs
- Zero ROW revenue today |
- Retrophin targets at least-50% ROW revenue long-term

11



In‘rellec:’ruc:l Proper’ry

° Retrophin will seek FDA approval for Chenodal in CTX this year
- Expect rapid approval and 7-year orphan status

 Centric specialty pharmacy distributor

- Closed distribution system does not allow for gene.rics to access product for
bioequivalence study

= ANDA filings are impossible unless generic company illegally penetrates
specialty distributor

o Recent Celgene v. Lannett case establishes precedent

o Retrophin plans to develap a once-a-day chenodeoxycholic acid and
remove Chenodal from distribution at the appropriate time

12



o FXR agonism has become a popular MOA and reaches across several
therapeutic areas including hepatology and nephrology

» Possible additional indications for Chenodal inelude primary biliary
cirrhosis (PBC) and nonalcoholic steatohepatitis (NASH)

HG™

Obeticholic acid (OCA) | Chenodeoxycholic acid (CDCA)

13




o Yecamyl has exhibited strong growth
since its reintroduction to the market
with 'no marketing
- Retrophin is aware of off-label use in rage

associated with autism spectrum disorder |

' i%w

o Retrophin plans to continue to make . vemmgf
Vecamyl available but does not-intend :H‘“’““sz, e
to engage in any marketing or
promotional activities

14



Forecasts

» 2014 revenue guidance of $10 - $12 million
o 2015 revenue gUidance of $19 - $21 million
> Manchester EBITDA margins of 75-80%

o Potential peak sales of $100-$250 mitlion

We estimate NPV'of acquisition of Manchester of
at least,~$10 per Retrophin share

15
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Executive Summary,

« Turingis in dlscussmns to acquire Darapnm (pyrlmethamme) from
Impax Labs (IPXL)

— 2014 US net revenue of $4.9mm
~ Initial offer of 6x 2014 US net sales ($29.5mm)
» Daraprim®is indicated for the treatment oftoxoplasmosis when used

conjointly with a sulfonamide, since synergism exists with this
combination

- FDA approved in January 1953 (NDA #008578)

- Gold standard of care for toxoplasm05|s

» Turing is looking to borrowS5mm — $15mm in senior secured debt
— The transaction will befinanced with a combination of debt and equity

~« We believe there-are several potential strategies to grow revenue
— Current pricing lower than other adjunctive therapies '

— Daraprim?® fits the specialty distribution business model

~ Confidential | | 2 R I G
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Daraprim Prescribing Information and Pricing

. Daraprlm is indicated for the treatment of toxoplasmosis encephalitis
- Approved January 23, 1953

- No approved generics or recent DMFs

. Current gold standard for Toxoplasmosis

/ IPpO Son ; :
- Co-administered with sulfadiazine s HEIEEE Tomedr TS ")
g_ L gs...;%,ﬁ phomaceviicals (7o
- Inhibits DHFR, disrupting folate synthesis %é’ §.§§§ DARAPRIM® \ 2
N sggi (pyrimethamine) Q9
- Dose: 50— 75mg/day 3 gg _‘g? &cnscor%gnﬁ:;tcmmnns . 3
- 25mg, 100 count bottle ‘gm%g Ronly s EEE= 1
~$3,000 PPPY g s§ | — ——

3 : 6

- Payor Mix \—————-

45% Commerecial
25% Medicaid

25% Medicare Part D
5% Cash

" Confidential -3 , \ J Ll G
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* Gross-to-Net Calculation

« Chargebacks may be specific to Impax’s current contracts with group
- purchasing organizations (GPOs) and managed care

- Current pyrimethamine chargeback terms likely a result of negotiéted terms
for a larger Impax portfolio |

Gross Revenue 9,138,946 10,650,678 12,067,428 13,146,270 2,488,661
Cash Discount 182,779 213,014 | 241,348 256,31 7 51,003
Medicaid 1,104,817 1,812,187 2,878,267 3,348,557 ' 699,472
Returns 673,025 532,534 241,176 1,061 ,405‘ (72,997)
Rebates . 612,949 746,747 683,141 ‘ 864,634 183,242
Discount Rebate - - 10,056 9,765 2,290
Chargebacks 1,450,864 1,725,553 2,183,854 2,673,073 398,986

V Nét Revenue . 5,114,512 5,620,644 5;829,586 4,932,521 1,226,665
Units 12,576 - 11,004 10,260 9,708 1,836
Px/unit 727 968 ' 1,176 1,354 1,355
Realized Px/unit 407 : 511 ' 568 508 668
Cash Disc 20%  20% 2.0% 1.9% 2.0%
Medicaid 12.1% 17.0% 23.9% 25.5% 28.1%
Retums '7.4% 5.0% 2.0% 81% -2.9%

" Rebates ' - 6.7% 7.0% 5.7% 6.6% 7.4%
Dis Rebate 0.0% 0.0% 0.1% 0.1% 0.1%
Chargebacks 15.9% 16.2% 18.1% 20.3% 16.0%

'NetRevenue 56.0% 52.8% 48.3% 37.5% 49.3%

Confidential 4 R I N G
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Toxoplasmosis Overview

NGZ.U&qdeamephmmlmmﬁLSMnmmbwmfaﬁm:Mt@Bmhnofmmm&:ﬂmmgu-nfmspara;&mhdnértmﬂbem
Approximately 15% of US population'is sero'po‘sitive for toxoplasmosis (30% WOrIdwide, >50% in Brazil)
« Patients become infected by ingesting cysts in undercooked pork or oocysts in contaminated water

- Toxoplasmosis can cause gevegre neurological, ocular, and systemic diseases in neonates and individuals
with weakened immung-systems ' '

*+ Symptoms self-resolve in immunocomp_etent-hos_ts, though cysts containing dormant bradyzoites will
remain throughout life, predominantly in the brain, CNS and musculature :

Toxoplasmosis is always life threatening for neonates and the immunocompromised

Confié'ential o 5 ‘ T U : NG
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Toxoplasmosis Clinical Presentation

Immunocompromised Patients . - ,
- Majority of patients are HIV positive with CD4+ counts <100
® Occasional incidence in immunosuppressed transplant patients

- ]lcnitially presents with non-specific symptoms such as headache, lethargy, and
ever

- Disease is usually identified when patients pke;erit with difficulty walking,
- weakness on one side of the body (hemiparesis), séizure, speech abnormalities
and loss of memory '

- If udnctjrea‘%ed, further cerebral necrosis leads to'dementia, status epilepticus, coma
and deat

- Primary lesions of cerebral necrosis, but etinal lesions are common if the
infection disseminates to the eye, whichican lead to blindness -

Congenital Toxoplasmosis
- Estimated incidence of 1:10,000births

- Risk of infection increases with ‘each trimester, but infections in the first trimester
lead to the most severe dis€ase -

- Congenital infection can‘léad to a wide variety of manifestations indud_ing
spontaneous abortjen, h?/drocepha_lus or microcephalus, CNS calcification,
retinochorioditis,-and failure to thrive

- Symptoms that present later in infancy and childhood include learning disabilities,
%roxlfcvth retardation, mental retardation, convulsions, palsies, blindness and
eafness | :

Conﬂdential | | 6 N TU Rl ' G
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‘New Entrant Feasibility

» Under GDUFA, ANDAs filed on or after October 1, 2012 réferencing Type
Il DMFs must use a DMF listed on the “Available for Reference” list to
avoid receiving a “Refuse to Receive” response from FDA |

» Turing believes an ANDA was likely filed in 2014 using IPCA’s API

- FDA released bioequivalence guidance for pynmethamme in‘March 2015,
likely in response to an earlier filing

- Fukuzyu currently in an exclusive supply.agreement with Impax and not listed
“Available for Reference”

Available for Reference List

© IPCA Laboratori . ;
oo GDSF: .rzzeo,;;e,; 8/22/13 Filing on or after e Accepted for

i
£ -  Completeness Assessment - Oct 1, 2012 . REVlEW
g' - completed 11/27/2013 B
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‘New Entrant Feasibility - -

-+ Data Integrity is a very important issue for FDA
- IPCA will have to conduct very rigorous review of data reporting standards
= Any ANDAs currently on file will likely be put on hold |

- Potential filer may stay with IPCA

- IPCA has confirmed that they will be unable to supply{pyrimethamine for at least
12 months |

* Independent consultants believe this timeline is “vety aggressive”
- Citizens petition could further delay any ANDAS. filed with IPCA supply
- There is no protocol for lifting import bans;which may delay process further

- Potential filer may have moved to a new vendor |

- Appearance in the “Available for Reference” list will signal the refiling/amendment
Filer will need to requalify any,APhand re-validate processes and methods
Additional 6 months minimum'for long term and accelerated stability
Major amendment to ANDA will further delay review date
FDA may allow filing withéut additional bioequivalence

« Turing believes Daraprim will remain sole source until at least mid 2016

- If no developments have occurred by 2016, Turing believes Daraprim could
remain a single source product much longer |

Confidential 9 T R | G
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Lifecycle Management

- Line extensions
- Once-a-day pill
- Combination with sulfadiazine

- Next generation analogues
- No new medicines have been approved in marethan 40 years
- Improved potency, avoid teratogenicity |
- Target T. gondii DHFR
* Pyrimethamine more active against human DHFR

- Toxoplasmosis Vaccine |
- Academics have made progress in several vaccines targeting various surface
antigens
" SAG1 B}
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Experienced and Fast-Growing Commercial Team

Executive Experience

Nancy Retzlaff * More than 20 years of biopharmaceutical commercial leadership experience

Chief Commercial Officer . including sales, marketing, commercial development & business leadership
v roles at Bayer, Schering-Plough, Pfizer & Mesoblast

Richard DeYoung * More than 15 years of biopharmaceutical @xperience leading sales, key

Head of Sales & National Accounts accounts and managed markets teams ‘at Takeda and Astra Zeneca

Tina Ghorban * 15 years of biopharmaceutical experience in market analytics, global

Senior Director, Business Analytics & commercial development, néw’ product marketing and US marketing at

Customer Insights o Pfizer, Shionogi and Mesoblast

Scott Emmens | | * 15 year biopharmaceutical sales leadership experience including sales

Sales Director operations and salesitraining at Astra Zeneca, Takeda and Shire

Relevant Experience and Skill Sets:

+ Therapeutjc areas of expertise include orphan & rare diseases and brqader disease areas (HIV, pain,
IBD, anemia, diabetes, cardiovascular, respiratory, endocrinology, CNS%

« Experience across broad range of product lifecycles, including global and US launches, mature
brands, peri-LOE and branded generics

» Creation of complete commercial organization and infrastructure, as well as leading organizations
through dynamic change and.growth _

. Alli%?ment of marketing &-sales around a specialty distribution strategy and patient services
platform . .

« Creation of strategic brand platform, market development plan, and communication platforms.
Tactical execution of all planned activities. ‘

. Strategic planning and execution with all key customers, including KOLs, physicians, payers, patients
and patient advocacy

‘Confidential - - 15 : TU l ' G

PHARMACLUTIGALS

CONFIDENTIAL — CONTAINS PROPRIETARY INFORMATION ' TUR-SCA00002420



THE PAGE (OR PAGES) OMITTED FROM THIS DOCUMENT
ARE UNDER SEAL



Financial ProjectiOns

. Toxoplasmosus is a rare disease and should be prlced approprlately
* Current Hepatitis C cost for cure > $100,000

= Net present value of HIV treatment > $250, OOO
* Both significantly more prevalent and have multlple treatment options

- Turing management has experience with similar revenue growth
strategies while'at Retrophin

- Specialty sales force
- - High-touch closed distribution system,
- Improved patient advocacy and support

+ Potential revenues of over $500mm with greater than 80% EBITDA

margins
» Turing plans to finange the transaction with a combination of debt and
equity

Confidential _ | 17 ‘ | R
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Financial Model

» lllustrative Model
~ Assumes $200,000 per unit

Partial Full
2011 2012 2013 2014 2015 2015 2016 2017 2018 2018 2020 2024 2022 2023 2024 2028
Net Revenue {mm) 5.4 5.6 5.8 49| 3365 3392 8547 8804 90.7 9.3 1.0 10 1.0 11 14 14
Total COGS . 0.6 05 3.6 :
Gross Profit . 45 6.1 22
R&D 0.0 0.0 0.0 ‘
Sales Force [ 0 0 3
FTE Salary 0.0 0.0 0.0 27
Sales & Marketing 0.0 0.0 0.0 X X 3 . g X A X X X X )
GaA . 1.0 1.0 1.0 1.0 1.0 1.0 10 1.0 0.0 00 0.0 0.0 0.0 0.0 0.0
OPEX 1.0 1.0 1.0 1.0 88 838 12.6 127 0.0 0.0 0.0 0.0 0.0 0.0 0.0
Operating Income 35 44 1.2 35| 3248 3274 8394 864.7 87.7 6.3 2.0 2.0 2.0 4.9 1.9
Interest Expense 0.0 0.0 0.0 0.0 0.0 0.0 0.0 0.0 0.0 0.0 0.0 0.0 0.0 0.0 0.0
Interest Income 0.0 0.0 0.0 0.0 0.0 0.0 0.0 213 37.9 40.3 41.2 41.9 427 43.4 . 45.0
Pre-tax Income 35 4.1 1.2 35| 3248 327.4 839.1 886.0 1256 46.6 39.1 399 40.7 415 423 431
Taxes 0.2 0.2 01 02 19.5 19.6 50.3 532 75 2.8 2.3 2.4 2.4 25 25 26
Net Income 3.3 3.9 1.2 3.3 3053 _ 3078 _ 7888 8328\ —118.1 43.8 36.8 37.5 383 _39.0 353 40.5
EPS 1.6 1.94 0.58 1.65] 152.64 15390 39440 41642  59.08  21.92 18.40 18.76 19.13 19.50 19.88 - 2027
SI0 . 20 20 20 20 20 20 20 20 20 20 20 20 20 20 20 20
Cash Balance 30 276 276 1,064 1,897 2015 2059 209 2134 2172 2211 2,254 2,291
Deht - 0 0 0 0 0 0 0 0 0 0 0 0 0
Net Cash 0 0 0 30 276 276 1,064 1,897 2,015 2059 2096 2134 2172 2211 2,251 2,291
Gross Margin 91% 99% 99% 100% 100% 97% 68%  212%  -203%  -194%  -185%  -177%  -160%
OPEX 20% 3% Y 3% 1% 1% 0% 0% 0% 0% 0% 0% 0% 0% 2.0 $/0
R&D 0% 1% 1% 0% 0% 0% 0% 0% 0% 0% 0% 0% 0% :
S&M . ) 0% 1% 1% 1% 1% 0% 0% 0% 0% 0% 0% 0% 0% 0 Total Raise
G&A 20% 0% 0% 0% 0% 0% 0% 0% 0% 0% 0% 0% 0%
Operating Income 1% 97% 97% 98% 98% 97% 68%  -212%  -203%  -194%  -185%  -177%  -169%
Net Income 67% 91% 91% 92% 95% . 130% 469% 3825%  3786%  3748%  3710%  3672%  3635%
2,028 NPV
Confidential 18 U ¢ 1IN G
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SEIDSA Wl

December 22, 2015

Ron Tilles

Interim CEO

Turing Pharmaceuticals

1177 Avenue of the Americas, 39" Floor
New York, NY 10036

Dear Mr. Tilles:

We write with the hope that in your new role as Interim CEO of Turing Pharmaceuticals you will lead the
company in a new direction that places patient interests and lives ahead of short-tetm profits.

As a first step, we urge you to immediately return the price of pyrimethamine {marketed as Daraprim®)
to $13.50 — the price it had been prior to Turing’s acquisition of rights to produce this medication.
Despite Turing’s repeated assurances to the contrary, the $750 per tabletprice has wreaked serious
havoc on patient access to treatment of toxoplasmosis resulting in tréatment delays and interruptions.
In addition to the negative impact on patients, the controlled disttibution system and the need for many
patients to access the medication through the Daraprim Direct patient assistance program have placed
significant and costly strains on medical providers and the health care system. Based on the drug’s price
of $1 per tablet or less outside of the U.S., the $13.50 pricé per tablet would allow for a profit of at least
$12 per tablet—a profit margin that should be morée'than adequate to sustain providing this lifesaving
medicine to patients.

We are deeply concerned about the long-term,impact of Turing’s business strategy that relies on setting -
extraordinary prices for decades old lifésaving medications, such as pyrimethamine, to sustain Turing’s
investment and research portfolio. The assumption that these costs can be borne by hospitals and public
and private health care payers, and that complex mitigation strategies will prevent patient harm, is very
risky with the risk primarily being borne by patients.

We appeal to you as Turing’s Interim CEO to chart a new course for the company by making
pyrimethamine readily acéessible and affordable, at the $13.50 per tablet price, so that providers and
patients have accessto the medication when and where they need it. Patients’ lives and our nation’s
public health are depending on your leadership. We look forward to your reply.

Sincerely, : .

Johan Bakken, MD, PhD ~ Carlos del Rio, MD Janet Gilsdorf, MD, DS¢
President, IDSA Chair, HIVMA President, PIDS

Cc:

. Nancy Retzlaff
Eliseo O. Salinas, MD, MSc
Julio Casoy, M.D.
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Access to Daraprim (Pyrimethamine)

HIVClinician.org | Site Search

A resource supported by the HIV Medicine Association

Healthcare Reform Coverage Issues Billing & Coding Partnerships Resources

Fact sheets, issue briefs and Resources to expand Medicaid Coding guides for outpatient HIV Ryan White and ) Links for more

webinars and report patient coverage services Community Health Center infarmation including
issues partnership resources clinical guidelines

‘Access to Daraprim (Pyrimethamine)

NATIOHAL ALLIANCE OF STATE SOCIETY
& TERRITORIAL AIDS DIRECTORS DISEASES

' 8.
7 /4
ETDSA PPNASTAD Jlm

VIS L )

IDSA, HIVMA, PIDS, NASTAD and RWMPC remain concerned that there has ndtbeen an update on the promised price reduction for Daraprim
(pyrimethamine) and further that the $750 price per tablet is impacting patient access to this essential treatment. We want to know if you are
aware of any access issues to Daraprim (pyrimethamine) since theprice increase by Turing Pharmaceuticals. Turing urges providers and
individuals to contact them for assistance accessing the medication either online daraprimdirect.com or by calling call 1-800-222-4991.
Please let us know if you, your colleagues or your hospital or'elinic has experienced any of the issues below. ’

s Hac problems accessing therapy during inpatientadmissions
* Hac to use alternative therapies for treatment of toxoplasmosis or malaria
* Hac to prolong hospitalizations until(patients could access drug as an outpatient
* Had to switch therapy or had lapses in'desing for ongoing treatment or prophylaxis
* Had difficulties accessing Daraprim (pyrimetharﬁine) through the patient assistance program
; ® Used the patient assistance program (please let us know how it works)
* Had patients unable t0 obtaifi Daraprim (pyrimethamine) through the state AIDS Drug Assistance Program
* Had patients unable to ebtain Daraprim (pyrimethamine) through their regular pharmacy
* Worked with a compounding pharmacy to acquire pyrimethamine for patients

Please share your comments with us below or by email. Please note if you post your comments online they will be available for public

~ viewing.

Comments

Tony M says

October 11, 2015 at 6:56 pm

Yes, within the last month | was seeing a child recently diagnosed with toxoplasmosis and was unable to obtain
pyrimethamine as all contacted pharmacies had it listed as discontinued by their distributors. | had to change to
TMP/SMX despite the fact that data on that therapy in pediatrics is thin.

Reply

http:/hivclinician.org/pyrimethamine/ 118



3/14/2016 Access to Daraprim (Pyrimethamine)

E Johnson says

October 11, 2015 at 9:18 pm

| have “suggested” that patients look at Canadian online >harmacies. 'm told that Daraprim is $145 for 90 25 mg
tabs. Other patients tell me that they can get drugs no loager available in USA (e.g. Tetracycline HCL) very

reasonably.

Reply

Jason G says
October 12, 2015 at 1:39 pm

| was able to obtain Daraprim last week for a BCBS memter, but only after completing a prior auth for a “high
dollar exception.” | also had to use Community Walgreens Specialty Pharmacy, which had te ofder it from their
central office. m not sure what the actual cost was to the payer.

Repty

Mark H says

October 12, 2015 at 2:33 pm

A middle aged man was admitted with a new diagnosis of cerébral toxoplasmosis at our facility. He was ill enough
to require discharge to a skilled nursing facility, but wexcatild find no facility that would accept him due to the cost
of pyrimethamine and sulfa regimen, thus we were(forced to choose an alternate regimen to allow discharge from

the hospital.

Reply

MC Bowman says -
October 12, 2015 at 8:22 pm

Currently we have tworinpatients on pyrimethamine for cerebral toxoplasmosis. We have two days left of
pyrimethamine. A single bottle of 100 pills is the smallest the hospital can buy and will thus cost $75,000. Both
_ patient will have to be switched to TMP/SMX

Repty

Jason G says
October 13, 2015 at 10:40 pm

Update: | just learned that my patient’s insurance was billed $54,000 for a one month supply of drug.

Reply

hitp:/fhivetinician.org/pyrimethamine/
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J Garcia-Diaz says

October 14, 2015 at 2:22 am

Two patients:

1. toxo retinitis — patient was quoted $26,000.00; upon calling us we tried to change his medications; sulfa allergy
and he was desensitized and is on Bactrim now.

2. cerebral toxo - could not get meds refilled (Medicaid) and he is on mepron; renal insufficiency and can’t do sulfa
agents.

Neither therapy ideal and not first line. In the meantime, the pharmaceutical representative contacted us to

introduce himself but requested a meeting first to guide us thru the process.

Reply

Henry F says
October 15, 2015 at 12:39 am

Have two adult patients with AIDS and CNS toxoplasmosis, both foreign born, one of whom)is undocumented who
is also sulfa allergic, both of whom have ADDP for their IV medications.

The first patient was able to eventually get pyramethamine through the DarapfimyDirect Program via the Walgreens
Specialty pharmacy, this process took about 2 weeks and also required her'to change her primary pharmacy.

The second patient was more complicated and because o™ his undecumented status was unable to use the
Daraprim Direct Program, he has finally (today) recieved pyramethamine from the Amedra Cares Patient Assistance
Program after initial apptications were placed a month agopwith subsequent numerous phone calls and many
hours of effort from our clinic Pharmacist. He received a tamporary 10 day supply from the Walgreens Specialty
Pharmacy through his ADDP until the supply could be gbtained from Amedra Cares Patient Assistance Program

Reply

David K says
October 19, 2015 at 2:30 pm

Yes, we have had a jmajorissue getting pyrimethamine initially for a pregnant woman here in Birmingham, and

then for her baby following delivery.

Reply

Aric says
October 20, 2015 at 6:02 pm

Shortly after the price increase | had to call the pharmacy to switch out pyrimethamine to Bactrim for a patient
with ocular toxo. He was Canadian and | suggested that h2 return to his country to receive proper treatment, but he

declined. Since then, | have had difficulty with cycloserine, praziquantel and albendazole with regards to cost.

Reply

http://hivclinician.org/pyrimethamine/ ' 3/8
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Richard R says
October 21, 2015 at 8:29 pm

I am treating a patient with AIDS and CNS toxoplasmosis. As 10 days after diagnosis, we have been unable to
obzain pyrimethamine for this patient following hospital discharge.

Reply

Martin Shkreli says
October 23, 2015 at 11:41 pm

Anyone who has difficulty getting Daraprim can call me personally.

Martin Shkreli

CED

Turing Pharmaceuticals

Office 646-356-5590

Mobile 646-217-2783

Email martin AT turingpharma DOT com

Reply

Annie A says

November 18, 2015 at 2:23 am

I had a significant delay in obtaining pyrimethaminesfor my patient. She is a renal transplant patient and had toxo
in 2011 and also has a sulfa allergy and had been‘an pyrimethamine+clinda since 2011. One day she stopped
getting it from her mail order pharmacy. Sheljs not completely literate and it took her a little while to figure it out
and see her output transplant ID doc. The'transplant ID doc called Turing during her appt and was told to prescribe
the med to the outpt pharmacy of the-fospital. Of course, that did not work — so crazy that a Turing person would
give wrong information out. So she'went to pharmacy and they didn’t have it. She didn’t let her ID doc know. Then
her mental status worsenedand she was brought into the hospital. This is where | met her.

Our hospital had a few days supply of pyrimethamine and with receipt of this, her mental status started to improve
dramatically. Then Z.days in we were told that our hospital was running out. This was a Saturday. | was the ID
consult fellow. So on Saturday, and then on Sunday too, | called every number on Turing’s website. Unfortunately |
didn’t see the blog with Martin Shkreli’s number on it till much later otherwise | definitely would have called him.
You'd think he'd put his cell phone number on the Turing website which is where physicians are looking for it -
rather than hidden away on a blog that is difficult to find unless you get a direct email about this issue from IDSA.
All numbers stated their open hours which are M-F and left NO way to leave a voicemail. | emailed them. No reply.

By Monday we had run completely out and allergy was consulted to desensitize her to bactrim. FINALLY monday
morning | reached a human being and faxed in the form to get the process started to get my patient her med. |

_labeled it STAT and circled it many times. | called Walgreens specialty pharmacy (the sole distributor to patients) 6

timas per day on Monday and Tuesday. They first promised me a 24 hour turnaround bc this was a patient with toxo
encephalitis who is allergic to the alternative. They said all my info checked out and they would call the patient to

verify. | provided her hospital room number and her cell and explained that she was not able to talk fluently bc she
was infected. By Monday night, they had not gotten through the insurance verification process. Really? Pharmacies

do this in like 5-10 minutes while you wait! And | am a physician and was saying this was STAT, and it took 24

http;//hivcli nician.org/pyrimethamine/
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hours???

Then Tuesday | called again in the morning and early afternoon -~ insurance hadn’t yet been processed. | asked to
speak to a supervisor, who said this would be done and the patient would be called within the hour and we would
have the med by 6am on Wed AM. Tuesday at /pm after rounds | called to check in on Walgreens - they hadn’t
called the patient despite telling me at 1pm they'd do it ‘within the hour.’ | had already gone to my office, but
walked back wifh them on the line back to my patient’s hospital room to make sure that they were able to talk to
my patient and not lie to me and just not call her. So they finally connected because | made sure it happened. They
said they'd fedex us her med, but then wouldn’t tell us when it would “arrive.

It finally arrived Wed afternocon. | started the process Sat morning. This is an URGENT need for a patient with
encephalitis with unknown sulfa allergy (she was unable to talk w/us - not in record) ~ | did literally everything
anyone could to get her her med as soon as possible, and it took 4.5 days. REALLY? We pay 750 per pill for this,
you'd think Walgreens specialty could afford to stay open on the weekend when they are the ONLY distributor of
this critical medicine.

The price is outrageous, but the ACCESS is worse! Can you imagine if levophed wasn't available”on the weekends?
Utter insanity. Pyrimethamine needs to stop being accessed only through one distributerthat is closed on the
weekends.

Reply

Kyle P says

November 18, 2015 at 6:14 pm

Last month we were treating an AIDS patient for suspected toxo at our facility. Patient was/is noncompliant and
was off ARV for some time prior to admission, The patient’s hospital course involved a trip to the ICU, intubation for
several days, experiencing some delirium post extubation, and plenty of other unpleasant symptoms possibly
related to the toxo and an extended hospital/ICU stay.

Our inpatient pharmacy was able to-acquire pyrimethamine from the local academic medical center in our area -
the cost of acquiring the drug was'not.exorbitant from my recollection (thankfully). We treated the patient for
several days with pyrimethamine and other supportive cares prior to discharge. Our case coordinators worked with
the patient’s community-pharmacy to ensure they had pyrimethamine stocked and ready to be dispensed for the
duration of the treatment course. Ample stock was confirmed two days prior to discharge.

The patient was discharged, went to the pharmacy we had been working with, and then suddenly they didn’t have
stock of the drug. The pharmacist claimed they didn’t have appropnate credentials to access the drugs. Bactrlm was
substituted, which ultimately wasn't tolerated, and another admission was required to treat the patient
appropriately.

We are currently investigating what slipped through the cracks at the initial discharge. But there are definitely
more issues with accessing and acquiring the.drug in recent months, based on our own experience, and based on
accounts from colleagues.

Repty

Jon Haas says
November 19, 2015 at 2:19 pm

http://hivclinician.org/pyrimethamine/
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. 3/14/2016

Access to Daraprim (Pyrimethamine)

My name is Jon Haas and | am the Director of Patient Access at Turing Pharmaceuticals. | am solely focused on
working to get all patients who need DARAPRIM® (pyrfmethamine) quick and affordable access to the drug. Any
physician who is having any issue prescribing DARAPRIM, please contact me immediately so that | can work with
you to resolve it.

Jon Haas

daraprim AT turingpharma DOT com
Cell: 817-789-0344
Dararaprimdirect.com

Reply

Amy K says

February 4, 2016 at 9:47 pm

I'have a patient with AIDS and CNS toxoplasmosis who was initially treated with a sulfa-based-fégimen on which
she developed a severe rash. We switched her to atovaquone+pyrimethamine+leucovoringand she did well.
However, the state ADAP program does not include Daraprim on its formulary because ‘of Cost. We investigated both

local compounding pharmacies and Imprimis Pharmaceuticals before ADAP granted bs a temporary exemption and

~agreed to pay for one month of Daraprim to give us time to work through tie PAP. process. Our hospital pharmacist

did contact Turing Pharmaceuticals to request access to the PAP and was,told that we first had to prove that the
patient had no other payor source. Patient will need pyrimethaming fgrat least three more weeks or until her
CD4>200, whichever takes longer.

Our hospital’s cost for Daraprim was $1125 per day ($375/pill’x¥'3 pills/day). This cost represents the “50%
discount” Turning Pharmaceuticals gives to hospitals. Furthermore, hospitatization was extended by seven days
because we could not send the patient home without her pyrimethamine, and it took seven days to obtain the
access described above. It is still unclear what will*happen when her one-month ADAP supply is gone; Turing still
has not confirmed that she will qualify forfits,PAP.

Reply

Ulrike Buchwald says
March 1, 2016 at 6:41'pm

Please see a very informative article by J. Greene et al in JAMA February 2nd 2016, Volume 315, 5, page 461, on the
“Role of the FDA in Affordability of Off-Patent Pharmaceuticals” including a discussion on measures that can be
taken to prevent treatment shortages such as in the case of pyrimethamine.

Reply

M Siegel says

March 1, 2016 at 7:18 pm

I had a patient admitted to our for profit hospital for CNS toxoplasmosis. Qur pharmacy stated that the
pyrimethamine would cost $750 per 25mg pill. Apparently for-profit hospitals are not given any concessions in
regards to pricing. Therefore we decided to treated the patient with oral Bactrim DS 2 po tid. The patient did well
on this but developed AKI after 7 days of therapy. He was switched over to atovaguone 750mg gid. His repeat MRI

http:/hivclinician.org/pyrimethamine/
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3/14/2016 Access to Daraprim (Pyrimethamine)

after 2 weeks was unchanged and therefore | contacted Imprimis pharmaceuticals after reading in CID that they
were offering pyrimethamine/leucovorin combination pil.s at $1 per day. The customer support person was
extremely helpful and faxed over the order form which | faxed back later that day and my patient had the
medication in their possession within 48 hours. | am sure that my patient will show clinical improvement now but
the 2 week delay due to the lack of availability of the pyrimethamine was unnecessary if Turing had not made such

an aggressive pricing change

Reply

A McLemore, MD says

March 1, 2016 at 11:28 pm

| had to obtain it through a compounding pharmacy. http.//imprimispharma.investorroom.com/2015-10-22-
Imprimis-Pharmaceuticals-to-Make-Compounded-and-Customizable-Formutation-of-Pyrimethamine-and-
Leucovorin—Available—for—Physicians—to—Prescribe-for-their-Patienté-as—an—Alternati’ve—to—Daraprim

Reply

D Bullock, MD says
March 10, 2016 at 10:44 pm

I have a sick inpatient, with AIDS, headaches, multiple erhancing gerebellar lesions with elevated pressure, midline
shift, left sided weakness and aphasia. He has history of CNS toxaplasmosis, lost to follow up. We have him on
trimethoprim-sulfamethoxasole while we wait for pyrimethagfife. The cost for one bottle is $75,000 because he is
inpatient and has no access to patient assistance (reservéd for outpatients).

Raply
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From: Michael Smith

To: Edwin Urrutia; Michael Smith; Patrick Crutcher
Sent: 10/20/2015 9:09:40 PM
ubject: Conversation with Edwin Urrutia, Michael Smith

Redacted - Not Responsive

Michael Smith 10:18 AR _
24.88 bottles for WG, 54 bottles for ICS (induding 29 bottles for WG)

Edwin Urrutia 10:25 AM:

im out
Patrick Crutcher 10:25 APA:

lol
s0 53.88 for WG?
Michael Smith 10:26 AM:

nah the 29 part is just a stocking transaction
Patrick Crutcher 10:26 AM:

gotcha

Michael Smith 10:26 AM:

the first 24.88 is the actual dispensed'

Edwin Urrutia 10:29 AM:

did tina respond mike?
Michael Smith 10:29 Am:

o
,1aas told me that ics had like 105 on hand when they placed that order yesterday

he was confused why they did it
Redacted - Not Responsive
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Redacted - Not’‘Responsive
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Redacted - Not Responsive

Edwin Urrutia 2:22 PM:

Shortly after the price increase | had to call the pharmacy torswitch out pyrlmethamlne to Bactrim for a

patient with ocular toxo. He was Canadian and | suggested'that he return to his country to receive proper
‘reatment, but he declined. Since then, | have had difficulty with cycloserine, praziquantel and
Ibendazole with regards to cost.

latest post of n hivclinician.org

damn even hating on prazi
Michael Smith 2:23 PM:

i think some of these are fake

Redacted - Not Responsive
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Redacted - Not Responsive
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From: Michael Smith

To: Edwin Urrutia; Michael Smith; Patrick Crutcher
Sent: 10/27/2015 6:37:57 PM
Subject: Conversation with Edwin Urrutia, Michael Smith

Redacted - Not Respohsive
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Redacted - Not Responsive

2 pts have paid cash for daraprim

rich af
Patrick Crutcher 12:28 PM:

omg
Edwin Urrutia 12:29-PM:

WOwW
Michael Smith 12:29 PM:

tina reporting 75% G2N discount
Edwin Urrutia 1230 PM:

omg
its so bad

Patrick Crutcher 12:31 PM:

time to dip out of 340b

fuck these guys

Michael Smith 12:31 PM:

lol yeah

i told her to start disputing the 340b claims

Patrick Crutcher 12:31 PM:

also, are they verifying some of these 340b claims

hospitals been some motherfuckers about this shit
Michael Smith 12:32 PM:

yeah i think part of the issue is the hospital stocking
. and then it is very opaque if they,are actually serving 340b pts
Patrick Crutcher 12:32 PM: :

yeah and then they give out drug to paying pts at a $1
Edwin Urrutia 12:32 PM:

are we doing a bd meeting?
Michael Smith 12:33 PM:

well i could see them giving it to real pts at 75k
and pocketing it

idc up to you

Patrick Crutcher 12:34 PM:

yeah thats what i meant
paying pts being dudes like us
Edwin Urrutia 12:34 PM:

yeah

Patrick Crutcher 12:34 PM:
not sure these clowns have done anything

Redacted - Not Responsive
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Redacted - Not Responsive
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From: Dan Wichman

Sent: Saturday, May 03, 2014 1:04 PM
To: Martin@retrophin.com
Subject: Re: News .

Funny how suddenly in the same week MRK, SNY, ABT are all rumored to sell legacy product portfolios. Fascinating
times. All this m+a, asset swapping, divestitures and such should provide years of opportunities for you guys and many
others.

I hear you on the pharma mentality - it's ironic how it took two companies - jazz and hznp - the brink of insolvency to
decide they should aggressively play the price card. Very different dynamics but basically each company would likely
have gone under without those moves, but it took extreme weakness to force that hand. And qgeor is obviously a poster-
child - for the heat and bad PR they took, didn't work out so badly in the end, did it? Not every deal and every product
“will work out like these, but for smart managements, that are resourceful and opportunistici.these are exciting times.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Saturday, May 03, 2014 08:47 AM

To: Dan Wichman

Subject: RE: News

So many legacy assets that people have just forgotten about. This is one of them. It is really a great drug that people
need. Docs want more support, awareness, education. It’s like Wilson’s disease — there hasn’t been a Wilson’s
presentation or sympaosiumiinrdecades thanks to Valeant/Aton/Merck. Docs hate that. Most of them don’t know pricing,
they just know support—howmany reps they see, copays, etc.

The drug companies are afraid. Small ones, big ones, etc. Big price increases are horrifying because most executives

~overestimate changes in demand. It comes mostly from pharma’s history as quasi-consumer products. The next
generation of pharma guys (or the smart ones) understand the inelasticity of certain products. The insurers really don’t
care. They just pass it through and focus on managing care for physician payments and blockbusters. They assume
someone will genericize it if it is making too much money, and they're right.

So | don’t really think of it the same way as others. | think this deal, if we pull it off, is worth $100m-$200m to our
company. We'll seel

From: Dan Wichman

Sent: Saturday, May 03, 2014 8:41 AM
To: Martin Shkreli

Subject: Re: News
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Interesting - sounds like a no-lose, to put it'mildly. Don't have to run a model on that one this weekend to give you my
opinion.

Funny that these small companies still haven't realized you can raise price aggressively and nobody gets too upset?
Obviously depends on the product - but | figure this dynamic may not last forever, you need to maximize opportunities
while you can. In the real boring spec pharma space | kind of look at hznp vs depo - own and like both companies, have
nothing but good things to say about depo - but depo is very cautious and conservative, while hznp says, this price
dynamic may not last forever at least on these reformulated pain products, so let's maximize our cash flows now and
diversify over time. It's not like people are giving companies gold stars for charging slightly lower prices ("thanks guys for
charging 500 an rx not 800") - in that land the generics aren't your competition and don't even try. Sorry that was a
quick digression. :

Anyway, it's different in orphan land, and probably more sustainable, but seems like at this point these little guys would
get the idea that they could push things a bit. How can they ever make money with that model? Bottom line is | won't
get too excited but it sounds very intriguing.

Dan Wichman
Partner

Sent: Saturday, May 03, 2014 08:23 AM
To: Dan Wichman
Subject: RE: News

The deal we’re working on very simple and\Manchester like.

We'd pay $1m to acquire a drug called/Fhiola, which is the only treatment for a rare disease called cystinuria (contrast
with RPTP cystinosis — totally different) '

The drug does $1.2m in sales. It is woefully underpriced and would not stop selling at orphan prices. With new pricing
we estimate sales of $20 to $4Q million. Almost 95% EBITDA margins at those prices. Would be an anndity for some
time.

A $100m present for you this morning.

All kidding aside, it is still a medium stage negotiation and may not come to fruition. We have a good relationship with
the seller and they have a contract sales force which we would use to sell the product, which would add $5m in
expenses annually (for them that’s another $1m or $2m margin) and a royalty. So it’s something of a win-win but a
capital W for us and a lowercase for them. It might finish in time to announce Novartis and this one.

From: Dan Wichman

Sent: Saturday, May 03, 2014 8:19 AM
_ To: Martin Shkreli

Subject: Re: News

I'd say, I'll be happy with the one | know about, but I'm always open to more as long as you guys have the personnel and

time and expertise to handle it all.
Glad Steve is on board - seems he knows you well at this point, and you haven't scared him away...
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After the Wilson's frustration (which hopefully didn't scar him for life) seems you guys have come a long way.

Dan Wichman
Partner

From: Martin Shkreli [manlto Martin@retrophin.com]
Sent: Saturday, May 03, 2014 08:14 AM

To: Dan Wichman
- Subject: RE: News

Yes, Steve is the best. We really trust and respect each other a huge amount — which is criicial to co-leading a company.

What if | told you we might announce two deals at once?

Hehehehe ©

From Dan chhman

Sent: Saturday, May 03, 2014 8:13 AM
To: Martin Shkreli

Subject: Re: News

Yes fair enough - once this deal closes I'fl go back to being less of a pain in the a$$. Sounds godd on Steve (ayin and yang
perhaps?) and hope the other stuff works out.

Assuming this looks like a done deal this week (knock on wood), I'd love to discuss a little of how you'll convey it to the
Street - I'm sure you've spent many hours\thinking about that. Will be a fun opportunity. Hopefully your other investors

agree the bigger deal is the better deal - but if not they're wrong|

Then I'll go back to leaving you'alone and not harassing you semi-hourly - let you do the hard work in éreating value.

Dan

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Saturday, May 03, 2014 07:57 AM
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To: Dan Wichman
Subject: RE: News

I have to be careful with giving you minute by minute updates on the company ©

Steve Aselage is joining as President and Chief Operations Officer — you’ve met him — he’s on our Board and as former
Chief Business Officer (similar role) at BioMarin 1 think he will help us not just in commercializing our drugs but also all
aspects of the company - he is very savvy politically (has a very different approach from me), well-liked and will just
make our company run a lot better across the board.

On Alvin, stay tuned.

From: Dan wichman |

Sent: Friday, May 02, 2014 5:41 PM
To: Martin Shkreli
Subject: Re: News

Talked to Barclays - sounds like it's still on track. Fingers crossed for no new roadblocks }'mieXcited.
Any word on the r+d guy yet? '

Dan Wichman
Partner

Sent: Thursday, May 01, 2014 02:57 PM
To: Dan Wichman
Subject: RE: News

Yes. It should be a done deal. Nevergay never though.

From: Dan Wichman I

Sent: Thursday, May 01, 2014 2:45 PM -
To: Martin Shkreli
Subject: RE: News

They’ve agreed to this? All parties? If so, that is great news, and we’d be very excited. Happy to pick up $10minin pre-
paid royalties to make those clowns happy. The npv is a no-brainer.

Dan Wichman
Partner
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Sent: Thursday, May 01, 2014 2:41 PM
To: Dan Wichman .
Subject: News

We are doing the entire deal at $190m. You twisted my arm!
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by [ NEEEEEEEEEE 1f you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. ||| N NN
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived. ‘
DISCLAIMER: This message is intended only for use by the person to whom it.is-addfessed. It may contain
information that is privileged and confidential. Its content does not constitute a soliCitation to invest nor a
formal commitment by || N 11 you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of repreduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail. mes§age is strictly prohibited. NN
_ does not guarantee the origin of this message, the integrity, of its contents, nor does it accept any
responsibility in actions that would result from the interpretation‘ofithis message. All email messages are
archived. :
DISCLAIMER: This message is intended only for use by the pérson to whom it is addressed. It may contain
information that is privileged and confidential. Its content'ddes not constitute a solicitation to invest nor a
formal commitment by | | M - 11 vou aré not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. [ N N N
does not guarantee the origin,of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and-eonfidential. Its content does not constitute a solicitation to invest nor a
formal commitment by If 'you are not the intended recipient of this message, kindly -
notity the sender immediatély-and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited.
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived. '
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by_ If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. NN
I o< not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLATIMER: This message is intended only for use by the person to whom it is addressed. [t may contain
information that is privileged and confidential Tts content does not constitute a solicitation to invest nor a
formal commitment by RS [{ vou are not the intended recipient of this message, kindly
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notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. NFENN

B ocs not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
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~ Qutlook Mobile Service (Text Messaging)

From: Dan Wichman

Sent: Tuesday, May 06, 2014 1:32 AM
To: Martin@retrophin.com

Subject: Re: News

Hmm, I'd have questions about, but won't bother. Vnda is annoying but guess their investors would be happy they're squeezing every bit out of this.

- Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Monday, May 05, 2014 09:25 PM

To: Dan Wichman

Subject: RE: News

Vanda has a patent they want us to buy and put into orange book.'Might actually be an okay deal. Just taking forever.

From: Dan WichmanW
Sent: Monday, May 05, :
To: Martin Shkreli

Subject: Re: News

Ugh

Dan Wichman
Partner
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From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Monday, May 05, 2014 09:23 PM
To: Dan Wichman

Subject: RE: News

Yep we'll get through it.
From: Dan Wichman

Sent: Monday, May 05, 2014 9:07 PM
To: Martin Shkreli

Subject: Re: News

Lemme guess, more nvs roadblocks

Dan Wichman
Partner

From: Martin Shkreli [mailto: Martin@retrophin.com]

Sent: Monday, May 05, 2014 09:00 PM
To: Dan.Wichman
Subject: RE: News

Never a dull moment!

From: Dan Wichman— - .
Sent: Monday, May 05, 2014 6:29 PM ‘

To: Martin Shkreli

Subject: Re: News

CONFIDENTIAL/PROPRIETARY SSCA_THIOL_037899



By the way | always appreciate your passion - | know you're in this for the right reasons (helping patients AND value creation), even if twitter is a scary place
especially for an unfiltered ceo...anyway, hope NVS is on track and I'll harass barclays about that one.

Talk soon.
Dan

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Monday, May 05, 2014 04:27 PM

To: Dan Wichman

Subject: RE: News

| don’t think it matters. It’s one drug out of 10 and doesn’t generate revenue. It's important but what one guy says on twitter isn’t going to change our fate. If
anyone thinks the FDA is sitting there caring what I'm saying, they should sell our stock and move on.

From: Dan Wichman

Sent: Monday, May 05, 2014 4:26 PM
To: Martin Shkreli

Subject: RE: News

It doesn’t seem like a simple straightforward isste, but | hear you — it does seem like red tape could be too high in areas where there is no approved drug and
the alternative is unavoidable death. We don’t want families to have too much hope on something that may not work at all, but obviously the bar should not be
super-high in situations such as these. | had thought you guys had respected the FDA's response and were going to address the issues quickly (and | assume you
still are), but guess your views on it changed in the last few weeks.

Dan Wichman
Partner
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From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Monday, May 05, 2014 4:21 PM

To: Dan Wichman

Subject: RE: News

Sure FDA might say something like that, but it wouldn’t be true and telling a family what they can or can’t do, to save their dying kid is crazy. The CEO of RARE
believes the same thing, he is basically on a crusade against FDA on this very topic.

From: Dan Wichman | ' , ' i
Sent: Monday, May 05, 2014 4:17 PM .

To: Martin Shkreli

Subject: RE: News

Ok, that sounds good, but don’t you think FDA would also say, Retrophin didn’t'dg’a\great job with the IND for xx and xx reasons, and sponsors owe it to the
patients to do pristine jobs with filings such as this? Especially when you're putting a new drug into humans for the first time ever? Or am | crazy. Anyway, the
tweeting I'm sure doesn’t change much either way, | don’t mind cringing now-and then as long as you’'re doing all the right stuff behind the scenes and my
confidence is high you’re gonna create tons of value, which it is.

Though | must adm‘it beyond the FDA thing, not sure why you need to ever respond to these idiotic retail guys who criticize you — who cares!

Dan Wichman
Partner

From: Martin Shkreli [mailto: Martin@retrophin.com]

Sent: Monday, May 05, 2014 4:12 PM
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To: Dan Wichman
Subject: RE: News

Sure, mobilizing people to get things to change. We think we could get the decision reversed. The FDA needs new compassionate use laws. Dying kids, etc. It's
terrible. AIDS activists didn’t let it go quietly into the night and companies were too embarrassed to say anything. The FDA isn’t a judgmental crazy place, they
use facls and come to decisions reasonably-well. I he idea they have orphan in the Gl division is laughable and sad for people who have diseases like PKAN. We'll
see if the activism works but'I’m told >1,000 people have written the FDA and 7 senators have called them.

from: Dan wichman [

Sent: Monday, May 05, 2014 4:08 PM
To: Martin Shkreli
Subject: RE: News

But is there anything to be gained? | know you're not into politics and diplomacy but not sure how jit ean.possibly help you guys.
Not a big issue, but was pointed out to me by another investor who was turned off by it — 1 don’t think it matters a huge amount but | did cringe reading those
comments.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophir
Sent: Monday, May 05, 2014 4:05 PM

To: Dan Wichman

Subject: RE: News

don’t think it makes a difference. The place turns over so fast and | have great relationships with lots of the key people.
From: Dan Wichman

Sent: Monday, May 05, 2014 3:11 PM

To: Martin Shkreli

Subject: RE: News
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Hey, hope weekend was good Hadn't seen it but was brought to my attention by another investor — do you think it's a good idea to bash FDA on twitter? Seems
like there isn’t much to gain there unless you have some motive | don’t know about. Am | crazy?

Dan Wichman
Partner

From Martin Shkreli [mailto;Martin@retrophin.com]

Sent: Saturday, May 03, 2014 8:48 AM
To: Dan Wichman
Subject: RE: News

So many legacy assets that people have just forgotten about. This is one of them. It is really a great drug that people need. Docs want more support, awareness,
education. It’s like Wilson’s disease — there hasn’t been a Wilson’s presentation or sympasium in decades thanks to Valeant/Aton/Merck. Docs hate that. Most
of them don’t know pricing, they just know support—how many reps they see, copays, etc. ‘

The drug companies are afraid. Small ones, big ones, etc. Big price increases\are horrifying because most executives overestimate changes in demand. It comes
mostly from pharma’s history as quasi-consumer products. The next generation of pharma guys (or the smart ones) understand the inelasticity of certain
products. The insurers really don’t care. They just pass it through and focus on managing care for physician payments and blockbusters. They assume someone
will genericize it if it is making too much money, and they’re right.

So |l don’t really think of it the same way as others. I think this\deal, if we pull it off, is worth $100m-$200m to our company. We'll see!

From: Dan Wichman

Sent: Saturday, May 03, 2014 8:41 AM
To: Martin Shkreli

Subject: Re: News

Interesting - sounds like a no-lose, to put it mildly. Don't have to run a model on that one this weekend to give you my opinion.
Funny that these small compahies still haven't realized you can raise price aggressively and nobody gets too upset? Obviously depends on the product - but |
figure this dynamic may not last forever, you need to maximize opportunities while you can. in the real boring spec pharma space | kind of look at hznp vs depo -

own and like both companies, have nothing but good things to say about depo - but depo is very cautious and conservative, while hznp says, this price dynamic
may not last forever at least on these reformulated pain products, so let's maximize our cash flows now and diversify over time. It's not like people are giving
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companies gold stars for charging slightly lower prices ("thanks guys for charging 500 an rx not 800") - in that land the generics aren't your competition and don't
even try, Sorry that was a quick digression.

Anyway, it's different in orphan land, and probably more sustainable, but seems like at this point these little guys would get the idea that they could push things
a bit. How can they ever make money with that model? Bottom line is | won't get too excited but it sounds very intriguing.

Dan Wichman
Partner

From: Martin Shkreh [mailto:Martin@retrophin.com]

Sent: Saturday, May 03, 2014 08:23 AM
To: Dan Wichman
Subject: RE: News

The deal we're working on very simple and Manchester like.

We'd pay $1m to acquire a drug called Thiola, which is the only treatment.fot.a'rare disease called cystinuria (contrast with RPTP cystinosis — totally different).
The drug does $1.2m in sales. It is woefully underpriced and would nat stop'selling at orphan prices. With new pricing we estimate sales of $20 to $40 million.
Almost 95% EBITDA margins at those prices. Would be an annuity for some time.

A $100m present for you this morning.

All kidding aside, it is still a medium stage negotiation and may, not come to fruition. We have a good relationship with the seller and they have a contract sales
force which we would use to sell the product, which would add $5m in expenses annually (for them that’s another $1m or $2m margin) and a royalty. So it’s
something of a win-win but a capital W for us and alewercase for them. It might finish in time to announce Novartis and this one.

From: Dan Wichman

Sent: Saturday, May 03, 2014 8:19 AM
To: Martin Shkreli

Subject: Re: News

I'd say, I'll be happy with the one | know about, but I'm always open to more as long as you guys have the personnel and time and expertise to handle it all.

Glad Steve is on hoard - seems he knows you wel! at this point, and you haven't scared him away...
After the Wilson's frustration (which hopefully didn't scar him for life) seems you guys have come a long way.
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Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Saturday, May 03, 2014 08:14 AM ‘

To: Dan Wichman

Subject: RE: News

Yes, Steve is the best. We really trust and respect each other a huge amount — which is crucial to co-léading a company.

What if | told you we might announce two deals at once?

Hehehehe ©

From: Dan Wichman

Sent: Saturday, May 03, 2014 8:13 AM
To: Martin Shkreli

Subject: Re: News

Yes fair enough - once this deal closes I'll go back to being less of a pain in the a$$. Sounds good on Steve (a yin and yang perhaps?) and hope the other stuff
works out. h : '

Assuming this looks like a done deal this week {knock on wood), I'd love to discuss a little of how you'll convey it to the Street - I'm sure you've spent many hours
thinking about that. Will be a fun opportunity. Hopefully your other investors agree the bigger deal is the better deal - but if not they're wrong!

Then I'll go back to leaving you alone and not haréssing you semi-hourly - let you do the hard work in creating value.

, Dan

CONFIDENTIAL/PROPRIETARY SSCA_THIOL_037905



Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Saturday, May 03, 2014 07:57 AM
To: Dan Wichman
Subject: RE: News

I have to be careful with giving you minute by minute updates on the company ©

Steve Aselage is joining as President and Chief Operations Officer — you’ve met him — he’s.onhour Board and as former Chief Business Officer (similar role) at
BioMarin I think he will help us not just in commercializing our drugs but also all aspectsiofithe company — he is very savvy politically (has a very different
approach from me), well-liked and will just make our company run a lot better acrossthe'board.

On Alvin, stay tuned.

From: Dan Wichman

Sent: Friday, May 02, 2014 5:41 PM .
To: Martin Shkreli

Subject: Re: News

Talked to Barclays - sounds like it's still on track. Fingers-crossed for no new roadblocks I'm excited.
Any word on the r+d guy yet?

Dan Wichman
Partner
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Sent: Thursday, May 01 2014 02:57 PM
To: Dan Wichman
Subject: RE: News

Yes. It should be a done deal. Never say never though.

From: Dan Wichman

Sent: Thursday, May 01, 2014 2:45 P
To: Martin Shkreli

Subject: RE: News

They’ve agreed to this? All parties? If so, that is great news, and we’d be very excited. Happy to pick'up S10mln in pre-paid royalties to make those clowns
happy. The npv is a no-brainer.

Dan Wichman
Partner

‘Sent: Thursday, May 01, 2014 2:41 PM
To: Dan Wichman
Subject: News

We are doing the entire deal at 5190m. You twisted my arm!
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain information that is privileged and

confidential. Its content does not constitute a solicitation to invest nor a formal commitment by “ If you are not the intended
recipient of this message, kindly notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
_disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. ||| N | | E}IEEEE docs not guarantee the
origin of this message, the integrity of its contents, nor does it accept any responsibility in actions that would result from the interpretation of this
message. All email messages are archived.
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From: Dan Wichman

Sent: Wednesday, May 07, 2014 3:44 PM
To: Martin Shkreli

Subject: RE: News

Music to my ears. Still hope this deal gets done — don’t wanna have to explain another one internally —but yeah I'm
confident you can find something.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Wednesday, May 07, 2014 11:38 AM

To: Dan Wichman

Subject: RE: News

We'll see. | am confident, plus | have other big value-add deals, %.am worry-free and carefree right now. You guys can do
all the worrying ©

erom: Dan wizhman I

Sent: Wednesday, May 07, 2014 11:37 AM
To: Martin Shkreli :
Subject: RE: News

Man what a painful process. Rivaling Wilson’s isn’t it. You get this deal done, remove cash overhang, lay out the
accretion, stock goes back to 20=which is why it probably wen’t happen the way things are going for us these days.

Dan Wichman
Partner

Sent: Wednesday, May 07, 2014 11:21 AM
To: Dan Wichman
Subject: RE: News

Still waiting!
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From: Dan Wichman I

Sent: Wednesday, May 07, 2014 11:09 AM
To: Martin Shkreli
Subject: RE: News

Hey man - any update on things? Kevin asking. I’'m assuming and bracing for the worst...but hopeful I'm too cynical.

Dan Wichman
Partner

From- Martln Shkreh [ma|lto Martln@retrophm com]
Sent: Tuesday, May 06, 2014 10:50 AM

To: Dan Wichman

Subject: RE: News

Baker Brothers might help. Who knows. We are committed to successwith this drug. Worst case we can just buy Fanapt
@

From: Dan Wichman

Sent: Tuesday, May 06, 2014 10:44 AM
To: Martin Shkreli

Subject: Re: News

I'd volunteer to mediate but not sure Mihalis'is ashuge fan of mine. But man I really hope they don't muck this up - have
very high hopes here.

Dan Wichman
Partner

From: Martin Shkreli [mallto Martin@retrophin. com]

Sent: Tuesday, May 06, 2014 09:21 AM
To: Dan Wichman
Subject: RE: News

I think they want to sue Novartis and get a big settlement — I'm sure yau’ve seen some of these ‘commercial deals go

wrong’ with big pharma, and the big pharma pays $25 - $100m in a settlement to “get out”. Like Pfizer with Exubera
even Merck has done it | think.
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From: Dan Wichman

Sent: Tuesday, May 06, 2014 9:17 AM
To: Martin Shkreli

Subject: Re: News

Seems crazy to suddenly want to make that part of the deal. Can't you agree to look at after? Nvs sure as heck won't do-
it so maybe here you actually have some leverage? If they're getting royalties upfront, seems they want this to happen -
do they yet appreciate you're not going to do a worse job than novartis on this?

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Tuesday, May 06, 2014 09:08 AM
To: Dan Wichman
Subject: RE: News

It sounds like they really want to make Fanapt last longer, which isactually really smart, and probably appreciated by all
of us. If Fanapt lasts 5 more years, great. Their plan is a little nutsy which as you know, requires a lot of clinical work and
risk and may not be worth the expense to us but they’d bevery happy if someone did it.

From: Dan Wichman

Sent: Tuesday, May 06, 2014 9:02 AM
To: Martin Shkreli
Subject: RE: News

Getting ridiculous. | appreciate them trying to get some non-dilutive financing out of it, if | were a holder I’d like that, but
come on. Enough is enough! | assume.this is something that had never even come up until now. | don’t know the latest
details but Mihalis is now pissing me off.

Dan Wichman
Partner

Sent: Tuesday, May 06, 2014 9:00 AM
To: Dan Wichman
Subject: RE: News

Yeah especially given we have 2 of the 3 consents. They are t1e loan holdout.
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From: Dan Wichman [

Sent: Tuesday, May 06, 2014 6:39 AM
To: Martin Shkreli
Subject: Re: News

Is it me or do they keep moving the goalposts? Doesn't seem like good faith business. Guess they could care less if deal
happens or not so they try to milk it for all they can, but at a certain point it becomes ridiculous. Patent deals seem like
you could work with them on later.

Dan Wichman
Partner

From: Martin Shkreli [mailto: Martm@retr ophin.com]
Sent: Monday, May 05, 2014 09:25 PM

To: Dan Wichman
Subject: RE: News

Vanda has a patent they want us to buy and put into orange bopk. Might actually be an okay deal. Just taking forever.

From: Dan Wichman [

Sent: Monday, May 05, 2014 9:24 PM
To: Martin Shkreli
Subject: Re: News

Ugh

Dan Wichman
Partner

From: Martin Shkreli [mailto: Martin@retrophin.com]

Sent: Monday, May 05, 2014 09:23 PM
To: Dan Wichman
Subject: RE: News

Yep we’ll get through it.
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From:.Dan Wichman [
Sent: Monday, May 05, 2014 9:07 PM ’
To: Martin Shkreli

Subject: Re: News
Lemme guess, more nvs roadblocks

Dan Wichman
Partner

From Martin Shkreli [mailto:Martin@retrophin. com]

Sent: Monday, May 05, 2014 09:00 PM
To: Dan Wichman
Subject: RE: News

Never a dull moment!

From: Dan Wichrman [

Sent: Monday, May 05, 2014 6:29 PM -
To: Martin Shkreli
Subject: Re: News

By the way | always appreciate your passion - | knowyou're in this for the right reasons (helping patients AND value
creation), even if twitter is a scary place especially\for an unfiltered ceo.. anyway, hope NVS is on track and I'll harass
barclays about that one.

Talk soon.

Dan

Dan Wichman
Partner

From Martin Shkreli [mailto; Martin@retrophin.com]

Sent: Monday, May 05, 2014 04:27 PM
To: Dan Wichman
Subject: RE: News
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| don’t think it matters. It's one drug out of 10 and doesn’t gznerate revenue. It's important but what cne guy says on
twitter isn’t going to change our fate. If anyone thinks the FDA is sitting there caring what I’'m saying, they should sell our
stock and move on.

From: Dan Wichman [

Sent: Monday, May 05, 2014 4:26 PM
To: Martin Shkreli
Subject: RE: News

- It doesn’t seem like a simple straightforward issue, but | hear you — it does seem like red tape could be too high in areas
where there is no approved drug and the alternative is unavoidable death. We don’t want families to have too much
hope on something that may not work at all, but obviously the bar should not be super-high in situations such as these. |
had thought you guys had respected the FDA’s response anc were going to address the issues quickly (and | assume you
still are), but guess your views on it changed in the last few weeks.

Dan Wichman
Partner

Sent: Monday, May 05, 2014 4:21 PM
To: Dan Wichman
Subject: RE: News

Sure FDA might say something like that, but it wouldn’t be true and telling a family what they can or can’t do to save

their dying kid is crazy. The CEO of RARE believes the same thing, he is basically on a crusade against FDA on this very
topic.

From: Dan Wichman I

Sent: Monday, May 05, 2014 4717 PM
To: Martin Shkreli
Subject: RE: News

Ok, that sounds good, but don’t you think FDA would also say, Retrophin didn’t do a great job with the IND for xx and xx
reasons, and sponsors owe it to the patients to do pristine jcbs with filings such as this? Especially when you're putting a
new drug into humans for the first time ever? Or am | crazy. Anyway, the tweeting I’'m sure doesn’t change much either

way, | don’t mind cringing now and then as long as you're daing all the right stuff behind the scenes and my confidence
is high you're gonna create tons of value, which it is.

Though | must admit beyond the FDA thing, not sure why you need to ever respond to these idiotic retail guys who .
criticize you — who cares! i

Dan Wichman
Partner
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From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Monday, May 05, 2014 4:12 PM

- To: Dan Wichman

Subject: RE: News

Sure, mobilizing people to get things to change. We think we could get the decision reversed. The FDA needs new

com passionate use laws. Dying kids, etc. It's terrible. AIDS activists didn’t let it go quietly into the night and companies
were too embarrassed to say anything. The FDA isn’t a judgmental crazy place, they use facts and come to decisions
reasonably well. The idea they have orphan in the GI division is laughable and sad for people who have diseases like
PKAN. We'll see if the activism works but I’'m told >1,000 people have written the FDA and 7 senators have called them.

From: Dan Wichman

Sent: Monday, May 05, 2014 4:08 PM
To: Martin Shkreli

Subject: RE: News

But is there anything to be gained? | know you’re not into politics and diplomaey’but not sure how it can possibly help
you guys.

Not a big issue, but was pointed out to me by another investor who Wwas.turiied off by it — [ don’t think it matters a huge
amount but | did cringe reading those comments.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Madin@retrophin.com]

Sent: Monday, May 05, 2014 4:05 PM
To: Dan Wichman
Subject: RE: News

don’t think it makes a difference. The place turns over so fast and | have great relationships with lots of the key people.

From: Dan Wichman

Sent: Monday, May 05, 2014 3:11 P
To: Martin Shkreli :
Subject: RE: News

Hey, hope weekend was good. Hadn't seen it but was brought to my attention by another investor — do you think it’s a
good idea to bash FDA on twitter? Seems like there isn’t much to gain there unless you have some motjve | don’t know
about. Am | crazy? :
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Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Saturday, May 03, 2014 8:48 AM

To: Dan Wichman

Subject: RE: News

So many legacy assets that people have just forgotten about. This is one of them. It is really a great drug that people
need. Docs want more support, awareness, education. It's like Wilson’s disease — there hasn/Ebeen a Wilson’s
presentation or symposium in decades thanks to Valeant/Aton/Merck. Docs hate that. Mostof them don t know pricing,
they just know support—how many reps they see, copays, etc.

The drug companies are afraid. Small ones, big ones, etc. Big price increases are harrifying because most executives
overestimate changes in demand. it comes mostly from pharma’s history as quasicconsumer products. The next
generation of pharma guys (or the smart ones) understand the inelasticity/of.certain products. The insurers really don’t
care. They jus: pass it through and focus on managing care fcr physiciand payments and blockbusters. They assume
someone will genericize it if it is making toa much money, and they’re right.

So I don’t real y think of it the same way as others. | think this\deal, if we pull it off, is worth $100m-$200m to our
company. We'll see!

From: Dan Wichman

Sent: Saturday, May 03, 2014 8:41 AM
To: Martin Shkreli

Subject: Re: News

Interesting - sounds like a no-lose, to putiit mildly. Don't have to run a model on that one this weekend to give you my
opinion.

Funny that these small companies still haven't realized you czn raise price aggressively and nobody gets too upset?
Obviously depends on the product - but | figure this dynamic may not last forever, you need to maximize opportunities
while you can. In the real boring spec pharma space | kind of look at hznp vs depo - own and like both companies, have
nothing but gcod things to say about depo - but depo is very cautious and conservative, while hznp says, this price
dynamic may not last forever at least on these reformulated pain products, so let's maximize our cash flows now and
diversify over time. It's not like people are giving companies gold stars for charging slightly lower prices ("thanks guys for

charging 500 an rx not 800") - in that land the generics aren't your competition and don't even try. Sorry that was a
quick digressicn. '

Anyway, it's different in orphan land, and probably more sustainable, but seems like at this point these little guys would
get the idea that they could push things a bit. How can they ever make money with that model? Bottom line is | won't

get too excitea but it sounds very intriguing.

Dan Wichman
Partner
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From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Saturday, May 03, 2014 08:23 AM
To: Dan Wichman
Subject: RE: News

The deal we’re working on very simple and Manchester like. '

We’d pay $1m to acquire a drug called Thiola, which is the only treatment for a rare disease called cystinuria (contrast
with RPTP cystinosis — totally different).

The drug does $1.2m in sales. It is woefully underpriced and would not stop selling at orphan prices. With new pricing
we estimate sales of $20 to $40 million. Almost 95% EBITDA margins at those prices. Would bejan annmty for some
time. :

A $100m present for you this morning.

All kidding aside, it is still a medium stage negotiation and may not come to fruition=We have a good relationship with
the seller and they have a contract sales force which we would use to sell the product, which would add $5m in _
expenses annually (for them that's another $1m or $2m marzin) and a royalty. So it’s something of a win-win but a
capital W for us and a lowercase for them. It might finish in t me to announce’ Novartis and this one.

From: Dan Wichman

Sent: Saturday, May 03, 2014 8:19 AM N
To: Martin Shkreli

Subject: Re: News

I'd say, I'll be happy with the one | know about, but I'm always open to more as long as you guys have the personnel and
time and expertise to handle it all.

Glad Steve is on board - seems he knows gauivell at this poirt, and you haven't scared him away...

After the Wilson's frustration (which hépefully didn't scar him for life) seems you guys have come a long way.

Dan Wichman
Partner

From Martin Shkreli [mailto:Martin@retrophin. com]

Sent: Saturday, May 03, 2014 08:14 AM
To: Dan Wichman
Subject: RE: News

Yes, Steve is the best. We really trust and respect each other a huge amount — which is crucial to co-leading a company.

What if | told you we might announce two deals at once?
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Hehehehe ©

From: Dan Wichman

Sent: Saturday, May 03, 2014 8:13 AM
To: Martin Shkreli
Subject: Re: News

Yes fair enough -once this deal closes I'll go back to being less of a pain in the a$$. Sounds good on Steve (a yin and yang
perhaps?) and hope the other stuff works out.

Assuming this looks like a done deal this week (knock on wood), I'd love to discuss a little of how you'll convey it to the
Street - I'm sure you've spent many hours thinking about that. Will be a fun opportunity. Hopefully your other investors
agree the bigger deal is the better deal - but if not they're wrong!

Then I'll go back to feaving you alone and not hérassing you semi-hourly - let you do the hatd’work in creating value.
Dan

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Saturday, May 03, 2014 07:57 AM
To: Dan Wichman :
Subject: RE: News

I have to be careful with giving'youminute by minute updates on the company @

Steve Aselage is joining as President and Chief Operations Officer — you’ve met him — he’s on our Board and as former
Chief Business Officer (similar role) at BioMarin | think he will help us not just in commercializing our drugs but also all
aspects of the company — he is very savvy politically (has a very different approach from me), well-liked and will just
make our company run a lot better across the board.

On Alvin, stay tuned.

From: Dan Wichman

Sent: Friday, May 02, 2014 5:41 PM
To: Martin Shkreli

Subject: Re: News

Talked to Barclays - sounds like it's still on track. Fingers crossed for no new roadblocks i'm excited.
Any word on the r+d guy yet?

CONFIDENTIAL/PROPRIETARY ' SSCA_THIOL_037994



Dan Wichman
Partner

From: Martin Shkreli [mailto;:Martin@retrophin.com]

Sent: Thursday, May 01, 2014 02:57 PM
To: Dan Wichman
Subject: RE: News

Yes. It should be a done deal. Never say never though.

from: Dan Wichman

Sent: Thursday, May 01, 2014 2:45 PM
To: Martin Shkreli
Subject: RE: News

They’ve agreed to this? All parties? If so, that is great news, and we’'d be.very'excited. Happy to pick up $10minin pre-
paid royalties to make those clowns happy. The npv is a no-brainer.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Thursday, May 01, 2014 2:41 PM :
To: Dan Wichman

Subject: News

We are doing the entire deal at 5190m. You twisted my arm!
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by [N [ you are not the intended recipient of this message, kindly
-notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. e
A o< not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by [ you are 20t the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
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disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. | [ M Il
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by NN 11 you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copyin
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. &
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. [t may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by If you are not the intended recipient of this message, kindly
notity the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited.
I o< not guarantee the origin of this message, the integrity of its cofiteiits, nor does it accept any
responsibility in actions that would result from the interpretation of this messageNAll email messages ar
archived. , :
DISCLAIMER: This message is intended only for use by the person to‘whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form,of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of thig'e-mail message is strictly prohibited.
does not guarantee the origin of this messageithe integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived. _ _
DISCLAIMER: This message is intended only for'use by the person to whom it is addressed. It may contain
information that is privileged and confidentiall 1t§ content does not constitute a solicitation to invest nor a
formal commitment b If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy,this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distributiomand/or publication of this e-mail message is strictly prohibited. -
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would'result from the interpretation of this message. All email messages are
archived. ' ' ‘ :
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privilegéd and confidential. lts content does not constitute a solicitation to invest nor a
formal commitment by || [ you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited ||| N  JJIR
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived. ’
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. ||| | | il
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
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DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment b If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. h
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. [t may contain
information that is privileged and confidential. Tts content does not constitute a solicitation to invest nor a
formal commitment by_ If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited.
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to whom it is-addressed. It may contain
information that s privileged and confidential. Its content does not constitute a,solicitation to invest nor a
formal commitment by If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure. modification, distribution and/or publication of this e-mail message is strictly prohibited. |||z
—does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived. ,
DISCLAIMER: This message is intended only for use by the/person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by [ you 2t rot the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. ||| N
B iocs not guarantee the origin ofthis message, the integrity of its contents, nor does it accept any
responsibility in actions that would result frogm'the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended’'only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by | NSNS 1f you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distyibution and/or publication of this e-mail message is strictly prohibited. ||| | Gz
— does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, coiyinoi,

disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited.
_does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived. ‘

DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential Its content does not constitute a solicitation to invest nor a
formal commitment by (N [ you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
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disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited. | NGz
does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment b If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is strictly prohibited.
I s not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by If you are not the intended recipient of this message, kindly
notity the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of this e-mail message is sttictly prohibited. ||| Il
oes not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message All email messages are
archived.
DISCLAIMER: This message is intended only for use by the person to‘whom it is addressed. It may contain
information that is privileged and confidential Its content does not constifute a solicitation to invest nor a
formal commitment by If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form.of reproduction, dissemination, copying,
disclosure, modification, distribution and/or publication of thig’e-mail message is strictly prohibited. h
does not guarantee the origin of this messagethe integrity of its contents, nor does it accept any
responsibility in actions that would result from the interpretation of this message. All email messages are
archived. _
DISCLAIMER: This message is intended only for'use by the person to whom it is addressed. It may contain
information that is privileged and confidentiall I¢§ content does not constitute a solicitation to invest nor a
formal commitment by If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy.this message. Any form of reproduction, dissemination, copying,
disclosure, modification, distributiop-and/or publication of this e-mail message is strictly prohibited. -
oes not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsibility in actions that wouldresult from the interpretation of this message. All email messages are -
archived.
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From: Dan Wichman

Sent: Wednesday, May 07, 2014 6:46 PM
To: Martin Shkreli
Subiject: ‘ RE: News

You know that’s not what | want — | want NVS done here and the convert priced tomorrow. We'll all be very happy.

Dan Wichman
Partner

From Ma&iﬁgﬁkreli [mailto:Martih@.retrophin..'com]
Sent: Wednesday, May 07, 2014 2:43 PM
To: Dan Wichman

Subject: RE: News

We can always do the convert at a 50% premium if you want © ©

From: Dan Wichman

Sent: Wednesday, May 07, 2014 2:42 PM
To: Martin Shkreli

Subject: RE: News

Nor do i. interesting dynamic now becaus€you and probably most of your bullish friends, like us, are restricted, so some
small guys and retail guys playing aroundwiew. Whatever, it’s fine, hopefully NVS gets done and I'll end up being happy
with where the stock price is now (as willyou to some degree if you're able to participate).

Dan Wichman
Partner

From: Martin Shkreli [mailto

Sent: Wednesday, May 07, 2014 2:40 PM
To: Dan Wichman

Subject: RE: News

Would try to announce a small acquisition with any financing. Otherwise | actually think we can grind out the
Manchester payments or do a tiny convert. | really don’t like needless dildtion.
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From: Dan wichman [

Sent: Wednesday, May 07, 2014 2:38 PM
To: Martin Shkreli
Subject: RE: News

I hear you, but to say stock price should be down at Manchester levels is a bit overdone. If this doesn’t happen, will you
still a convert to pay Manchester or look at different financing. -

Dan Wichman
Partner

Sent: Wednesday, May 07, 2014 2:36 PM
To: Dan Wichman
Subject: RE: News

Exactly, it will be over soon one way or another. The cost of capitalis\a small part in my eyes given the return. Also if
Vanda doesn’t want to play ball, | can buy Thiola (which should be NPV+100 to 200m), announce two senior exec hires,
start PKAN trial, print positive EPS and buy Clozaril down the readfor a good price with low CoC. I’'m cool with that.
There is no-benefit to a too high stock price, as Buffett says “it’s like wanting an egg in your beer”.

From: Dan Wichman [

' Sent: Wednesday, May 07, 2014 2:34 PM
To: Martin Shkreli
Subject: RE: News

You must be slightly irritated that the deal continues to get i ore expensive by the minute...I'm not as long as we get our
full allocation in the convert. Byt am annoyed we can’t buy on the open market right now. Such is life. Can’t drag out
forever can it.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]

‘Sent: Wednesday, May 07, 2014 11:38 AM
To: Dan Wichman
Subject: RE: News
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We'll see. | am confident, plus | have other big value-add deals. | am worry-free and carefree right now. You guys can do
all the worrying ©

From: Dan Wichman

Sent: Wednesday, May 07, 2014 11:37 AM
To: Martin Shkreli

Subject: RE: News

Man what a painful process. Rivaling Wilson's isn’t it. You get this deal done, remove cash overhang, lay out the
accretion, stock goes back to 20...which is why it probably won’t happen the way things are going for us these days.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Wednesday, May 07, 2014 11:21 AM

To: Dan Wichman

Subject: RE: News

Still waiting!

From: Dan Wichman I

Sent: Wednesday, May 07, 2014 11:09 AM
To: Martin Shkreli
Subject: RE: News

Hey man — any update on things? Kevih asking. I'm assuming and bracing for the worst...but hopeful I'm too cynical.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Tuesday, May 06, 2014 10:50 AM
To: Dan Wichman c
Subject: RE: News

Baker Brothers might help. Who knows. We are committed to success with this drug. Worst case we can just buy Fanapt

©
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from: ban wichrmar I

Sent: Tuesday, May 06, 2014 10:44 AM
To: Martin Shkreli
Subject: Re: News

I'd volunteer to mediate but not sure Mihalis is a huge fan of mine. But man I really hope they don‘t muck this up - have
very high hopes here.

Dan Wichman
Partner ‘

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Tuesday, May 06, 2014 09:21 AM

To: Dan Wichman

Subject: RE: News

I think they want to sue Novartis and get a big settlement — I'm sure you’ve seen some of these ‘commercial deals go
wrong’ with big pharma, and the big pharma pays $25 - $100m in assettlement to “get out”. Like Pfizer with Exubera,
even Merck has done it | think.

Sent: Tuesday, May 06, 2014 9:17 AM
To: Martin Shkreli
Subject: Re: News

Seems crazy to suddenly want to make thatpart of the deal. Can't you agree to look at after? Nvs sure as heck won't do
it so maybe here you actually have some leverage? If they're getting royalties upfront, seems they want this to happen -
do they yet appreciate you're not going to do a worse job than novartis on this?

Dan Wichman
Partner

om]

From: Martin Shkreli [mailto:Martin@retrophin.
Sent: Tuesday, May 06, 2014 09:08 AM

To: Dan Wichman

Subject: RE: News
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it sounds like they really want to make Fanapt last longer, which is actually really smart, and probably appreciated by all
of us. If Fanapt lasts 5 more years, great. Their plan is a little nuts, which as you know, requires a lot of clinical work and
risk and may not be worth the expense to us but they’d be very happy if someone did it. '

From: Dan Wichman

Sent: Tuesday, May 06, 2014 9:02 AM
To: Martin Shkreli

Subject: RE: News

Getting ridiculous. | appreciate them trying to get some non-dilutive financing out of it, if | were a holder I’d like that, but
come on. Enough is enough! | assume this is something that had never even come up until now. { don’t know the latest
details but Mihalis is now pissing me off.

Dan Wichman
Partner

Sent: Tuesday, May 06, 2014 9:00 AM
To: Dan Wichman
Subject: RE: News

Yeah especially given we have 2 of the 3 consents. Theyare the loan holdout.

From: Dan Wichman

Sent: Tuesday, May 06, 2014 6:39 AM
To: Martin Shkreli

Subject: Re: News

Is it me or do they keep moving'the'goalposts? Doesn't seem like good faith business. Guess they could care less if deal

happens or not so they try temilkiit for all they can, but at a certain point it becomes ridiculous. Patent deals seem like
you could wark with them on later. :

Dan Wichman
Partner

From: Martin Shkreli [mailto; Martin@retrophin.com]

Sent: Monday, May 05, 2014 09:25 PM '
To: Dan Wichman
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Subject: RE: News

Vanda has a patent they want us to buy and put into orange book. Might actually be an okay deal. Just taking forever.

From: Dan chhman

Sent: Monday, May 05, 2014 9:24 PM
To: Martin Shkreli

Subject: Re: News

Ugh

Dan Wichman
Partner

From Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Monday, May 05, 2014 09:23 PM
To: Dan Wichman
Subject: RE: News

Yep we’'ll get through it.

From: Dan Wichman

Sent: Monday, May 05, 2014 5:07 PM
To: Martin Shkreli

Subject: Re: News

Lemme guess, more nvs roadblocks

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Monday, May 05, 2014 09 00 PM
To: Dan Wichman
Subject: RE: News

Never a dull moment!
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From: Dan Wichman

Sent: Monday, May 05, 2014 6:29 PM
To: Martin Shkreli

Subject: Re: News

By the way | always appreciate your passion - | know you're in this for the right reasons (helping patients AND value
creation), even if twitter is a scary place especially for an unf Itered ceo...anyway, hope NVS is on track and I'll harass
barclays about that one.

Talk soon.

Dan

Dan Wichman
-Partner

From: Martin Shkreli [mailto;Martin@retrophin.com]

Sent: Monday, May 05, 2014 04:27 PM
To: Dan Wichman
Subject: RE: News

I don’t think it matters. It’s one drug out of 10 and doesn’t)geerate revenue. It'simportant but what one guy says on

twitter isn’t going to change our fate. If anyone thinks the FDA is sitting there caring what 'm saying, they should sell our
stock and move on.

From: Dan Wichman

Sent: Monday, May 05, 2014 4:26 PM
To: Martin Shkreli

Subject: RE: News

It doesn’t seem like a simplé’straightforward issue, but | hear you — it does seem like red tape could be too high in areas
where there is no approved drug and the alternative is unavoidable death. We don’t want families to have too much
hope on something that may not work at all, but obviously the bar should not be super-high in situations such as these. |
had thought you guys had respected the FDA's response and were going to address the issues quickly (and | assume you
still are), but guess'your views on it changed in the last few weeks.

Dan Wichman
Partner
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From Martm Shkreh [mallto Martln@retroohm com]
Sent: Monday, May 05, 2014 4:21 PM

To: Dan Wichman

Subject: RE: News

Sure FDA might say something like that, but it wouldn’t be true and telling a family what they can or can’t do to save
their dying kid is crazy. The CEO of RARE believes the same thing, he is basically on a crusade against FDA on this very
topic.

From: Dan Wichmar
Sent: Monday, May 05, 2014 4:17 PM
To: Martin Shkreli

Subject: RE: News

Ok, that sounds good, but don’t you think FDA would also say, Retrophin didn’t do a great job with the IND for xx and xx
reasons, and sponsors owe it to the patients to do pristine jobs with filings such as this? Especially when you're putting a
new drug into humans for the first time ever? Or am | crazy. Anyway, the tweeting I'm sure 80@sn’t change much either
way, | don’t mind cringing now and then as long as you’re doing all the right stuff behind-the'$cenes and my confidence
is high you're gonna create tons of value, which it is.

Though | must admit beyond the FDA thing, not sure why you need to ever respond to these idiotic retail guys who
criticize you — who cares!

Dan Wichman
Partner

From: Martin Shkreli [mallto Martin@retrophin.com]
Sent: Monday, May 05, 2014 4:12M

To: Dan Wichman
Subject: RE: News

Sure, mobilizing people to get things to change. We think we could get the decision reversed. The FDA needs new
compassionate use laws. Dying kids, etc. It's terrible. AIDS activists didn’t let it go quietly into the night and companies
were too embarrassed to say anything. The FDA isn’t a judgmental crazy place, they use facts and come to decisions
reasonably well. The idea they have orphan in the Gl division is laughable and sad for people who have diseases like
PKAN. We'll see if the activism works but I’'m told >1,000 people have written the FDA and 7 senators have called them.

From: Dan Wichman

Sent: Monday, May 05, 2014 4:08 PM
To: Martin Shkreli

Subject: RE: News

But is there anything to be gained? | know you re not into politics and diplomacy but not sure how it can possibly heip
you guys.

Not a big issue, but was pointed out to me by another investor who was turned off by it — I don't think it matters a huge
amount but | did cringe reading those comments.
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Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.éom]

Sent: Monday, May 05, 2014 4:05 PM
To: Dan Wichman
Subject: RE: News

don’t think it makes a difference. The place turns over so fast and | have great relationships with lots of the key people.

From: Dan Wichman

Sent: Monday, May 05, 2014 3:11 PM
To: Martin Shkreli

Subject: RE: News

Hey, hope weekend was good. Hadn’t seen it but was brought to my‘attention by another investor — do you think it's a
good idea to bash FDA on twitter? Seems like there isn’t much to gain.there unless you have some motive | don’t know
about. Am | crazy?

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com] _ '

Sent: Saturday, May 03, 2014 8:48 AM
To: Dan Wichman
Subject: RE: News

So many legacy assets that people have just forgotten about. This is one of them. It is really a great drug that people
need. Docs want more support, awareness, education. It’s like Wilson’s disease — there hasn’t been a Wilson’s
presentation or symposium in decades thanks to Valeant/Aton/Merck. Dacs hate that. Most of them don’t know pricing,
they just know support—how many reps they see, copays, etc.

The drug companies are afraid. Small ones, big ones, etc. Big price increases are horrifying because most executives
overestimate changes in demand. It comes mostiy from pharma’s history as quasi-consumer products. The next
generation of pharma guys (or the smart ones) understand the inelasticity of certain products. The insurers really don‘t
care. They just pass it through and focus on managing care for physician payments and blockbusters. They assume
someone will genericize it if it is making too much money, and they're right.
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So I don’t really think of it the same way as others. | think this deal, if we pull it off, is worth $100m-$200m to our
company. We'll see!

From: Dan Wichman I

Sent: Saturday, May 03, 2014 8:41 AM
To: Martin Shkreli
Subject: Re: News

Interesting - sounds like a no- lose, to put it'mildly. Don't have to run a model on that one this weekend to give you my
opinion,

- Funny that these small companies still haven't realized ’you can raise price aggressively and nobody gets too upset?
Obviously depends on the product - but I figure this dynamic may not last forever, you need to maximize opportunities

-while you can. In the real boring spec pharma space | kind of look at hznp vs depo - own and like both companies, have
nothing but good things to say about depo - but depo is very cautious and conservative, while hznp says, this price
dynamic may not last forever at least on these reformulated pain products, so let's maximize our cash flows now and
diversify over time. It's not like people are giving companies gold stars for charging slighthylower prices ("thanks guys for
charging 500 an rx not 800") - in that land the generics aren't your competition and dop/t€ven try. Sorry that was a
quick digression.

Anyway, it's different in orphan land, and probably more sustainable, but seefmslike at this point these little guys would
get the idea that they could push things a bit. How can they ever make money with that model? Bottom line is | won't
get too excited but it sounds very intriguing.

Dan Wichman
Partner

From Martln Shkreh [manlto Martln@retronhm com1

Sent: Saturday, May 03, 2014 08:23 AM
To: Dan Wichman
Subject: RE: News

The deal we’re working on very simple and Manchester like.

We'd pay $1m to acquire a drug called Thiola, which is the only treatment for a rare disease called cystinuria (contrast
with RPTP cystinosis — totally different).

The drug does $1.2m in sales. It is woefully underpriced and would not stop selling at orphan prices. Wlth new pricing

we estimate sales of $20 to $40 million. Almost 95% EBITDA margins at those prices. Would be an annuity for some
time.

A $100m present for you this morning.

All kidding aside, it is still a medium stage negotiation and may-not come to fruition. We have a good relatlonsh|p with
the seller and they have a contract sales force which we would use to sell the product, which would add $5m in
expenses annually (for them that’s another $1m or $2m margin) and a royalty. So it's something of a win-win but a
capital W for us and a lowercase for them. It might finish in time to announce Novartis and this one.
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from: Dan Wichman

Sent: Saturday, May 03, 2014 8:19 AM
To: Martin Shkreli
Subject: Re: News

I'd say, I'll be happy with the one | know about, but I'm always open to more as long as you guys have the personnel and
time and expertise to handle it all. . .

Glad Steve is on board - seems he knows you well at this point, and you haven't scared him away...

After the Wilson's frustration (which hopefully didn't scar him for life) seems you guys have come a long way.

Dan Wichman
Partner

From: Martin Shkreli {mailto: Martin@retrophin.com]

Sent: Saturday, May 03, 2014 08:14 AM
To: Dan Wichman
Subject: RE: News

Yes, Steve is the best. We really trust and respect each other a huge-amount — which is crucial to co-leading a company.

What if | told you we might announce two deals at once?

Hehehehe ©

From: Dan Wichman [

Sent: Saturday, May 03, 2014 8:13 AM
To: Martin Shkreli
Subject: Re: News

Yes fair enough - once this déal'closes Il go back to being less of a pain in the a$$. Sounds good on Steve (a yin and yang
perhaps?) and hope the other stuff works out.

Assuming this looks like a done deal this week (knock on wood), I'd love to discuss a little of how you'll convey it to the
Street - I'm sure you've spent many hours thinking about that. Will be a fun opportunity. Hopefully your other investors

agree the bigger deal is the better deal - but if not they're wrong!

Then I'll go back to leaving you alone and not harassing you semi-hourly - let you do the hard work in creating value.

Dan

Dan Wichman
Partner
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From: Martin Shkreli [mailto: Martin@retrophin.com]
Sent: Saturday, May 03, 2014 07:57 AM

To: Dan Wichman
Subject: RE: News

I have to be careful with giving you rhinute by minute updates on the company ©

Steve Aselage is joining as President and Chief Operations Officer — you've met him — he’s on our Board and as former
Chief Business Officer (similar role) at BioMarin | think he will help us not just in commercializing our drugs but also all
aspects of the company - he is very savvy politically (has a very different approach from me), well-liked and wiil just
make our company run a lot better across the board.

On Alvin, stay tuned.

From: Dan Wichman

Sent: Friday, May 02, 2014 5:41 PM
To: Martin Shkreli

Subject: Re: News

Talked to Barclays - sounds like it's still on track. Fingers crossedfor.no new roadblocks I'm excited.
Any word on the r+d guy yet?

Dan Wichman
Partner

From Martln Shkreh [mallto Martm@retroohln com]
Sent: Thursday, May 01, 2014 02:57 PM '

. To: Dan Wichman
Subject: RE: News

Yes. It should be a done deal. Never say never though.

From: Dan Wichman

Sent: Thursday, May 01, 2014 2:45 PM
To: Martin Shkreli

Subject: RE: News

They’ve agreed to this? All parties? If so, that is great news, and we’d be very excited. Happy to plck up $10minin pre-
paid royalties to make those clowns happy. The npv is a no-brainer.
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Dan Wichman
Partner

Sent: Thursday, May 01, 2014 2:41 PM
To: Dan Wichman
Subject: News

We are doing the entire deal at $190m. You twisted my arm!
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From: Dan Wichma

Sent: Wednesday, May 07, 2014 6:50 PM
To: Martin Shkreli
Subject: RE: News

And | won’t ask about the two exec comment...ie head of R&D. See, I’'m behaving.

Dan Wichman
Partner

" From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Wednesday, May 07, 2014 2:43 PM
To: Dan Wichman

Subject: RE: News

We can always do the convert at a 50% premium if you want © ©

trom: Dan wichan

Sent: Wednesday, May 07, 2014 2:42 PM
To: Martin Shkreli
Subject: RE: News

Nor do i. interesting dynamic now because)yotl and probably most of your bullish friénds, like us, are restricted, so some
small guys and retail guys playing aroufidtnow. Whatever, it’s fine, hopefully NVS gets done and I'll end up being happy
with where the stock price is now (as willyou to some degree if you're able to participate).

Dan Wichman
Partner

From: Martin Shkreli {[mailto: Martin@retrophin.com]

Sent: Wednesday, May 07, 2014 2:40 PM
To: Dan Wichman
Subject: RE: News

Would try to announce a small acquisition with any financing. Otherwise I actually think we can grind out the
Manchester payments or do a tiny convert. | really don’t like needless dilution.
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From: Dan wichman [

Sent: Wednesday, May 07, 2014 2:38 PM
To: Martin Shkreli
Subject: RE: News

| hear you, but to say stock price should be down at Manchester levels is a bit overdone. If this doesn’t happen, will you
still a convert to pay Manchester or look at different financing.

Dan Wichman
Partner

Sent: Wednesday, May 07, 2014 2:36 PM
To: Dan Wichman
" Subject: RE: News

Exactly, it will be over soon one way or another. The cost of capitalis'a small part in my eyes given the return. Also if
Vanda doesn’t want to play ball, | can buy Thiola (which should be NPV+100 to 200m), announce two senior exec hires,
start PKAN trial, print positive EPS and buy Clozaril down the roadfor a good price with low CoC. I’'m cool with that.
There is no benefit to a too high stock price, as Buffett says “it’s like wanting an egg in your beer”.

From: Dan Wichman

Sent: Wednesday, May 07, 2014 2:34 PM
To: Martin Shkreli

Subject: RE: News

You must be slightly irritated that the,deal continues to get more expensive by the minute...I'm not as long as we get our
full allocation in the convert. But1am annoyed we can’t buy on the open market right now. Such is life. Can’t drag out
forever can it.

Dan Wichman
Partner’

From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Wednesday, May 07, 2014 11:38 AM
To: Dan Wichman
Subject: RE: News
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We'll see. | am confident, plus | have other big value-add deals. | am worry-free and carefree right now. You guys can do
all the worrying ©

From: Dan Wichman

Sent: Wednesday, May 07, 2014 11:37 AM
To: Martin Shkreli

Subject: RE: News

Man what a painful process. Rivaling Wilson’s isn’t it. You get this deal done, remove cash overhang, lay out the
accretion, stock goes back to 20...which is why it probably won’t happen the way things are going for us these days.

Dan Wichman
Partner

Sent: Wednesday, May 07, 2014 11:21 AM
To: Dan Wichman
Subject: RE: News

Still waiting!

From: Dan Wichman

Sent: Wednesday, May 07, 2014 11:09 AM
To: Martin Shkreli

Subject: RE: News

Hey man — any update on things? Kevin asking. I'm assuming and bracing for the worst...but hopeful I'm too cynical.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Tuesday, May 06, 2014 10:50 AM '

To: Dan Wichman

Subject: RE: News

Baker Brothers might help. Who knows. We are committed to success with this drug. Worst case we can just buy Fanapt

@ .
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From: Dan Wichmar [

Sent: Tuesday, May 06, 2014 10:44 AM
To: Martin Shkreli '
Subject: Re: News

I'd vqunteer to mediate but-not sure Mihalis is a huge fan of mune But man | really hope they don't muck this up - have
very high hopes here.

Dan Wichman
Partner

From: Martin Shkreli [mailto: Martln@retrophln com]
Sent: Tuesday, May 06, 2014 09:21 AM

To: Dan Wichman

Subject: RE: News

I think they want to sue Novartis and get a big settlement — I'm sure youlve seen some of these ‘commercial deals go
wrong’ with big pharma, and the big pharma pays $25 - $100m in a-settlement to “get out”. Like Pfizer with Exubera,
even Merck has done it | think.

From: Dan Wichman

Sent: Tuesday, May 06, 2014 9:17 AM
To: Martin Shkreli
Subject: Re: News

Seems crazy to suddenly want to make that'part of the deal. Can't you agree to look at after? Nvs sure as heck won't do
it so maybe here you actually have some leverage? If they're getting royalties upfront, seems they want this to happen -
do they yet appreciate you're not going to do a worse job than novartis on this?

Dan Wichman
Partner

From: Martm Shkreh [mallto Mamn@retronhm com]

Sent: Tuesday, May 06, 2014 09:08 AM
To: Dan Wichman
Subject: RE: News
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It sounds like they really want to make Fanapt last longer, which is actually really smart, and probably appreciated by all
of us. If Fanapt lasts 5 more years, great. Their plan is a little nuts; which as you know, requires a lot of clinical work and
risk and may not be worth the expense to us but they’d be very happy if someone did it.

From: Dan Wichman

Sent: Tuesday, May 06, 2014 9:02 AM
To: Martin Shkreli -

Subject: RE: News

Getting ridiculous. | appreciate them trying to get some non-dilutive financing out of it, if | were a holder I’d like that, but
come on. Enough is enough! | assume this is something that had never even come up until now. | don’t know the latest
details but Mihalis is now pissing me off.

Dan Wichman
Partner

Sent: Tuesday, May 06, 2014 9:00 AM
To: Dan Wichman
Subject: RE: News

Yeah especially given we have 2 of the 3 consents. Theyare the loan holdout.

From: Dan Wichman

Sent: Tuesday, May 06, 2014 6:39 AM
To: Martin Shkreli

Subject: Re: News

Is it me or do they keep movingthe'goalposts? Doesn't seem like good faith business. Guess they could care less if deal

happens or not so they try temilkdt for all they can, but at a certain point it becomes ridiculous. Patent deals seem like
you could work with them on later.

Dan Wichman
Partner

From: Martin Shkreli [mailto; Martin@retrophin.com]

Sent: Monday, May 05, 2014 09:25 PM
To: Dan Wichman
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Subject: RE: News

Vanda has a patent they want us to buy and put into orange book. Might actually be an okay deal. Just taking forever.

From: Dan Wichman

Sent: Monday, May 05, 2014 9:24 PM
To: Martin Shkreli-
Subject: Re: News

Ugh

Dan Wichman
Partner

From Martin Shkreli [mailto: Martln@retroohm com]

Sent: Monday, May 05, 2014 09:23 PM
To: Dan Wichman
Subject: RE: News

Yep we'll- get through it.

From: Dan Wichman [

Sent: Monday, May 05, 2014 9:07 PM
To: Martin Shkreli
Subject: Re: News

Lemme guess, more nvs roadblocks

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Monday, May 05, 2014 09:00 PM
To: Dan Wichman
Subject: RE: News

Never a dull moment!
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From: Dan Wichman
‘Sent: Monday, May 05, 2014 6:29 PM
To: Martin Shkreli

Subject: Re: News

By the way I always appreciate your passion - | know you're in this for the right reasons (helping patients AND value
creation), even if twitter is a scary place especially for an unfiltered ceo...anyway, hope NVS is on track and I'll harass
barclays about that one.

Talk soon.

Dan

Dan Wichman
Partner

From: Martin Shkreli [mailto;Martin@retrophin.com]

Sent: Monday, May 05, 2014 04:27 PM
To: Dan Wichman - '
Subject: RE: News

I don’t think it matters. It's one drug out of 10 and daesd'tigenerate revenue. It's important but what one guy says on
twitter isn’t going to change our fate. If anyone thinks the FDA is sitting there caring what I'm saying, they should sell our
stock and move on.

From: Dan Wichman

Sent: Monday, May 05, 2014 4:26 PM
To: Martin Shkreli

Subject: RE: News

It doesn’t seem like a simple’Straightforward issue, but | hear you — it does seem like red tape could be too high in areas
where there is no approved drug and the alternative is unavoidable death. We don’t want families to have too much
hope on something that may not work at all, but obviously the bar should not be super-high in situations such as these. |
had thought you guys had respected the FDA’s response and were going to address the issues quickly (and | assume you
still are}, but guess your views on it changed in the last few weeks.

Dan Wichman
Partner
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From Martm Shkreh [maﬂto Martln@retroohm com]
Sent: Monday, May 05, 2014 4:21 PM

To: Dan Wichman

Subject: RE: News

Sure FDA might say something like that, but it wouldn’t be true and telling a family what they can or can’t do to save
their dying kid is crazy. The CEO of RARE believes the same thing, he is basically on a crusade against FDA on this very
topic.

From: Dan Wichman [

Sent: Monday, May 05, 2014 4:17 PM
To: Martin Shkreli
Subject: RE: News

Ok, that sounds good, but don’t you think FDA would also say, Retrophin didn’t do a great job with the IND for xx and xx
reasons, and sponsors owe it to the patients to do pristine jobs with filings such as this? Especially when you're putting a
new drug into humans for the first time ever? Or am | crazy. Anyway, the tweeting I’m sure doesn’t change much either
way, | don’t mind cringing now and then as long as you’re doing all the right stuff behind.the*scenes and my confidence
is high you're gonna create tons of value, which it is.

Though | must admit beyond the FDA thing, not sure why you need to ever respondto these idiotic retail guys who
criticize you — who cares!

Dan Wichman
Partner

From Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Monday, May 05, 2014 4:12 PM

To: Dan Wichman
Subject: RE: News

Sure, mobilizing people to get'things to change. We think we could get the decision.reversed. The FDA needs new
compassionate use laws. Dying kids, etc. It's terrible. AIDS activists didn't let it go quietly into the night and companies
were too embarrassed to say anything. The FDA isn't a judgmental crazy place, they use facts and come to decisions
reasonably well. The idea they have orphan in the Gl division is laughable and sad for people who have diseases like
PKAN. We'll see if the activism works but I'm told >1,000 people have written the FDA and 7 senators have called them.

From: Dan Wichman

Sent: Monday, May 05, 2014 4:08 PM
To: Martin Shkreli

Subject: RE: News

But is there anything to be gained? | know you’re not into polltlcs and dlplomacy but not sure how it can p055|b|y help
you guys.

Not a big issue, but was pointed out to me by another investor who was turned off by it — | don’t think it matters a huge
amount but I did cringe reading those comments.
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Dan Wichman
Partner

From: Martin Shkreli [mailto;Martin@retrophin.com]

Sent: Monday, May 05, 2014 4:05 PM
To: Dan Wichman’
Subject: RE: News

don’t think it makes a difference. The place turns over so fast and | have great relationships with lots of the key people.

From: Dan Wizchman

Sent: Monday, May 05, 2014 3:11 PM
To: Martin Shkreli

Subject: RE: News

Hey, hope weekend was good. Hadn’t seen it but was brought to my‘attention by another investor — do you think it’s a
good idea to bash FDA on twitter? Seems like there isn’'t much to gam there unless you have some motive | dor’t know
about. Am | crazy?

Dan Wichman
Partner

From. Martm Shkreli [mailtg: Mgrtm@ retrophin.com]
Sent: Saturday, May 03, 2014 8:48 AM

To: Dan Wichman

Subject: RE: News

So many legacy assets that people have just forgotten about. This is one of them. It is really a great drug that people
need. Dacs want more support, awareness, education. It’s like Wilson’s disease — there hasn’t been a Wilson’s
presentation or symposium in decades thanks to Valeant/Aton/Merck. Docs hate that. Most of them don‘t know pricing,
they just know support—how many reps they see, copays, etc.

" The drug companies are afraid. Small ones, big ones, etc. Big price increases are horrifying because most executives
overestimate changes in demand. It comes mostly from pharma’s history as quasi-consumer products. The next
generation of pharma guys (or the smart ones) understand the inelasticity of certain products. The insurers really don’t
care. They just pass it through and focus on managing care for physician payments and blockbusters. They assume
someone will genericize it if it is making too much money, and they're right.
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So 1 don’t really think of it the same way as others. | think this deal, if we pull it off, is worth $100m-$200m to our
company. We'll see!

From: Dan Wichman

Sent: Saturday, May 03, 2014 8:41 AM
To: Martin Shkreli
Subject: Re: News

Interesting - sounds like a no-lose, to put it mildly. Don't have to run a model on that one this weekend to give you my
opinion.

Funny that these small companies still haven't realized you czn raise price aggressively and nobody gets too upset?
Obviously depends on the product - but | figure this dynamic may not last forever, you need to maximize opportunities
while you can. In the real boring spec pharma space | kind of look at hznp vs depo - own and like both companies, have
nothing but good things to say about depo - but depo is very cautious and conservative, while hznp says, this price
dynamic may not last forever at least on these reformulated pain products, so let's maximize our cash flows now and
diversify over time. It's not like people are giving companies gold stars for charging slightlyslower prices (“thanks guys for
charging 500 an rx not 800") - in that land the generics aren't your competition and dop’teven try. Sorry that was a
quick digression. '

Anyway, it's different in orphan land, and probably more sustainable, but seems’like at this point these little guys would
get the idea that they could push things a bit. How can they ever make money with that model? Bottom line is | won't

get too excited but it sounds very intriguing.

Dan Wichman
Partner

Sent: Saturday, May 03, 2014 08:23 AM
To: Dan Wichman
Subject: RE: News

The deal we’re working on very simple and Manchester like.

We'd pay $1m to acquire a drug called Thiola, which is the only treatment for a rare disease called cystinuria (contrast
with RPTP cystinosis — totally different).

The drug does $1.2m in sales. It is woefully underpriced and would not stop selling at orphan prices. With new pricing

we estimate sales of $20 to $40 million. AImost 95% EBITDA mrargins at those prices. Would be an annuity for some
time.

A $100m present for you this morning.

All kidding aside, it is still a medium stage negotiation and may not come to fruition. We have a good relationship with
the seller and they have a contract sales force which we would use to sell the product, which would add $5m in
expenses annually (for them that's another $1m or $2m margin) and a royalty. So it’s something of a win-win but a
capital W for us and a lowercase for them. It might finish in time to announce Novartis and this one.
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From: Dan Wichman

Sent: Saturday, May 03, 2014 8:19 AM
To: Martin Shkreli

Subject: Re: News

I'd say, I'll be happy with the one | know about, but I'm always open to more as long as you guys have the personnel and
time and expertise to handle it all. :

Glad Steve is on board - seems he knows you well at this point, and you haven't scared him away...

After the Wilson's frustration {(which hopefully didn't scar him for life) seems you guys have come a long way.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Saturday, May 03, 2014 08:14 AM
To: Dan Wichman
Subject: RE: News

Yes, Steve is the best. We really trust and respect each other 3 huge amount — which is crucial to co-leading a company.

What if | told you we might announce two deals at once?

Hehehehe ©

From: Dan Wichman I

Sent: Saturday, May 03, 2014 8:13 AM
To: Martin Shkreli L
Subject: Re: News

Yes fair enough - once this deal/closes I'll go back to being less of a pain in the a$$ Sounds good on Steve (a yin and yang
perhaps?) and hope the other stuff works out.

Assuming this looks like a done deal this week (knock on woaod), I'd love to discuss a little of how you'll convey it to the
Street - I'm sure you've spent many hours thinking about that. Will be a fun opportunity. Hopefully your other investors

agree the bigger deal is the better deal - but if not they're wrong!

Then I'll go back to leaving you alone and not harassing you semi-hourly - let you do the hard work in creating value.

Dan

Dan Wichman
Partner
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From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Saturday, May 03, 2014 07:57 AM
To: Dan Wichman
Subject: RE: News

I have to be careful with giving you minute by minute updates on the company ©

Steve Aselage is joining as President and Chief Operations Officer — you’ve met him — he’s on our Board and as former

- Chief Business Officer (similar role) at BioMarin I think he will help us not just in commercializing our drugs but also all
aspects of the company — he is very savvy politically (has a very different approach from me), well-liked and will just
make our comrpany run a lot better across the board.

On Alvin, stay tuned.

From: Dan Wichman

Sent: Friday, May 02, 2014 5:41 PM
To: Martin Shkreli

Subject: Re: News

Talked to Barclays - sounds like it's still on track. Fingers crossed-fof.no new roadblocks I'm excited.
Any word on the r+d guy yet?

Dan Wichman
Partner

From Martm Shkreh [ma:lto Martm@retroohm com]

Sent: Thursday, May 01, 2014 02:57 PM
To: Dan Wichman
Subject: RE: News

Yes. It should be a done deal. Never say never though.

From: Dan Wichman

Sent: Thursday, May 01, 2014 2:45 PM
To: Martin Shkreli

Subject: RE: News

They've agreed to this? All parties? If so, that is great news, and we’d be very exuted Happy to pick up $10min in pre-
pald royalties to make those clowns happy. The npv is a no-brainer.
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Dan Wichman
Partner

From Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Thursday, May 01, 2014 2:41 PM
To: Dan Wichman
Subject: News

We are doing the entire deal at $190m. You twisted my arm!
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From: Dan Wichman

Sent: - Tuesday, May 27, 2014 2:17 PM
To: ‘Martin Shkrel
Subject: RE: We are over the wall

Hey Martin — hope weekend was good. | didn’t take a meeting with you guys because | don’t think we need one — pretty
straightforward and we’ll definitely be involved here. But don’t know if you have 5 minutes maybe to catch up later —
not urgent. Thanks as always.

Dan

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Sunday, May 25, 2014 2:14 PM

To: Dan Wichman

Subject: RE: ‘We are over the wall

Very reasonable, great people.

From: Dan Wichman

Sent: Sunday, May 25, 2014 2:00 PM
To: Martin Shkreli

Subject: Re: We are over the wall

Ok fair enough, they're reasonablefolks? I've definitely come across them before. Been around a long time.

‘ Dan Wichman
Partner

Sent: Sunday, May 25, 2014 11:50 AM
To: Dan Wichman
Cc: Jim Tumbrink; Courtney Bond <courtney@retrophin.com>

1
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Subject: RE: We are over the wall

| think they just want to sign this and we can discuss expansions shortly.

From: Dan Wichman

Sent: Sunday, May 25, 2014 10:30 AM
To: Martin Shkreli

Cc: Jim Tumbrink; Courtney Bond
Subject: Re: We are over the wall

Thanks Martin, and nice to meet you Courtney. Seems like a no-lose deal. Are higher-dose formulations part of this deal?
Clearly seems like a pretty straightforward way of moving the franchise forward. And why wouldn't all parties want to
include an ER in this deal to get moving on it asap both from development and IP standpoint? Would think you and they
would want to get moving right away for when this hits others' rather soon. Economic profile seems great. Anyway,

. seems like a matter of either very good npv, or ridiculous npv based on how the lifecycles play out.

Dan Wichman
Partner

From: Martin Shkreli [mailto:Martin@retrophin.com]

Sent: Saturday, May 24, 2014 10:06 PM

To: Dan Wichman

Cc: Jim Tumbrink; Courtney Bond <courtney@retrophin.com>
Subject: RE: We are over the wall |

Hi Guys,

I am also CCing Courtney Bond who found'the opportunity. Despite being 26, Courtney is starting to figure somewhat
prominently in senior management. He is still very green, but he has come up with an inordinate number of good ideas.
We're lucky to have him.

On GMs, it is strange, we buy the 100-pill packs for $50 each from Mission. So your average patient is going to be
between $100-$150 per month in cost to us, or $1200-$1800 in COGS per year. This doesn’t include the 20% rovyalty,
obviously. So, if our price is S50k, the COSGS would be at most 4%. If the price is $100k, it is 1.8%.

Expenses are a good situation. Our MSL team is perfectly suited to educate on this product. Being a renal disease as well
as a autosomal recessive genetic disease, we know this kind of stuff cold and leverages quite well. We will be hiring 10

sales people through Mission’s contract sales force business. That should be about $2m.

ER is complicated because we have to sign a NEW deal with mission for both this and international. We don’t think that
will be hard but they will want another upfront, we think. ’

| agree it is irrationally low. Courtney is going to make a lot of money.
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| agree it is very hard to find small volume products that go generic. Small revenue products go generic a lot - good
example is Amphastar’s cosyntropin (ACTH). But nothing small volume.

Courtney ~ Dan and lim are two of our largest investors. They are big players in the specialty pharma business. Good
guys to know.

Martin

From: Dan Wichman

Sent: Friday, May 23, 2014 4:26 PM
To: Martin Shkreli

Cc: Jim Tumbrink

Subject: We are over the wall

Couple questions we have on your deal — we can speak about them live as well:

What are product GM’s? assume 95%ish? ‘

What expenses will you put on it? Assume small? :

ER version development will start right away? This seems like a potentially compelling lifecycle strategy.

Why aren’t they asking more from you guys? Understand it’ll be a win-win, they’re not.the guys to make this big, but still
seems almost irrationally low. )

We couldn’t think of small orphan products like this that have gone generic, bit.that may be based on the fact that
they’d be so small we probably wouldn’t have heard of them? We are trying to\bfainstorm.

Anyway, nothing not to like about this — it’s just a matter of how good,
Talk to you soon.

Dan

Dan Wichman
Partner
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does not guarantee the origin of this message, the integrity of its conténts_nor does it accept any

responsibility in actions that would result from the interpretation of this message./Alhemail messages are
archived. "
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From: Dan Wichman I

Sent: Tuesday, September 23, 2014 12:38 AM
To: : Martin@retrophin.com
Subject: ' Re: Hey

Excellent answer - thanks Martin. Appreciate the thoughtful response. | have no feel for how much momentum this may
have - seems like any legislation is a long-shot for the foreseeable future in this Congress. And can't imagine this is high
on the priority list. Not losing any sleep over it - but | was just curious. Generics don't do well with zero-volume drugs -
just doesn't suit their model. And clearly the patient-centric approach does not fit generics well either. That said it's nice
to have drugs that do have room for long-term improvement in the clinical profiles - in particular Thiola seems to have
worlds of potential there.

Appreciate the thoughts - ain't us selling right now. | am very focused on the long-term (though like any fund | do get
annoyed by short-term stupidity). Volume has been pretty decent. It will certainly be interesting to see the Q3 filings.

Dan Wichman
Partner

----- Original Message -----
From: Martin Shkreli [mailto:Martin@retrophinicom]

Sent: Monday, September 22, 2014 08:31 PM
To: Dan Wichman
Subject: RE: Hey

It should take a long amount of time’bécause the Sherman act clearly states companies like Retrophin and Celgene have
"no duty to deal" and the Supreme Court ratified two challenges to this in the Pac Bell and Verizon cases. So if they can
get some legislative momentdm and get a law signed, there will still be a 'test case' which has to prove this law
supersedes the Sherman Act, which you may know is one of the oldest American pieces of legislation. So | think worst
case we have another 5 years because once we hand over samples to a generic, they will have to spend the next 3 years
getting an ANDA approved. :

Thankfully we are not selling Tracleer or Revlimid -- these drugs are $o small and we do not report to IMS, so | think we
will stay under the radar. ‘

Regarding my personal investments, | cannot comment too much other than my hope is to own as much of the company
as possible and | would be patient as | reengineer to put myself in a position to do so. | have a very long-term mindset. |
know we have a new hedge fund shareholder who just bought 1m+ shares, so it will be interesting to know who has sold.
(oris selling).

MS
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From: Dan Wichman

Sent: Monday, September 22, 2014 8:28 PM
To: Martin Shkreli

Subject: Hey

Unrelated to my previous email (but still wondering on that) - curious any thoughts on the below? Seems it could make
closed distribution trickier, but | have no idea where it is going...and | have always thought true long-term barriers to
entry for you guys on Chenodal/Thiola will be new formulations:
http://blogs.wsj.com/pharmalot/2014/09/19/legislation-would-prevent-drug-makers-from-thwarting-generic-rivals/

Dan Wichman
Partner

DISCLAIMER: This message is intended only for use by the person to whom it is’addressed. It may contain information
that is privileged and confidential. Its content does not constitute a solicitationto/invest nor a formal commitment by
If you are not the intended recipient of this message; kindly notify the sender immediately and
destroy this message. Any form of reproduction, dissemination, copying, disclosure, modification, distribution and/or
publication of this e-mail message is strictly prohibited. || N co<s not suarantee the origin of this
message, the integrity of its contents, nor does it accept any responsibility in actions that would result from the
interpretation of this message. All email messages are archived. ’
DISCLAIMER: This message is intended only for use by the pérson to whom it is addressed. It may contain information
that is privileged and confidential. Its content does not constitute a solicitation to invest nor a formal commitment by
. If you are not the intended recipient of this message, kindly notify the sender immediately and
destroy this message. Any form of reproductiony/dissemination, copying, disclosure, modification, distribution and/or
publication of this e-mail message is strictly prohibited. ||| || | | I coes not suarantee the origin of this
message, the integrity of its contents, nor,does it accept any responsibility in actions that would result from the
interpretation of this message. All emailmessages are archived.
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From: Martin Shkreli <Martin@retrophin.com>

Sent: Monday, June 02, 2014 2:02 AM
To: Jim Self
Subject: RE: Receipt of Agreement

I'm not much of a golfer unfortunately. So if you want to struggle through playing with us maybe that'd be okay, but it
would be painful!
In the meantime we should grab dinner to celebrate the closing. When is good for you?

From: Jim Self {mailto:jim.self@missionpharmacal.com]
Sent: Friday, May 30, 2014 8:18 AM

To: Martin Shkreli

Subject: Re: Receipt of Agreement

Martin — trust me, no worries on this end. Just covering the bases if anyone had an,issue.” We are all good.

| think | need to come to New York. Or if you are a golfer, you can come here and we can play 18 and spend some
time on our priorities and other opportunities for us to work together At Mission'we have a BD team of 1, so | happy
to work with others.

Let me know what times may work for me to visit with you guys, or if you-are interested in golf, we can get that on
the books as well.

This was seriously the fastest I've ever seen these types of deals-get done. Nice job of removing the minutia and
keeping the rails greased. Thank you!

Respectfully,

Jim Self

Vice President, Corporate Business Development
Mission Pharmacal

111 East Court Street, Doylestown, PA(18901-3743

From: Martin Shkreli <Martin@retrophin.com>
Date: Friday, May 30, 2014 at 7:53 AM

To: Jim Self <jim,self@missionpharmacal.com>
Subject: RE: Receipt of Agreement

Thanks for your patience and understanding on this. Monday is the Jefferies conference — so we ordinarily would never
front-run something like this, but we simply couldn’t put this news out on Monday according to our biggest shareholder
(their wish is my command). With the $80,000,000 Barclays financing, | trust you know we are good for it! We will be
sending the funds today.

In other news, what are Mission’s priorities? My 17-person BD team is at your disposal to help you seek out the assets
you need to grow your company on attractive terms. Anything at all | can do to help, | will break my butt to do so. | know

almost every drug CEO on the planet.

Martin
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From: Jim Self [mailto:jim.self@missionpharmacal.com]
Sent: Thursday, May 29, 2014 2:49 PM

To: Martin Shkreli

Subject: Re: Receipt of Agreement

'Ideally | know our CFO would like them today if possible. if tomorrow is the soonest they can be sent, | can provide
cover.

On the press release, | just sent Courtney and Ron the edited release which includes the fair balance info required
by the FDA. Also, | just need to coordinate the internal communication to others in Mission, but more importantly
the salesforce that may receive questions from their doctors.

Respectfully,

Jim Self

Vice President, Corporate Business Development .
Mission Pharmacal

111 East Court Street, Doylestown, PA 18901-3743

From: Martin Shkreli <Martin@retrophin.com>
Date: Thursday, May 29, 2014 at 2:16 PM

Subject: RE: Receipt of Agreement

Thanks Jim — the sooner the better on the press release. We have raised $80,000,000 and this whole thing is pretty
crazy. Can we send you the funds tomorrow? We want to-put out press releases tonight. The release clearly says
‘financial terms are not disclosed’. The reason for|doing it tonight is the Jefferies conference is Monday and we want to
make sure people see the news.

From: Jim Self [mailto:jim.self @missionpharmacal.com]
Sent: ThUrsday, May 29, 2014 1:48 PM

To: Martin Shkreli

Subject: Re: Receipt of Agreement

Wow...you and | need to meet.

We have some edits to the Press Release, just to be consistent with required FDA [SI information. I'll send that
along shortly.

| do look forward to meeting...

Respecitfully,

Jim Self.

Vice President, Corporate Business Development

Mission Pharmacal
111 East Court Street, Doylestown, PA 18901-3743

Corporate Office: 10999 Interstate Highway 10 West, Suite 1000, San Antonio, TX 78230 .
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Subject: RE: Receipt of Agreement

Great! Consistent with that, we were able to raise 585,000,000 through Barclays to fund this acquisition and some
future activities. We are thrilled. 1 will send you that final press release as well as the Thiola one.

From: Jim Self [mailto:jiim.self @missionpharmacal.com]

Sent: Thursday, May 29, 2014 1:34 PM
To: Martin Shkreli
Subject: Re: Receipt of Agreement

Yes all is well. | am awaiting signature from Texas...Will send final copies and wire instructions in just a bit...
Respectfully,

Jim Self

Vice President, Corporate Business Development
Mission Pharmacal

111 East Court Street, Doylestown, PA 18901-3743

From: Martin Shkreli <Martin@retrophin.com>
Date: Thursday, May 29, 2014 at 1:32 PM
To: Jim Self <jim.self @missionpharmacal.com>
Subject: Receipt of Agreement

Hi Jim,
| just wanted to make sure you received oursigned agreement.

Best,
Martin
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This presentation contains forward-tooking statements, including statements about our
prospects, competitive position, regutatory filings and agency actions, and the anticipated
development, timing, data readouts and therapeutic scope of programs in our clinicat pipeline,
These forward-ooking statements may be accompanied by such words as “anticipate,”
“believe,” “estimate,” “expect,” “forecast,” “intend,” “may,” “plan,” “project,” “target,”
“will” and other words and terms of similar meaning. You should not place undue reliance on
these statements.

These statements involve risks and uncertainties that could cause actual results to differ
materiatly from those reflected in such statements, including the safety and efficacy of our
product candidates, product competition, the occurrence of adverse safety events with our
products, adverse market and economic conditions, our dependence on collaborations and other
third parties over which we may not atways have full controt, faiture to comply with government
regutation, our ability to protect our intellectual property rights, and have sufficient rights to
market our products and services together with the cost of doing so, problems with our
manufacturing processes and our reliance on third parties, our ability to attract and retain
quatified personnet, our level of indebtedness, environmental risks, change of control provistons
in our collaborations and the other risks and uncertainties that are described in the Risk Factors
section of our most recent annual or quarterly report and in other reports we _have-filed with
the SEC. '

These statements are based on our current beliefs and expectations and,speak only as of the
date of this presentation. We does not undertake any obligation to publicly,update any forward-
fooking statements.

[y
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1. We intend to file an apprication with the FOA for marketing approval #n 2014
2. We are partially funding a clinicat trial studying the effects of oxytocts In the

treatment of schizophrenta, which is being.conducted by the University of Californta,
San Diego

3
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+ Retrophin has signed a term sheet to license Thiola from Mission Pharmacal
based in San Antonio, TX :

— $3mm upfront payment

- Ongoing 20% royalty on sales

~ Represents 2x multiple on current sales

— Highly accretive transaction for Retrophin

- Retraphin has identified several potential strategies to grow both volumes
and pricing

~ Retrophin believes Thiola is significantly underpriced relative to the benefit
-it offers ’

- Current focus appears low and the product is not actively promoted
- Retrophin plans to move Thiola to speciatty distribution
~ Opportunity to expand approved territories

- Strong fit with Retrophin’s focus on rare and catastrophic diseases

4
CONFIDENTIAL/PROPRIETARY ‘ SSCA_THIOL_003117



« Thiola is an FDA approved small motecule for
the prevention of cystine formation
~ Approved in 1988
- Granted Orphan Drug Designation
- No known generics on file at this time

» Thiola is one of twa products approved to
prevent stone formation in cystinurics
- Thiola PPPY ~54,000-8,000 .
- Competitor product PPPY -$80,000-140,000

« Thiola is the preferred therapy due to its
reduced risk of adverse events

Gross Sales ($mm)

2009 2010 2011 2012 2013

139 1.66 1.86 194 1.83

Source: Mission Pharmacat

CONFIDENTIAL/PROPRIETARY
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» Cystinuria is a rare genetic disease

« Autosomal recessive inheritance

« Mutations in SLC3A1 and SLC7A9

ptine
Jimar

» Trans-epithelial transporters of cystine,
ornithine, lysine, and arginine :

» Cystine is a dimer composed of two
cysteine residues bound by a disulfide
bond

o] Tuineler
Lucren

« Cystine is not readily solubte

+ Cystine accurutation leads to the
formation of cystine stones

» Kidney stones are typically removed v'a
lithotripsy or nephrolithotomy

» Chronic kidney stones can cause long
term renal damage ' s

_ . _ 6
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+ The incidence of cystinuria s 1 : 7,000 worldwide

» There are believed to be 10,000 cystine stone formers in the US

- Some of these patients can have their cystinuria controlled with diet,
increased fluid intake, and atkalization therapy

- Some cystinurics are still unable to manage their disease using these
methods

= Thiola helps these patients control the formation of stones
« If left untreated cystinurics can have up to 5 stone events per year

- » Cost of a single stone removal
- Lithotripsy: $10,000-$20,000
- Nephrolithotomy: $20,000-$60,000

7
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« Similar to Chenodal, Retrophin will ptace Thiola into closed distribution

- Closed distribution system prevents generics from accessing the produét for
bicequivalence studies

« Retrophin will also increase the number of available dosage forms
- 100mg capsule is currently the only available dose
- Retrophin will develop 250mg and 500mg doses

+ Retrophin also plans to develop a long-acting version of Thiola for once daity
dosing

8
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+ 10 contract sales reps

Coverage

+ Retrophin nephrology/urology sates force

Rep Profile

Rejtrophi

will be staffed by trained Alamo sales

reps

= 3-4 months for full deployment

= Alamo employees

Timing

PRAFMA BHAVICES
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From: [ Redacted E

Sent: Saturday, May 03, 2014 1:04 PM
To: Martin@retrophin.com
Subject: Re: News

Funny how suddenly in the same week MRK, SNY, ABT are all rumored to sell legacy product portfolios. Fascinating
times. All this m+a, asset swapping, divestitures and such should provide years of opportunities for you guys and many
others.

I hear you on the pharma mentality - it's ironic how it took two companies - jazz and hznp - the brink of insolvency to
decide they should aggressively play the price card. Very different dynamics but basically each company would likely
have gone under without those moves, but it took extreme weakness to force that hand. And qcor is obviously a poster-
child - for the heat and bad PR they took, didn't work out so badly in the end, did it? Not every deal and every product
will work out like these, but for smart managements, that are resourceful and opportunistic/ these are exciting times.

| Redacted |

Partner

Redacted

From: Martin Shkreli [mailto:Martin@retrophin:com]
Sent: Saturday, May 03, 2014 08:47 AM

To:!  Redacted !

Subject: RE: News

So many legacy assets that people have just forgotten about. This is one of them. it is really a great drug that people
need. Docs want more support, awareness, education. It's like Wilson’s disease — there hasn’t been a Wilson’s
presentation or symposium in-decades thanks to Valeant/Aton/Merck. Docs hate that. Most of them don’t know pricing,
they just know support—how’many reps they see, copays, etc.

The drug companies are afraid. Small ones, big ones, etc. Big price increases are horrifying because most executives
overestimate changes in demand. It comes mostly from pharma’s history as quasi-consumer products. The next
generation of pharma guys (or the smart ones) understand the inelasticity of certain products. The insurers really don’t
care. They just pass it through and focus on managing care for physician payments and blockbusters. They assume
someone will genericize it if it is making too much money, and they’re right.

So | don’t really think of it the same way as others. | think this deal, if we pull it off, is worth $100m-$200m to our
company. We'll see!

From: | Redacted . i
Sent: Saturday, May 03, 2014 8:41 AM

To: Martin Shkreli

Subject: Re: News
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Interestmg sounds like a no-lose, to put it mildly. Don't have to run a-model on that one this weekend to give you my
oplmon

Funny that these small companies still haven't realized you can raise price aggressively and nobody gets too upset?
Obviously depends on the product - but | figure this dynamic may not last forever, you need to maximize opportunities
while you can. In the real boring spec pharma space | kind of look at hznp vs depo - own and like both companies, have
nothing but good things to say about depo - but depo is very cautious and conservative, while hznp says, this price
dynamic may not last forever at least on these reformulated pain products, so let's maximize our cash flows now and
diversify over time. it's not like people are giving companies gold stars for charging slightly lower prices ("thanks guys for
charging 500 an rx not 800") - in that land the generics aren't your competition and don't even try. Sorry that was a
quick digression.

Anyway, it's different in orphan land, and probably more sustainable, but seems like at this point these little guys would
get the idea that they could push things a bit. How can they ever make money with that model? Bottom line is | won't
get too excited but it sounds very intriguing.

Partner

Redacted

From: Martin Shkreli

Sent: Saturday, May 03, 2014 08: 23 AM
To:| Redacted |

Subject: RE: News

The deal we're working on very simple and Manchester like. :

We'd pay $1m to acquire a drug called-Thiola, which is the only treatment for a rare disease called cystinuria (contrast
with RPTP cystinosis ~ totally different):

The drug does $1.2m in sales. It is woefully underpriced and would not stop selling at orphan prices. With new pricing
we estimate sales of $20 to $40 million. Almost 95% EBITDA margins at those prices. Would be an annuity for some
time.

A $100m present for you this morning.

All kidding aside, it is still a medium stage negotiation and may not come to fruition. We have a good relationship with
the seller and they have a contract sales force which we would use to sell the product, which would add $5m in
expenses annually (for them that’s another $1m or $2m margin) and a royalty. So it’s something of a win-win but a
capital W for us and a lowercase for them. It might finish in time to announce Novartis and this one.

From: | Redacted 1
Sent: Saturday, May 03, 2014 8:19 AM

To: Martin Shkreli

Subject: Re: News

I'd say, I'll be happy with the one | know about, but I'm always open to more as long as you guys have the personnel and
time and expertise to handle it all. _
Glad Steve is on board - seems he knows you well at this point, and you haven't scared him away...

CONFIDENTIAL/PROPRIETARY V SSCA_THIOL_037833



After the Wilson's frustration (which hopefully didn't scar him for life) seems you guys have come a long way.

[ Redacted |

Partner

Redacted

From: Martin Shkreli [mailto:Martin@retrophin.
Sent: Saturday, May 03, 2014 08:14 AM

To:! Redacted
Subject: RE: News

Yes, Steve is the best. We really trust and respect each other a huge amount — which is crucial to co-leading a company.

What if | told you we might announce two deals at once?

Hehehehe ©
From:| Redacted I
Sent: Saturday, May 03, 2014 8:13 AM

" To: Martin Shkreli

Subject: Re: News

Yes fair enough - once this deal closes I'll go back to being less of a pain in the a$$. Sounds good on Steve (a yin and yang
perhaps?) and hope the other stuff works out.

Assuming this looks like a done deal this week (knock on wood), I'd love to discuss a little of how you'll convey it to the
Street - I'm sure you've spent many hdurs thinking about that. Will be a fun opportunity. Hopefully your other investors
agree the bigger deal is the better.deal -but if not they're wrong!

Then I'll go back to leaving you\alone and not harassing you semi-hourly - let you do the hard work in creating value.

Redacted

Partner

‘Redacted

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Saturday, May 03, 2014 07:57 AM
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To:| Redacted |
Subject: RE: News

| have to be careful with giving you minute by minute updates'on the company ©

Steve Aselage is joining as President and Chief Operations Officer — you’ve met him — he’s on our Board and as former
Chief Business Officer (similar role) at BioMarin I think he will help us not just in commercializing our drugs but also all
aspects of the company — he is very savvy politically (has a very different approach from me), well-liked and will just

make our company run a lot better across the board.

On Alvin, stay tuned."

From: | Redacted
Sent: Friday, May 02, 2014 5:41 PM
To: Martin Shkreli

Subject: Re: News

Talked to Barclays - sounds like it's still on track. Fmgers crossed for no new roadblocks I'm.excited.
Any word on the r+d guy yet?

{ Redacted ]
Partner

Redacted

From: Martin Shkreli [mailto:Martin@retrophin.com]
Sent: Thursday, May 01, 2014 02:57 PM

To:! Redacted |
Subject: RE: News

Yes. It should be a done deal. Neversay never though.

From:| Redacted ‘ !
Sent: Thursday, May 01, 2014 2:45 PM
To: Martin Shkreli

Subject: RE: News

They've agreed to this? All parties? If so, that is great news, and we’d be very excited. Happy to pick up $10min in pre-
paid royalties to make those clowns happy. The npv is a no-brainer.

Redacted
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212-808-2462 — work
212-808-2464 — fax

From: Martin Shkreli [mailto:Martin@retrophin.
Sent: Thursday, May 01, 2014 2:41 PM
To: [ Redacted |

SubJect News

We are doing the entire deal at $190m. You twisted my arm! .

DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by} Redacted {If you are not the intended recipient of this message, kindly
notlfy the sender lmmediately and destroy this message. Any form of reproduction, dlssermnatlon, cop_ymg

archived.
DISCLAIMER: This message is intended only for use by the person to whom it is-addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by| Redacted HIf you are not the intended recipient of this message, kindly

responsrbihty in actions that would result from the 1nterpretatlon of this message. All emall messages are
archived.

DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content'does not constitute a solicitation to invest nor a
formal commitment by| Redacted {If you are not the intended recipient of this message, kindly
notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,

L.-.BS?_Q?_ESSQ. “does not guarantee the origin of this message, the integrity of its contents, nor does it accept any
responsrbliity in actions that would result from the interpretation of this message. All email messages are
archived. , .

DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and-confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by| Redacted {If you are not the intended recipient of this message, kindly

notify the sender immediately and destroy this message. Any form of reproduction, dissemination, copying,

respons1b111ty in actions that would result from the 1nterpretatlon of th1s message. All ema11 messages are
archived.

DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is privileged and confidential. Its content does not constitute a solicitation to invest nor a
formal commitment by Redacted | If you are not the intended recipient of this message, klndly
notify the sender 1mmed1ate1y and destroy this message. Any form of reproductlon, dissermnatron, copymg,

i Redacted sdoes not guarantee the origin of this message, the 1ntegnty of its contents, nor does it accept any

archived

DISCLAIMER: This message is intended only for use by the person to whom it is addressed. It may contain
information that is pr1v11eged and conﬁdentlal Its content does not constitute a solicitation to invest nor a
formal commitment by Redacted | If you are not the intended recipient of this message, kindly
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archived.
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From: Courtney Bond *
Sent: Thursday, May 22, 2014 11:

To: nikhil. @barclays.com
Subject: RE: Question on competitor

Sure. 646 564 3679

From: nikhil
Sent: Thursday, May 22, 2014 7:09 PM
To: Courtney Bond '

Subject: RE: Question on competitor

Thanks Courtney. Can | give you a quick call to ask couple of clarifying questions?

From: Courtney Bon
Sent: Thursday, May 22,
To: Goel, Nikhil: IBD (NYK);
Cc: Burkly, Thomas: IBD (NYK);
Subject: RE: Question on compeutor

; Edwin Urrutia
rek: IBD (NYK); Curtis, Daniel:"IBD (NYK); Bates, Jessica: IBD (NYK)

1. There are currently 300-400 patients on Thiola right now. There likely aren’t any patients on Thiola for Wilson's.

" There’s no way to accurately estnmate how many patients take'penicillamine for cystinuria since Wilson'’s is the
major indication.

2. See answer #1.

3. Physicians prefer Thiola over Cuprimine because the adverse event profile for Thiola is better. Cuprimineis a
very harsh therapy and patients who are allergicto penicillin are also allergic to penicillamine. Thiola is also
believed to be more efficacious but that is based on anecdotal evidence.

4. Wetalked to a handful of doctors whotreat cystinuria and none have ever been approached by Mission or
Valeant.

Hope this helps.

barclays.com;

jessica.bates@barclays.com
- Subject: Question on competitor

Courtney and Edwin,

One of the investor mentioned that Cuprimine is priced so high because it is indicated for Wilson’s dlsease and price
increase for Thiola can’t be justified based on Cuprimine’s high price. We answered by saying that we are not modeling
any patients increase and because this drug is such a small spend for managed care companies, there won’t be any push
back from the managed care companies as we saw with Chenodal but it would be good to understand some of the
questions below as other investors might raise it too:

1) How many patients take it? If possible to have a breakdown between cystinuria and Wilsons disease.

2) Split between the sales for “Wilson’s disease” and “cystinuria”
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3) Let’s assume that the price is same for both Cuprimine and Thiola, would doctors prescribe Cuprimine over
Thiola or Thiola over Cuprimine? Main intent of this question is if we increase the price of Thiola, do we run a
risk of losing 400 patients we have currently on Thiola?

4) Does Valeant actively promote Cuprimine for cystinuria or Wilsons disease?

Thanks,
Nikhil

Nikhil Goel
BARCLAYS

Investment Banking Division | Global Healthcare

New York, NY 10018

This message is for information purposes only, it is not a recommendation, advice, offer or solicitation to buy or
sell a product or service nor an official confirmation of any transaction. It is'directed at persons who are
professionals and is not intended for retail customer use. Intended for recipient only. This message is subject to

the terms at: www.barclays.com/emaildisclaimer.

For important disclosures, please see: www.barclays.com/salesandtradingdisclaimer regarding market
commentary from Barclays Sales and/or Trading, who are active 'market participants; and in respect of Barclays
Research, including disclosures relating to specific issuers, please see http://publicresearch.barclays.com.

This message is for information purposes,only, it is not a recommendation, advice, offer or solicitation to buy or
sell a product or service nor an official confirmation of any transaction. It is directed at persons who are
professionals and is not intended for retail customer use. Intended for recipient only. This message is subject to
the terms at: www.barclays.con/emaildisclaimer.

For important disclosures, please see: www.barclays.com/salesandtradingdisclaimer regarding market
commentary from BarclaysSales and/or Trading, who are active market participants; and in respect of Barclays
Research, including disclosures relating to specific issuers, please see http://publicresearch. barclays.com.
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April 2, 2015
OUTPERFORM

Joseph P Schwaﬁz

Reason for report:
INITIATION

RETROPH!N INC.

Initiating at OF; Commercial & Clinical Execution Oppty s to Drive
Stock Higher

* Bottom Line: We are initiating coverage of RTRX shares with an
Outperform rating and $48 price target in 12 months. We believe the
company’s investment-minded strategy of acquiring under-appreciated
commercial- or late-stage therapies for rare "orphan” diseases is likely

to generate attractive returns for shareholders now that the company is
being led by a seasoned management team with significant operating
experience. We believe that the next 12-18 months are poised to present
multiple opportunities for RTRX to create shareholder value from both
marketed products and the development pipeline. -

<« MEDACorp speclallst feedback has been positive on the attnbuies
of the company’s approved products (Thiola for cystinurea, Chenodal
for cerebrotendinuous xanthomatosis {[CTX] and Cholbam for rare

bile acid synthesis disorders); we expect the company to execute on
established tactics to find patients who can benefit from therapy and help
them obtain reimbursement at premium pricing. RTRX management is

committed to doing so, while employing a capital-efficient business model

that we believe can generate cash flow in a sustainable manner.

* We also believe pipeline news flow can provide significant upside
for the stock going forward. We are encouraged by the development
rationale for the company’s pipeline programs (sparsentan forfocal
segmental glomerulosclerosis [FSGS], RE-024 for pantothenate
kinase-associated neurodegeneration [PKAN], and RE-034 [synthetic
adrenocorticotropic hormone/ACTH] for indication{s]4o be determined
that are already approved for use of porcine-derived Acthar Gel).

* We believe the RTRX pipeline receives little, if any, credit at the
current market valuation. We estimate ~$950MM and $250MM gross
market opportunities for sparsentan and\RE-024 with 65% and 50%
probabilities of launch in 2018 and 2019, respectively. RE-034 is not yet
reflected in our model or valuation, pendmg further visibility into the lead
indication and development pathway, however, based on the established
preoedent of Acthar Gel, we are\intrigued by the potential to develop the
company's synthetic ACTHin an overlapping area such as nephrotic
syndrome or neurological-disease. In addition, RTRX may continue to

add complementary assets that leverage its development and commercial

capabilities further. Lastly, we believe that RTRX may be able to monetize
the pediatric review voucher (PRV) received with the recent Cholbam :
approval to improve its balance sheet further.

T
$284 -
$92.1 | ($0.51)
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$26.9

(52.46)
(30.39)
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LEERINK

Key Stats: (NASDAQ:RTRX)
S&P 600 Health Care index: - 1.637.91
Price: $23.61
Price Target: $48.00
Methodology: DCF analysis
52 Week High: $24.71
52 Week Low: $7.85
Shares Outstanding (mil): 344
Market.Capitalization (mil): $812.2
Book Value/Share: $5.08
Cash Per Share: $4.40
Net Debt to Total Capital: 32%
Dividend (ann): $0.00
Dividend Yield: 0.0%
1 Year Price History/Ave. Dally Vol. {mll) for RTRX
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. TROPHIN, INC. a— ]

LEERINK

RETROPHIN (NASDAQ: RTRX): Inltlatmg at OP ‘Commercial and Clinical
Execution Opportunltles to Drive Stock Higher

JOSEPH P. SCHWARTZ | Paul Matteis
~ MANAGING DIRECTOR | ASSOCIATE -
BIOTECHNOLOGY ANALYST » | BIOTECHNOLOGY
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. . LEERINK
INVESTMENT THESIS '

We rate RTRX shares Outperform. We believe the company’s investment-minded strategy
of acquiring under-appreciated commercial- or late-stage therapies for rare “orphan”
diseases is likely to generate attractive returns for shareholders now that the company is
being led by a seasoned management team with significant.operating experience.
MEDACorp specialist feedback has been positive on the attributes of the company's |
approved products (Thiola for cystinurea, Chenodal for'cerebrotendinuous xanthomatosis
[CTX] and Cholbam for rare bile acid synthesis disorders); we expect the company to
execute on established tactics to find patients that.can benefit from therapy and help them
obtain reimbursement at premium pricing. RTRX management is committed to doing so
while employing a capital-efficient business tmodel that we believe can generate cash flow
in a sustainable manner. We also believe {pipeline news flow can provide significant |
upside for the stock going forward. We are encouraged by the development rationale for

‘the company’s pipeline programs (sparsentan for focal segmental glomerulosclerosis
[FSGS], RE-024 for pantothenate kinase-associated neurodegeneration ([KAN], and RE-
034 [synthetic adrenocorticotropic hormone/ACTH] for indication[s] to be determined that
are already approved for use/of porcine-derived Acthar Gel). We estimate ~$950MM and
$250MM gross market opportunities for sparsentan and RE-024 with 65% and 50%

~probabilities of launch in 2018 and 2019, respectively. RE-034 is not yet reflected in our
model or valuation, pending further visibility into the lead indication and development
pathway. In addition, RTRX may continue to add complementary assets that leverage its
development and commercial capabilities further.

- CONFIDENTIAL/PROPRIETARY _ , , o ‘ ' SSCA_THIOL_041108
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.
We Continue to Believe That Premium Pricing for Ultra-Orphan (and Most ~ LEERINK
Orphan) Drugs Is Sustainable for the Foreseeable Future

- Retrophin’s practice of acquiring under-appreciated therapies and raising the price many-
fold has raised eyebrows; however, doing so puts the company at the price level of its
industry peers which allows it to continue to invest in resources for existing patients and
identification of new patients who would otherwise fall through:the cracks in the healthcare
system, which is generally not designed to cater to patients:with rare diseases.

Our latest MEDACorp survey of 30 payors with over 90MM lives in the US on orphan drug
spending (LINK) placed just ~17%, ~28%, and ~35%.probabilities that their coverage
policies for orphan drugs will change by 2016, 2018 and 2020. We believe this contrasts
with cautious investor expectations that the orphan drug business model is unsustainable
and could come under increased payor regulation in the near term.
For those able to estimate, orphan drugs remain a small part of payors' budgets comprising
an estimated ~6% of pharmacy spend,and ~5% of medical spend on average. Centers for
Medicare and Medicaid Services estimates that prescription drugs are ~10% of U.S. |
~healthcare spending, implying that:erphan drugs are ~0.5% of the healthcare budget. Thus,
we continue to believe that a d|st|nct|on should be drawn between the stlcker shock and
budget impact of orphan drugs:
When deciding whether of-not to reimburse for an orphan drug, of higher importance to
payors than cost is whether or not a therapeutic alternative exists, which along with other
commentary suggests to us that payors can only impose significant coverage/access
restrictions when they can direct patients onto another agent. This bodes well for RTRX in
our view, which markets products that are priced at a premium but are the only drugs
approved for their respective condltlons
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. ROPHIN, INC. Apin o, 015 n
- . | S LEERINK
VALUATION: DCF Analysis Implies ~100% Upside from Current Levels

- We believe the current stock price can be justified by the growth opportunltles for the base
business, inclusive of Thiola, Chenodal, and Cholbam.

Notably, we believe the RTRX pipeline receives little, if any, credit at the current market
valuation.

- We estimate ~$950MM and $250MM gross market opportunities for sparsentan and RE-024 with
65% and 50% probabilities of launch in 2018 and 2019, respectively.

- RE-034 is not yet reflected in our model or valuation, pendlng further V|3|b|I|ty into the lead
indication and development pathway.

- Our DCF analysis indicates a ~$48 price targetin 12 months.

Cash Flow From Opaations (SMM) (45. 89) (34.72) (157) 1123 2181 47.26 81.30 .76 . 39.12

Cash Flow From Investing (SMM) (37.78) (6.00) (6.30) (6.62) (6:95) (7.29) (7.66) (8.04) (8.44) (8.86) {9.31) (9.77) {10.26) (10 78) (11.31)

Net Borrowing (Repayment) (SMM) _ : ’

Free Cash Flow (SMM) - (83.67) (40.72) (7.87) 4561 . 14.86 39.96 73.65 117.72 150.55 175.40 21357 229.35 161.02 123.04 90.68 924,97

Discount Periods : - - 0.75 1.75 - 275 3.75 4,75 5.75 6.75 1.75 8.75 9.75 10.75 1175 12.75

NPV FCF (SMM) (83.7) (40.7) (79) 4.6 14.9 - 40.0 73.6 117.7 150.6 175.4 213.6 229A 161.0 1230 90.7 218.07
~ |Sum NPV FCF (SMM) 1,480

Net Cash 1Q15 _ 67

- |Pediatric PRV . 96

Implied RTRX Mkt Cap ($MM) 1,645

RTRX Per Share Value 47.77

Cost of Equity - 12%

Terminal Growth Rate 2%

Diluted Shares Outstanding 344

Source: Leerink Partners Research
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- | LEERINK
RISKS TO VALUATION |

Risks to Valuation include potential commercial, clinical and regulatory disappointments
across the company’s existing products, including Thiola, Cholbam and Chenodal and
development pipeline, including Sparsentan and RE-024, all of which contribute in material
ways to our valuation. In particular, commercial execution on Thiola and intangible value of
Pediatric PRV are key to driving near-term revenues for the'company that may help justify
the existing liabilities on the balance sheet. Additional risks may exist to commercialization

of Cholbam and Chenodal if the company is unable to\identify patients in these ultra-orphan
diseases. ~ ,
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5 | LEERINK
RTRX Company Overview | |

FuIIy integrated biopharmaceutical company focused on disease areas in Wthh the
industry has, to date, had limited interest or effectiveness

- One core area is development of orphan drugs for the treatment of rare catastrophic diseases

Backed by a seasoned management and scientific team that is uniquely posntloned to
- |dent|fy under-utilized assets |
- conduct in-house drug discovery to find the fastestpath to approval for its drug in development

» Next 12—18 months present multiple opportunities for RTRX to generate shareholder value
- two commercial products, in partlcular Thiola that is currently in acceleration mode following its re-

launch in 3Q14

- robust R&D pipeline driven by ph. Il asset sparsentan in an underserved Focal Segmental
Glomerulosclerosis (FSGS) disease, with the likely potential to file for accelerated approval by
2Q16 '

- Additional pipeline value may be created as RE-024 and RE-034 enter the clinic

- Business development capabilities, incl’u_ding a team of 12 employees, are emphasized as
a significant driver of shareholder value in terms of near-term revenue accretion and

supplement portfolio with |ate-stage clinical or commercial rare disease assets

Source: Leerink Partners Research, Company Reports
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Three Pillars of Sustained Growth, in Mgmt’s View

m
LEERINK

”g”mg B = for kidney stones
@opronin) tabiets in Cytinuria

» Beating on 2014 goal for ~450 pts to
resume treatment following supply

" shortage from original manufacturer
post-acquisition in 2Q14

* Rate of new pts accompanied with
increasing compliance & adherence

» Price increase of ~20X to $85K PPY

» Low-single-digit growth in CTX pts
with upside contingent upon ongoing
efforts in patient identification

= Pursuit of an official label for CTX by
YE15 through an ongoing
collaborative dialogue with FDA

« Minimal pushback from payers on an
orphan drug pricing in the range of
$500K PPY ,

CHOLBAM i pescars

» On the heels of FDA approval in
Mar'15, more clarity remains to come
on both epidemeology (monogenic
and peroxisomal) and pricing

» Pediatric Review Voucher granted
with approval adds an unexpected
~$100MM to NPV

CHENODAL S et

Sparsentan In FSGS

» Last patient enrolled in
registration-enabling Ph. 2 by
YE15

+ 8-week Proteinuria primary'
endpoint may lead to NDA filing
by mid-2016

» Worth ~$25 imour PT; may
present further upside of ~§15

RE-024in PKAN

+ US\IND to be completed in
H15

* [nitiation of Ph. 1 study by YE15

» Worth ~$9 in our PT; may
present further upside of ~$10

PE-034 in ACTH
» Possible US IND in 2015
* Not included in our valuation

commercial stage

Near Term Accretive

Rare-disease focus

Minimal infrastructural
needs

Late-stage clinical or

CONFIDENTIAL/PROPRIETARY
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{Hiopronin
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Current Revenue Streams Are Largely Driven by Thiola’s Re-Launch in LEERINK
the Cystinuria Market | o |

- Originally acquired from Mission Pharmacal Company (private) in 2Q14, Thiola (triopin) is
the only FDA—app'roved small molecule for the prevention of cystine stone formation

- Thiola is administered prophylactically and works by |
binding with cystine to form a more soluble molecule

that can be easily excreted in the urine

- If left untreated, cystinuria patients can have multiplé stone
events/year, which do not respond to lithotripsy.and-require

surgical intervention leading to increased morbidity, pain,
and costs to the healthcare system :

T A Lt AR
Gadivie Rdreforaniien®:

+ In clinical studies, Thiola has been shown to significantly reduce the number of stone events

“ tlon - 94 .1 81.4%

(reduced rate of new formation)
Stone remission o 71.4% 62.8%
(cessation of stone formation) ,

+ MEDACorp specialists consider Thiola to be the only non-invasive pharmacological option they
currently have to effectively manage their patients with cystinuria, with d-pencillamine often not
preferred due to its severe side effect profile (liver tox., cytopenias, induced SLE, etc.)

1"
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Kidney Stones Due to Hereditary Cystinuria Represent a Significant LEERINK
Symptomatic Unmet Need , |

- Typically, kidney stones are removed via lithotripsy/nephrolithomy, which is a ~1 hour

- procedure of passing high-energy shock (sound) waves through the body until they hit
kidney stones and break them into tiny pieces ,

- Costs $2.1B to the healthcare system ($10-20K/procedure) e T e —.

»atfsmv ¢

Homieinier

- Hdwever, cystine stones are resistant to this vessa
lithotripsy procedure given the strong affinity
of cystine dimerization bond

- Dimer is composed of 2 cysteine resrdues
bound by a disulfide bond

- Cystine is not readily soluble and Brostonal budae
accumulation leads to formation of cystine stones Maeen

- Mutations in SLC3A1 and SLC7A89,.are identified to impact transporters of cystrne ornithine, Iysme
and arginine in the kidney

- If left untreated, cystinuria pts can have up to 5 stone events/year, and in the long term,
can cause major renal damage, potentially culminating in loss of kidney function

- Most nota'bly, kidney stones are characterized as extrernely painful, and hence result in
significant loss of productivity and diminished quality of life

Source Leerink PartnersResearch Company Reports S
CONF| IDENTIAL/PROPRIETARY o SSCA_THIOL_041117
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Sensible Commercial and Development Tactics In Place To Maximize LEERINK
Sales Potential and Drug Excluswity

- Original manufacturer was primarily responsible for the failed commercialization, including:
- lack of product supply for 2-3 mos. preceding RTRX’s acquisition of the product in May 2015
- no active sales force; relied on contracts or physicians/patients. approaching the company
- Under-appreciation of the ability to develop a signiﬁcant potential market opportunity

- Under RTRX product supply has now been fully restored with a number of commerc1a|
tactics in place to maximize Thiola's market opportunity

- results-driven execution from a dedicated field.force and physician/patient support services have
‘driven the n_umber of pts on Thiola from ~250-in"3Q14 to a total of ~650 in Feb. 2015

- recent market research studies suggestithe a0

Potential

target patient population may be 4-5Krin the U.S., g o>

30-40% higher than RTRX's original-estimates of ~3-4K i jz
- ~30X price increase post-acquisitioh with Thiola now 2 o

priced at ~$85K gross per patient per year § o

- While Thiola doesn’t have any patent protection or exclusivity, mgmt remains committed to
its closed distribution network to fend off generic threat as no product may be available to
conduct bioequivalent studies |

- additional LCM plans include developing a long-acting version of Thiola

13
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~$150MM Market Oppty Assumes Uptake to Peak at ~2.2K Pts (55% L"EERINK“A
Market Share) on Thiola in 2021; Remaining 45% Is Upside

Toal Cystinura pts in the US | 200 2000 20000| 20000| 20000 2000 20000 20000 26,000 200001 200001 20000| 20000] 200020000 | 20000 26,000 20000| 200001 20000 20000( 20,000
huwith uncontrolled cystine stones We 200 W 20W. W% 0% A% 2% oW 2o a0 aWloekl W a2 o 20% 0% 0% 20%
Markethetration» T | N ISV R 7 B B N Y Lo B RIS Y/ I I B |
Total Cystinuria pts on Thiola 80 50| 0| 640 n - 800' 880 -880_ 14604 1,400’. 16001 1800 2000( 2200 16500 13 o) W) W L] 3
Annu.aICOSt'oﬂherapyﬁ) - 150 50 85000 20250 21250 21250 21,250[°85000] 85000] 85000 85000 85000 85000] 85000 :85,000 §5,000 .85,000 85,000 §5,000] 850001 85,000
1S Thiola Gross Revenues (SMM) 60 11 170] 136 153. 170 87 64.§ 86| 190 1360 1530{ 00| 1870] M03| 2| S04 uA[ 125{ 63| U
US Thioka Net Revenues [SMM) — 48 88 16| 8| Bs| o] st7| mo| w2 e8| ;4| neo| w8 uw ns| 01  10.0 S0 28]
§85,000
E‘Lohmmrmmmwu
ree: Company Reports, Leennk Poriners Research
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Highly Accretive Addition of Chenodal in CTX Indication, Including a 5X LEERINK"
Price Increase Post-Acquisition |

- Chenodal (chenodeoxychohc acrd/CDCA) is a synthetic bile acid exclusively used off-label
as standard of care for Cerebrotendinuous Xanthomatosis (CTX) -

- Originally approved in 2009 for treatment of gallstones, although there are no sales in that
indication

- Chenodal was never subjected to a clinical trial for CTX given its off-label dlscovery of
efficacy and that a clinical trial would be unethical

- The FDA requested that the manufacturer make Chenodal available for patients who had no other
treatment options

- Based on interactions with the FDA to date/RTRX believes that generatlon of new clinical data may
not be required for label expansion to include CTX

- RTRX recently increased the WAG'to $515,000 after recognizing the true cllmcal potential
of Chenodal in CTX

- Original developer Manchester Pharmaceut|cals had priced the drug at ~$110,000 PPY based on
the gall stones opportunity .

- Official FDA approval in CTX is possible in 1H15, which should further facilitate payer
- engagement and patient identification efforts

- Orphan Drug Exclusivity to potentially add 7 years to loss of exclusivity

soumeLee”nkPa’tne’s Reseamh Company Rem’b R R N I N I A A AT AR R :::.:::::::-:::4:::'::3:::-:::: FES RS RS s
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CTX Is Caused by an Inborn Error in Metabolism (Lacks CDCA) and  LEERINK"
Requires Functional Curative Therapy from Chenodal (CDCA) |

- CTXis an autosomal recessive metabolism disorder caused from mutation in CYP27A,
which is an enzyme that converts cholesterol to CDCA

- CDCA binds to FXR and downregulates CYP7A1, which generates bile acids from cholesterol

- Downregulated CDCA in CTX pts result in accumulation of toxic substrates such as cholestanol (healthy subjects
have little-to-no serum cholestanol) :

CTX pts make no
J CDCA, which s

CTX patients ' ’ P _-~"1also a FXR agonlst
have no i : .

CYPZ7AT _
Py \I« zwilk ».> . ‘
/“% -~ T
Sohglicipinciatiand. >"
,;
4 ? |
»\ ot chot_estano!
FXR normatly ;Cz-;:;entsv
dovmregulates CYP7A1, but § Chotestanoi {5 toxic _ cannot
without CDCA, CTX patients: ; activat
have runaway CYP7A1 and accumulates in ac e
4o A CTX patients FXR
expression and accumutate e, : , : .
toxic cholestancl R S _ _m,w«w"“/
Cholestanol dro D of ~98% cbserved followm ¢ Chenodal Re . Iacement treatment
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Disease Discovered Originally by Accident, Standard-of-Care Status for LEER_INK“
Chenodal Now Unquestionable; However, Diagnosis Remains a Challenge

« CTX pts begin life with _neonatal cholestatic jaundice and refractory diarrhea, and very -
rarely do these common, non-critical and non-specific symptoms_lead to diagnosis

Hhean age
Bt diagnusis
33,5 yeary!

{£11.8}

- CTX disease progression then occurs with
juvenile cataracts, tendon xanthomas (lipid
deposition), and neurological deterioration'
(including motor dysfunction and intellectual
disabilities)

- Diagnosis generally occurs in"pts in their
mid-30's after significant neurological
damage

- CTX considered by KOLs to be lethal
without Chenodal treatment

Source: Leerink Partners Research, Company Reports :
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Patient Identification Is Key To Achieving Full Potential of the Asset, to LEERINK"
Which RTRX Seems To Be Strategically Investing Resources

- Due to under-diagnosis or misdiagnosis of CTX, epidemeology data are limited

- According to RTRX, there are at least 500-1,000 pts in US, with currently <5-10%
diagnosed/treated

- Classic commercial tactics in form of newborn genetic’screening, establishing patient
registry and increasing physician/patient awareness are being actively pursued

- Identification of CTX patlents is challenging, which’combined with increased mortality rates |eads
us to project conservative net new patient growth for Chenodal in our model

« Major new efforts underway to educate pediatric ophthalmologists to raise awareness in
order to facilitate earlier diagngsis since juvenile cataracts are a sentinal symptom

- RTRX liaising with 35 US ophthalmology centers to screen ~250-500 pts with bilateral cateracts
- Patients will be referred to molecular geneticists in order to rule out other causes/rule-in CTX
- Initial results of screening program may become visible to investors by year-end 2015
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- ~$50MM Peak Revenues Assume Very Conservative Growth Estlmates LEERINK "
~ of Chenodal Given the Uncertalnty in D|agn08|s

» RTRX has been working on converting ~60 pts on commercial drug with revised pricing of $515K per patient per year

- Extensive screening efforts are likely to translate into a considerable increase in total CTX pts diagnosed; however, we
- assume a very conservative increase in our estimates

- Our 80% peak penetration assumes RTRX effectlvely engaging with payers, physmans and patients in order to
maximize access of Chenodal

Total CTX ptsin the S 1,009' 1,000 11)00. 1000 1000 1000 1000 1000 1000( 1000 1,000 {4000} 1000 >1,000 1,600- A000( 1000 1000{ 1000 1000{ 10001 1,000
h Diagnosed 0% 10k 0% 0% 10% 0% 0% % 0% U%H UK % 0% 8% 3% U | U L N - IV
Market Penetration | 0% % 0% 45%_ S0%  55% 65 NGB TN T3 TSKL  TRW  80% | 80% oW 68K 58% 9% % B 30
Total CTX pts on Chenodal . £\ 0 % S % v68 B8 7 8 | AT I <1 VA R | [ET T B
Annual Costof Therapy 128750 128750 515000( 128,750 128750 128750 128,750 515000) -515000] 515000] 515000( 515,000  515,000 515000, 515,000 515,000 S15,000( 515,000 515,000 515,000] 515000
US Gross Revenues (SMM) 39 521 90|59 66 73 83 2#5 90 A 45.§ 91 528] S48| S69| S04| 41| 7| M0y N8| 2l
US Chenodal Net Revenues (SMM) Wooas| 18| st 52 64 6| ue| n9| w7 w1 ma| 9| 4| ws| ws| | By me| my| w

Source: Company Report, Leernk Potners Research

Note: Likely upside revisions pending more visibility into results from ongomg screenlng efforts and potential
development of a diagnostics by YE15
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Asklepion Acquisition in Jan. '15 Generated Significant Shareholder Value ~ LEERINK
With Cholbam’s Approval in March '15 Accompanled by an Unexpected PRV

2SS oot
FRrepbetan?irsey  =e iy

DA, MNawvws Relomse

D approves; CTholbarm to tremst rare bile acict
-synthas:s clisorders

For Irmmrmneciiate NArewrety T, OIS
oo lerxos o

» The efficacy of Cholbam for the treatment of patlents with bile.acid synthes:s disorders due tosmle enzyme
defects was assessed in a single arm trial involving 50 patients treated over an 18 year period. An extension

trial followed 21 of these patients and enrolled an additional 12 patients with interim efficacy data available
for an additional 21 months.

- On average, patients were 4 years of age at the start of cholic acid treatment (range 3 weeks to 36 years). -

- Response to treatment was evaluated by improvements in*baseline liver function tests and weight. Responses were noted in 64
" percent of patients with evaluable data.

- Two-thirds of patients survived greater than 3 years. Literature reports also supported the efficacy of Cholbam in this population.

- The efficacy of Cholbam for the treatment of peroxisomal disorders, including Zellweger spectrum disorders|
was assessed in a single arm, treatment trial involving 29 patients treated over an 18 year period. An

extension trial followed 10 of these patlents and enrolled an addltlonal two patients with interim efficacy data
available for 21 additional months.

- The majority of patients were less than 2 years of age at the start of cholic acid treatment (range 3 weeks to 10 years).

- Response to treatment was evaluated by improvements in baseline liver function tests and weight. Responses were noted in 46
- percent of patients with evaluable data.

. Losted.on FDA's wobsito on March 17 2015 - . i 22
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Bile Acid Synthesis Disorders Categorized As: Monogenic Largely in Adults  LEERINK
(chronic & ultra-rare) and Peroxisomal in Pediatrics (fatal & more prevalent)

~40-350 adult + pediatric pts in US needing
chronic treatment

Monogenic defects in the synthesis pathway results
in production and accumulation of abnormal and
hepatotoxic/cholestatic bile acid precursors

« Build up of defective bile acids lead to highly symptomatic conditions

such as cholestasis, nutrient malabsorption, liver disease, neurologic
disease, and, eventually, liver failure and death

« Majority of cases go undiagnosed and untreated

» Prevalence is very broadly estimated to be 1 in 1-9M, however the
chronic nature of treatment should enable pts to stay on Cholbam
therapy for years

» RTRX may have ~20-30 pts on treatient by YE15 and is expected to

initiate a US reglstry study in arder to genstically screen patients
eligible to receive Cholbam

~7K pediatric pts, typically newborns, needing
relatively short-term treatment

Peroxisomal disorders are characterized-by/lack the
key liver enzymes at birth that are responsible for
breakdown of long chain fatty acids (throtigh beta-oxidation)
leading to numerous problems in multiple organ
systems (brain, lung, kidney etc.) _ _

» Zeilweger spectrum disorder, a kind of peroxisomal disorder also included in Cholbam’

s label, is recognized at birth with floppy babies lacking muscle tone

« The functionality of Cholic acid is disrupted with long lipid side chains thereby making the final product toxic to the liver

« Prevalence is relatively bigger with 1 in 50K; however, longevity is not significantly |mproved as Cholbam primarily i improves hepatic function and not any other
severe abnormalities around neurological and kidney function

. RTRX has identified ~20-30 pts at launch, with the goal to ldentify ~30 new pts every year ' . - 23

Soume Company Reports, Leerink Partners Research, Fischier et al.
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Cholbam Has an Opposite Action to That of Cholesterol in Inhibition of ~ LEERINK
Production of Atypical Toxic Bile Acids, Which In Turn Improves Liver Function

. Cholbam also referred to as cholic acid, is characterized to:

-be a prlmary bile acid on which essential physiological functions depend such as digestion of fats,
cholesterol homeostasis, absorb fat-soluble vitamins and has shown antibacterial activity

- downregulate cholesterol-7-a-hydroxylase, which is the rate limiting'step in bile acid synthesis

o - ‘Cholesterol
Cholic Acid » downregulatlon CYP7A1
. mﬁm
e“)\ .'.,'\\\,er_:;f'-a - . g
| 'f\cxg i oey 7-a-hydroxycholesterol
ob |
AN y/ e Restore
i 1 /2\ ‘ Feedback - ©y G
He T oy | S Inhibition Normal Bile  Atypical Bile Acids
3(1,70,120-Tnhydrg:4yb;‘5°[é-:holénate Cholate . | . ‘ Acids Toxic to Livers

. 20-year, open label, single-arm, lIT (i_nvestigator—initiated trial) at

., . . , T, . - 100% 2/2
Cincinnati Children’s Hospital & Medical Center warranted . [{Uace To0 e
Cholbam’s approval in pts with bile acid deficiency disorders AKR1D1 75% (3/4)

. } 3B-HSD 59% (22/37)

- 64% (28/44) Response Rate in pts with single-enzyme defects : AMACR :

- 46% (11/24) Response Rate in pts with peroxisomal disorders
- Some patients have been on Cholbam for >18 years exhibiting:

‘|Zellweger Syndrome 100% (1/1)

. . . . . Generalized Peroxisomal Disorder 100% (1/1)
- Normal liver function as shown by improved liver function test values Refsumn Disease 75% (3/4)
- Restoration of growth, as assessed by weigh gain in companson to natural history of Neonatal Adrenoleukodystropyhy 50% (3/6)
untreated pts CYP7A1 38% (3/8)

- Benign safety profile, which is particularly important for chronic treatment in pts smgle- Feroxisomal Disorder, Type Unknown 20% (1/5) ,

24

enzyme defects

CONFIDENTIAL/PROPRIETARY o SSCA_THIOL_041129




ROPHIN, INC. ' Apin <, cil5

$1 50MM Peak Sales Assume Cautious Estimates on Rate of Patient LEERINK
Identification in Both Monogenic & Peroxisomal Subgroups

» At peak in 2025, we assume ~130 monogenic and ~380 peroxisomal patients on Cholbam in US
- Share of EU as a percentage of US patient population is assumed to beak at <560% :
- While Cholbam’s price remains to be finalized, we expect Cholbam to be priced roughly at parity with Chenodal while
also taking into account the cost per mg basis as on an average Cholbam pts are relatively smaller and younger.

- We assume average weight of 45 kg and 15 kg for monogenic and peroxisomal pts, respectively
- EU price is assumed to be ~70% of the US WAC price

Total RBA pts In the US 7100 7,136 7172 7,209 | - 7,245 7.286 7327 7369 7411 7454 7497 7541 7,585 7,630 7,676 7,722 7,768 7816
Monogenic (adults + pediatric; chonic) 100 101 102 103 104 109 115 120 126 133 139 146 -154 161 170 | 178 187 196
Market Penetration 20% 25% 30% 25%: 35% 40% 45% 50%, 55% 60% 65% 70% 75% 75% 49% 2% 21%

. Total Moncgenic RBA Pts on Choibam - 20 26 31 26 38 46 54 631 . 73 84 95 108 121 128 87 60 41
Peroxisomal (pediatric; 1-2 yrs longevity) 7000 7035 7070 7,08 7141 7477 7,213 7,249 7,285 7321 7358 7395 7A32 7469 7,506 7544 7581 '7,619
Market Penetration 03% 03% 04% 0A%! 0.4%) 05%) 0.7% 11% 1.6% 24% 29% 35% 4.2%) 4.6% 5.1% 3.3% 22% 1.4%)
Tatal Peroxisomal pts an Cholbam 21 23 26 28 ERS 35 52 79 119 179 216 260 314 347 384 251 164 107

Annual Cost of Therapy ($/kg) 2,778 2,778 2,778 2,778 11,111 11,111 11,111 11,111 11,111 11,111 11,111 11,111 11,111 11,111 11,111 11,111 11,111 11,111

US Gross Revenues 09 35 43 5.0 182 24.9 317 40.2 514 €64 778 91.0 106.2 1184 1279 85.4 57.1 38.1

EU Monogenic RBA pts on Cholbam (% of US) 20% 22% 24% 27% 29% 32% 35% 39% 43% 47% 31% 20% 13%
EU Peroxisomal RBA pts on Cholbam (% of US) 20% 22% 24% 27% 29% 32% 35% 39% 43% 47% 31% 20% 13%
Annua! Cost of Therapy ($/kg) 8333 8,333 8333 8,333 8,333 "8333 8,333 8,333 8,333 8333 8,333 8333 8,333
EU Gross Revenues - 3.7 5.2 73 10.3 14.6 18.8 24,2 31.0 38.1 45.2 19.6 85 X
'WW Cholbam Gross Revenues {SMM) 0.9 35 43 5.0 18.2 28.6 36.9 47.5 61.7 80.9 96.6 115.2 137.2 1565 1731 105.0 : §5.6 41.8
WW Cholbam Net Revenues {SMM) 0.7 30 36 43 155 24.3 313 404 52.4 68.8 82.1 97.9 1166 1330 1472 89.3 55.7 356
" {Cholbam US Price t launch ($/kg) $11,111]
Cholbam EU Price at launch {$/ig) $8,333
Average Welght For Monogenic {kg) 45
Average Welght For Peroxisomat {kg) 15
Source: Company Reports, Leerink Partners Research - 25
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In FSGS, Some Sections of Kidney Filters (“Glomeruli”) Are Scarred

“» Focal segmental glomerulosclerosis (FSGS) is a leading cause of nephrotic syndrome in
children and adolescents, as well as kidney failure in adults. It accounts for about a sixth of
the cases of nephrotic syndrome, and is the most common cause of steroid-resistant
nephrotic syndrome in children. It is the second leading cause ©f kidney failure in children.

- The individual components of the name refer to the appearance of kidney tissue on biopsy:
focal - only some of the glomeruli are involved (as opposed to diffuse), segmental - only
part of each glomerulus is involved (as opposed to global), glomerulosclerosis - refers to
scarring of the glomerulus (a part of the nephron, the functional unit of the kidney).

- FSGS is usually indicated by heavy PAS staining on biopsy histology and findings of IgM
and C3 in sclerotic segments. Each kidney contains ~1MM filters called glomeruli, which
are impaired in FSGS as shown in the schematic and biopsy histology below:

B . ; 23 :
Blood urities:
o filterect creativig urine’ ] , Source: Schwimmer, J. et. al. Collapsing Glomerulopathy.
Source: www.nephcure.org : Seminars in Nephrology. March 2003: Vol 23, Issue 2 27 -
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FSGS Pathophysmlogy Has Become Better Understood and the Dlsease LEERINK "
Has Become More Commonly Diagnosed |

- FSGS may be secondary to other disease processes such as sickle cell, obesity, other

~ drugs, and HIV, although 80% of FSGS cases are due to unknown causes and
considered idiopathic.

- The renal glomerulus filters the blood that arrives at the kldney It is formed of caplllanes
with small pores that allow small molecules to pass through‘but not larger
macromolecules such as proteins. In nephrotic syndrome, the glomeruli are affected by
an inflammation or a hyalinization process (the formation of a homogenous crystalline
material within cells) that allows proteins such as albumin, antithrombin or the
immunoglobulins to pass through the cell membrane and appear in urine. Albumin is the
main protein in the blood that is able to maintainan oncotic pressure, which prevents the
leakage of fluid into the extracellular medium and the subsequent formation of edemas.

- In children and some adults, FSGS presents as a nephrotic syndrome, which is
characterized by edema (associated.with weight gain), hypoalbuminemia (low serum
albumin, a protein in the blood), hyperlipidemia and hypertension (high blood pressure).

- In adults, FSGS may also present as kidney failure and proteinuria, without a full-blown
nephrotic syndrome. Heayy proteinuria portends a poor long-term outcome.

+ The total prevalence of FSGS is estimated at 25-50k in the U.S. Nephcure estimates
that 19k patients are living with ESRD caused by FSGS in the US. United States Renal
Data Service estimates that FSGS accounts for more than 7k patients currently receiving
ESRD therapy in the United States, and it is likely that primary FSGS accounts for some
of the 25k patients with unspecified forms of glomerulonephritis, 100k patients with
ESRD attributed to hypertension, and 20k patients with unknown ¢
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Sparsentan in FSGS — Rationale for Study and Potential Accelerated Approval

- The goal of FSGS therapy is to induce a complete or partial remission of proteinuria and
preserve renal function. Even partial remission is associated with improved long-term

- survival. Treatment of primary focal segmental glomerulosclerosis is empiric and based
on the rationale that different patients have different dysregulated immune systems.

- Current treatment includes salt restriction and diuretics, such.as furosemide, for edema.

- This is soon followed by antihypertensives (ACEIs/ARBs).and lipid lowering drugs.
Aldosterone antagonists are often used to decrease proteinuria and offer renal
protection. Corticosteroids such as prednisone and cytotoxics such as
cyclophosphamide may be used to induce remission. Other immunosuppressive drugs
are generally the drug treatment of last resort before patlents require dialysis and

potentially kldney transplantation.

- As with other serious renal
diseases such as lupus nephritis
and diabetic nephropathy, slowmg
the rate of progression to end
stage renal disease (ESRD) may
be an acceptable registrational
endpoint for approval by
FDA/EMEA. Natural history data
shows that increasing rates of
reductions in proteinurea results in
increasing rates of dialysis-free

CONFIDENTIAL/PROPRIETARY
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| LEERINK
Sparsentan in FSGS — Mechanism of Action Is a Logical Hypothe3|s to Test

- Retrophin is developing the dual endothelm-receptor AIARB RE-024ISparsentan in
patients with FSGS.

- Endothelin receptor antagonists have shown the ability to reduce blood
pressure and proteinurea in several settings. -

- Angiotensin-receptor blockers are commonly used in patients with hypertension
and diabetic nephropathy. Irbesartan has trial data'showing benefit in
hypertensive patients with type Il diabetes, and may delay the progression of
diabetic nephropathy.

- Licensor Ligand Pharmaceuticals is entitled fo-a royalty of 9% on sales of Sparsentan.

- The kidney is an important site of endothelin=1 (ET-1) productlon and is particularly
susceptible to ET-1 action.

- Infusion of ET-1 in rats induces both functional and morphological aIteratlons in the
kidneys. Increased plasma level of ET-1 has been reported in patients with chronic
renal failure.

- Studies have shown thatplasma ET-1 concentration in FSGS patients was
significantly higher than-in normal controls (P < 0.05), and that urinary ET-1 excretion
rate was also significantly higher in FSGS patients than in normal controls (P < 0.01).

- In FSGS patients, plasma and urinary ET-1 have been shown to be significantly
correlated (P < 0.05), and the urinary ET-1 excretion rate was significantly correlated
with the amount of proteinuria (P < 0.05) and the glomerular sclerosing score (P <
0 01)

Sou “Leerink Partners reseamh Company E "793 Chen H C e al Clln La
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Sparsentan in FSGS —~ MOA Targeted Agalnst ET,(and Not ETR)... Plus an ARB

« Endothelin (ET) is a peptlde present in virtually every cell in the body, especially the vasculature, where
it acts as an extremely potent vasoconstrictor. ETs bind to two receptor isoforms: ETA and ETB.
- Based on the role of the renal tubular ETg
receptor in mediating sodium excretion, '
and experience of ET blockers to date, less Aging pirocess

edema is expected by only targeting ET,. mmm:xz ,
i Dysliitertia . Jptot0d
- In addition to actions on vascular tone, ETs b ket rensl EXL.
also promote growth and proliferation of  Idflacnaton oytokinas l

Imidiny,

vascular smooth muscle cells, an effect that
~appears to be ET, receptor-mediated. There is
also direct and indirect evidence suggesting
that ETs stimulate oxidative stress in the
vasculature, an effect that some studies have
attributed primarily to the ET, receptor.

« ET, is believed to promote vasoconstriction, o dsoulatue T L o8 - Perial fubiue. Snﬁamm;;tytz:
cell proliferation and matrix accumulation; vagudtr bypeiticohy e o

ETg activation is vasodilatory, antiproliferative,
and antifibrotic. ETg receptor function is also |
believed to be critical for clearing endothelin. \\

- Renal ET is an important regulator of renal
sodium and water retention. Volume loading
increases nephron ET production, which |
inhibits sodium and water reabsorption. ET, Source: Kohan, D. and Barton, M. Endothelin and Endothelin Antagonists in
also appears to exert a naturiuretic effect, but Chronic Mdngy Dlsgase. Kidney International. May 7, 2014

_these exact mechanisms arestlll unclear _

ﬁwe&ﬁiﬁi ‘iﬁ%ﬂ‘qp

Proteitiosis, . Msasrgial priferation

&ﬁa’!ﬁx acmmm!m:*;
Gimnemfswiems
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Syndromes, But Nonspecific ETRAs Have Been Hampered by Fluid Retention/Edema

+ Despite available therapies, many FSGS patients have nephrotic range proteinuria, and new
therapeutic agents are needed (Kiffel, et al., 2011). As shown below, endothelin receptor
antagonists (ETRAs) have been shown to lower proteinuria in clinical trials of diabetic
nephropathy (Kohan, et al., 2011) (Mann, et al., 2010) but less selective ETRAs have been
associated with more significant fluid retention which is problematic for kidney disease pts.

Study type Drug Size . Outcoma™ Comments
Hypertensive Aaute irfusion 80123 (&% N6 8123 inoeased ramal blood BQ123 response seen in KO, but notin
nephropathy BO788 £y - How~prevented by 8(788 healthy patierts.
Nondiabetic CKD Acute infusion BOI23 {ETad N 32 BQ123 medured proteinuria and puise Reduction in proteinuria and pube wave
' wavg elodty » nifedipine veledity partly Independent of blood
pressure effects
tondiabetic (ki Aare infusion AR {E EYES TAK-044 tended to maaase rersd Lomnpared with placebo, $AK-044 reduced
' — L blood Snieens blood ;mmwe ard mmﬁm cnr&nc Ivdex
Diahetic nephropathy Fhase 2 e 286 ; : i
Dtabatic nephropathy  Phase 3 {ASCENDS N {382 € :
: FOEENIAn proup, 9‘% fectucﬁm
in placebo
Rondiabetic TRD Phose 2 Nu27 mmm txst not nifedpim mduced
Diabetic neghropathy fhase 2a N8 R.1o0
Dinbetic nephropathy  Phase 2b (RADAR N2
Uiabetic nephropathy Rhase 3 {SONAR) Atrasentan 1,3 frojectzd Actively enrolling, Frimary end pcin'tmtimc : f1.73
875 mg/d ~4150 to serurn ceatinine doubling or ESRD. 390669011;99 t;isang MILD ACH or ARB.
Diabetic nephropathy Phase 2 Daglutrit N=45 Ho chenge In UAER after 8 weeks Basdline GFR ~70-90 rofimin, UAER
{ECE inhibiton 204999 ug/min. Al taking losartan
1 mid,
Primary F508 Phase 2 AB027 {dunt £T4 72 Mot yet started. Primary end Baseline oGIR 45 mmin/1.73m?,
inbibior and AREY point—reduction in proteinurda, ages 8-80 years.

Source Kohan, D. and Barton, M Endothelln and Endothelm Antagonlsts in Chmnlc Kldney Disease Kldney International. May 7, 2014 32
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Sparsentan in FSGS — Ongomg Phase || DUET Study Expected To
Complete Enroliment by YE15 and Report Data in Mid-2016

| .
LEERINK

- 100 patients are being randomized to one of three doses (200mg, 400mg or 800mg/day) of
RE-021 (Sparsentan) or treatment with irbesartan as an active control.

» The Primary endpoint is the change in urine protemlcreatmme (Up/C) after 8 weeks.

+ Secondary endpoints are LDL reduction, Serum albumin, Weight change, Quality of life

- Over 500 patients have received Sparsentan in clinical studies run by Bristol-Myers and
Pharmacopeia, so the drug is expected to be well tolerated.

- A composition of matter patent has been granted that extends until 2019, not
including up to 5 years of additional Hatch-Waxman protection/patent term

restoration, which may be added.

- Retrophin has also been granted orphan drug designation for Sparsentan, which we
believe may translate into 7.0-7.5 years of orphan drug exclusivity as well.

- We pro;ect a ~$950MM peak gross market opportumty and a 65% probability of success.

Total FSGS pts in the US 40,000 40,010 40,210 40,411 40,613 40,816 41,020 41,225 41,432 41,639 41,847 42,056 42,266 42,478 42,690
Primary FSGS pts 50% 50% 50% 50% 50% 50% 50% 50% - 50% 50% 50% 50% 50% 50% 50%
Market Penetration 2% 4% 7%| 12% 18% 22% 28% 30% 20% 13% 8%

Total FSGS pts on Sparsentan 406 816 1,436 2,474 3,729 4,580 5,859 6308 | 4,121 2,692 1,759
Annual Cost of Therapy 150,000{ 150,000| 150,000 150,000f 150,000] 150,000 150,000| 150,000/ 150,000{ 150,000 150,000

US Gross Revenues 60.9 122.4 2154 3710 559.3 687.0 878.8 946.3 618.1 403.8 263.8
Probability of Success | 65% 65% 65% 65% 65% 65% 65% 65%] 65% 65% 65%

" |US Risk-Adjusted Gross Revenues 39.6 796 140.0 241.2 363.6 - 446.6 571.2 615.1 401.8 ‘2625 1715
33

Source: Company Reports, leerink Partners Research
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PKAN s a Fatal Ultra- -Orphan Hereditary Neurodegenerative Dlsorder '—EERWK“_
Primarily Caused by a Missing Enzyme in the CoA SyntheS|s Pathway

- Pantothenate kinase (PANK2) enzyme is known to phosphorylate its substrate, pantothenate (Vitamin B5)
into phosphopantothenate, which is essential to the synthesis of Coenzyme (CoA) metabolism

- PKAN is an autosomal recessive disorder resulting from the mutation in PANK2 gene respon3|ble for encoding this very
critical CoA synthesis enzyme

- Primary symptom is dystonia, a neurological movement disorder, in which |
sustained muscle contractions cause tW|st|ng and repetitive movements
or abnormal postures

- Often initiated or worsened by voluntary movements and symptoms that may
‘overflow” into adjacent muscles .

- Impaired gait often results into loss of ‘a'mb,ulation
- restricted visual fields diagnosed as retinitis pigmentosa (RP)

- Death prior to the age of 10 is characterized as the most likely outcome

of the complications relating to classic PKAN (75% of total pts), which is

known for early onset (typically <6 years of age) and rapid progression
- Atypical onset (25%) is characterized by adult-onset and slower progression

- Eye-of-the-tiger on MRI scans is a key disease characteristic with high-
signal intensities surrounding the global pallidus (sub-cortical brain
structures), which is representative of iron deposition

- It remains unclear, however, if progressive iror deposition in the basal ganglia is contnbutlng to  Fig: MRI showing giobu

with iron deposition and supporting diagnosis of PKAN NBIA
disease pathophysmlogy or merely represents an eplphenomenon (neurodegeneration with brain iron accumulation) 3§

80urce NBIA Disorders Assoclatlon NBIACure org, Company Reports
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Limited Treatment Options Are Available That Largely Provide Very LEERINK "
Modest Symptomatic Relief That Is Short-Lived Across Disease Course

- Typically oral medications are used to treat the extrapyramidal symptoms of the disease
including dystonia and parkinsonism (baclofen, tnhexyphemdyl benzodiazepines, and
dopamine receptor agonists/antagonists)
- Even though dystonia is always present in classic PKAN as an early manifestation of the disease,
patients do not benefit from Levodopa (L-dopa) |
- Baclofen and trihexyhphenidyl are most effective until the drigs are no longer able to control
movement _ _ .
- More progressive stages of the disease are characterized by treatment with more invasive
treatments that can provide some benefit

- More invasive surgical interventions including placement of an mtrathecal baclofen pump and deep
brain stimulation have been used to provide some benefit in patients experiencing extreme dystonia

and spastncuty

- Even with ablative pallidotomy or thalmotomy, the dystonla will still reappear after an average of
one year

- It is to be noted that all these benefits have a I|m|ted time course in most patients
- Interventions are also indicated to treat the retinopathy that occurs in 2/3 of classic PKAN
patlents

- Patients must also be frequently monitored to prevent compllcatlons from fractures,
difficulty eating, and visual |mpa|rments
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Source Zorz| et al,, 2011 Cossu et aI 201 Schlpper 2012
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'RE-024’s Simplistic Mechanlsm of Substrate Replacement Seems To Be LEERINK®
Showing Early (Pre-IND) But Very Promising Efficacy Signal in 2 Ex-US Pts

- RE-024 is a small molecule used as a replacement therapy for phosphopantothenate the. mlssmg substrate

290 )cj?“‘: L b e &4 PR ¥ Y .
4 & £ - S
L. E
}, '5.. ‘q_, Y’Q -m R ’m‘!, I T T e T RE-02EN RE024 1 _ »
g N oo S iy . » n Pank KO mice : In MEF and NB
< w‘oo £-0.0003 S :
- Preclinical evidence has shown restored CoA Ievels in S £6e ::
PANK KO mice, PANK1 MEF and PANK2 silenced human 3.2 *¢ 3l

neuroblastoma cells.

o‘ S ‘v e¥s ) 4@ o
S© Qp @

- In 2 pts recelvmg RE-024 under’ compass;onate use” disease stabilization reperted on several clinical &

functional endpoints.
- P8 T TV OV WS 7N S VS PR VN S - OV S S R Y S

1. Unified Parkinson’s Disease  swemmesssd
Rating Scale (widely established

reguistory endpoint for Parkinsen's)

2. Barry Albright Dystonla nessssomscsnnecsie
Scale (measure of dystonia)

3. Measure of Quallty of Life ~ ====3

4. Functional Outcome (25 foot -
walk test)

BADS 1428 13:32

Woek ¢ Wents § Wenk 2 Week I Week 4 Woeek &

Week 7 Waek 14

5. Per physician report, liver
enzymes remain within normal limits

ource: Company Reports, Leerink Partners Research : :
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While There Exists No Precedent of an Approved Drug in PKAN, RTRX .LE;ERlN'K“
May Learn from ApoPharma’s Late-Stage Development in Afypical PKAN

Deferipron >4 years - Ph. 3 Trial of A Two-arm Efficacy and Safety Dose will be escalated Estimated primary § NCT01741532
(iron chelator) Study of Deferiprone in Patients With every 6 weeks starting at | completion date :
Pantothenate Kinase-associated . 5mg/kg, and increasing 05/2015
[;ggpham / . Neurodegeneration (PKAN) to 10mg/kg and finally 15 '
o _ mg/kg) (oral solution
3‘ ........ ':152 o . . BID)

« Primary Outcome Measures:

- Changes in severity of dystonia — Barry-Albright Dystonia Scale (BADS) [6 12, and 18 months]

- Changes in patient’s global impression of conditions improyement - Patient Global Impression of Improvement
(PGI-I) [6, 12, and 18 months] '

- Secondary Outcome Measures
- Changes in globus pallidus iron levels —~ MRI'T2* [18 months]
. Changes in motor symptoms — Unified Parkinson’s Disease Rating Scale (UPDRS) [6, 12, and 18 months]
- Change in patient's quality of sieep ~ Pittsburgh Sleep Quality Index (PSQlI) [6, 12 and 18 months]
- Changes in measures of functionalindependence - WeeFIM or FIM [6, 12, and 18 months]
- Safety and tolerability [18 months]

This IIT is partially funded by the European Commission's Seventh Framework Programme to the TIRCON
consortium (Treat Iron-Related Childhood-Onset Neurodegeneration) and by the FDA OOPD (Dr. Elliott Vichinsky),

highlighting the interest from requlators from both sides of the Atlantic to facilitate drug development in this
debilitating disease '
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amaauECe: Clinical bials.gov
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Iron Chelators May Mechanlstlcally Complement RE-024, Partlcularly in  LEERINK
Atypical PKAN Symptomatically Worsening by Increased Iron Deposition

- In mid-stage trials, deferiprone has been studied with limited success based on the
" rationale that iron deposition in the basal ganglia is a hallmark of disease manifestation

and progression «

- Efficacy: Ph. 2 results showed improvement in radiographic ol
appearance (MRI) was noted; however, conclusive amelioration {5, oo
of symptoms was not observed :

+ At 6 months follow-up, no change in clinical status in 10 patients,-as &
assessed by the Burke-Fahn and Marsden Dystoma Rating Scales and B g ¥
a health-related quality of life scale . ‘

- However, in the 4-year follow-up, 5/6 patients showedstabilization in
motor symptoms (UPDRS and UDRS) that may suggest viability of
long-term treatment in those less severely affected ‘ i -

W

B¢ omee W wn

e B

- Safety: mobilization of brain iron maydead to higher rate of
complications with increased exposure of neural substrates to
the metal’s toxic effects, and thereby exacerbate the condition

Authors concluded a strong correlation of iron accumulation with age with the “adult-onset” subtype
benef itting more from iron chelation treatment than the “childhood-onset” forms

Sounce Zorzi et al., 2011; Cossu et al., 2014 ; Schlpper 2012 : _
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With IND Filing To Be Completed in 1H15, There Exists a Reasonable LEERINK "
Upside to Our Launch Estimate of 2019 Given the Debilitating Nature of PKAN

- In the total US prevalence of ~4,500 PKAN pts, we assume peak penetration of 33% in
classic PKAN (75% of market) and 17% in atypical PKAN

» Both our 50% probability of success and $200,000 PPY are on the conservatlve side to
account for uncertainty on the benefit of treatment and length6ftreatment duration

- We project a ~$130MM peak risk-adjusted market opportunity i in 2028

- Several U.S. and foreign patents that constitute the patent family directed to RE 024 (and
its analogs) in the treatment of PKAN expire in April 2033

Total PKAN pts in the US 4,500 4,500 4500 4500 4,500 4500 4,500 4,500 4,500 4,500 ( 4,500 4,500 4,500 4,500 4,500
Classic PKAN 75% 75% 75% 75% 75% 75% 75% 75% 75% 75%)
Market Penetration (1st to market) : 10% 16% 19% 2% 25% 8% . 30%|  31% 32% 33%
Atypical PKAN 25% 25% 25% 25% 25% 25% 25% 25% 25% 25%
Market Penetration (2nd to market) 5%| 8% 10% 11% 13% 14% 15% 16% 16%, 17%
Total PKAN pts' on Thicla = - - - - 394 630 748 866 984 1,103 1,181 1,221 1260 1,209
_|Annual Cost of Therapy ' 200,000 200,000| 200,000 200,000f 200,000 200,000 200,000 200,000 206,000 200,000
US Gross Revenues (SMM) 788 126.0 14956 1733 196.9 2205 2363 2441 2520 259.9
Probability of Success ' 50% 50% 50% 50% 50% 50% 50% 50% 50%| 50%
US Risk-Adjusted RE-024 Revenues (SMM) : © 394 63.0 74.8 .86.6 984 110.3 118.1 122.1 126.0 1299
Source: Company_Reporﬁ, Leerink Partners Research i
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Management Team Has Préviously Commercialized Several Orphan LEERINK
Disease Products, Notably at Biomarin and Genzyme |

. Name , Title | - Previous Work Experiences
| - Executive VP and Chief Business:Officer, BioMarin (2005-12)
| - Sr VP Sales and Marketing, €ell Therapeutics (2004-05)
Chief Executive Officer - VP Sales and Marketing; Genzyme (1997-2003)
(2012 - Present) - Director of Sales,"Advanced Tissue Sciences {1995-97)
| - Director of Sales)Boehringer Mannheim (1993-94)
- Director of Sales, Genentech (1986-93)
| | Chief Medical Officer - EXec.utive.Medical Dire;tor, Alexion (2010-13)
Horacio Plotkin (013 Present) - Medlcal Director, Genzyme (2007-10)
- MD from University of Buenos Aires School of Medicine
T - Director, CHDI Foundation (2008-13).
Maria Beconi Chief Scentifc Officer - Director, Abbott (2005-08)

Stephen Aselage

/

(2013 Preseat - Research Fellow, Merck (1999-04) |
| - Chief Operating Officer, Rare Disease Research Unit, Pfizer (2010-14)
ANin Shah. MD Executive VP of R&D - Seni_or Engagement Manager, LEK Cohsulting (2005-10)
' (2014-Present) - Resident Physician, Mass General Hospital (2003-06)

MD from Alabama School of Medicine
Laura Clague, CPA Sr. VP and Chief Finance Officer |- CFO of Amylin prior to acquisition by BMS (2003-14)

Source: Company Reports, Leerink Partners Research
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L
‘Multiple Commercial and Plpellne Milestones Expected in the Next 6-18  LEERINK
Months
RTRX Catalysts
Product Event Timing
Chenodal in ‘
cerebrotendinous Ongoing discussions with FDA leading to a potential
xanthomatosis (CTX) decision on including \CFX in the label YE15
Cholbam in Rare o
Bile Acid Disorders Potential,EU market entry 2016
Last patient enrolled in Ph. 2/3 study YE2015
Sparsentan in FSGS |8-week Primany Endpoint data (potentiallyregistrational) Mid-2016
Potential US Launch 2H2017
US IND filing 1H15
RE-024 in PKAN Initiation of Ph. 1 study 2015
Potential US launch 2019
RE-034 in ACTH US IND filing 2015

Source: Company Reports, Leerink Partners Research
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Retrophin — P&L Model

Apmi £, 2015

- n
LEERINK

Product Revenues 6.0 83 14.1 28.4 16.7 20.9 23.6 26.9 92.1 137.1 1633 2285 336.6 453.7
Thiola in Cystinuria 4.00 4,76 884 17.60 10.88 12.24 13.60 14.96 51.68 78.88 95.20 108.80 122.40 136.00
Chenodal in CTX 2,00 3.59 . 5.24 10.83 510 5.74 6.39 7.64 24.88 3391 36.75 39.69 . 42.75 4593
Cholbam in Rare Bile Acid Disorders 0.74 297 3.62 4.29 15.50 24.34 3135 40.41 52.43 68.80
Sparsentan in FSGS - - - - - - - - - - - 39.60 79.59 139.98
RE-024 in PKAN - - - - - - - = - - - 39.38 63.00

COGS - - 0.20 (0.83) (0.64) 251 3.14 3.54 4,03 13.23 20.57 24.49 34.28 . 50.48 68.06

R&D 20.58 13.02 14.90 48.50 13.00 12.00 11.50 11.00 47.50 52,11 57.15 73.12 94.24 113.43

SG&A 22,60 18.58 '18.72 59.90 *15.00 15.50 16.00 17.00 63.50 65.82 70.22 86.83 117.79 145.19

Total Operating Expenses 43.19 31.79 32.78 107.76 30.51 30.64 31.08 32,03 124.23 138.50 151.87 194.23 262.51 326.67

Operating Loss (37.19) (23.44) (18.70) (79.33){ (13.78) (9.69) (7.43) (5.14) {32.17) {1.37) 11.43 34.28 74.04 127.04

Interest Income (2.18) (2.63) (2.63) (7.43) {2.63) (2563) (2.63) (2.63) {7.88) 1.62 1.62 162 1.62 -

Finance Expense (4.72) (0.01) (4.73) (0.94) (0:93) (0.94) (0.94) (3.77) (1.82) (1.82) (1.82) (1.82) -

Other Gains & Losses {20.26) 6.53 (7.70) (21.44) - - - - - - - - - -

EBT - (64.34) (19.56) (29.03)| {112.93)f (272.35) (13.26)  (11.00) (8.71) (43.82) (1.57) 11.23 34.07 73.84 127.04

Tax Expense (benefit) 246 - - 2,46 - - - - - - - - - -

Tax Rate 36% 36% 36%

Net Income (loss) (61.88) (19.56) (29.03). (110.47)| (17.35) (13.26) (11.00) {8.71) (43.82) (1.57) 11.23 21.81 47.26 81.30

GAAP EPS (2.46) (0.73) {1.10) (4.29) {(0.51) (039) (0.32) (0.26) (0.97)} (0.04) 0.30 0.59 128 220

Diluted EPS (2.68) {0.89) {1.10) (4.68) {0.50) (039) (0.32) {0.25) {0.96) (0.04) 0.30 058 1.26 217

Basic Shares Outstanding 25.20 26.68 26.32 26.07 33.94 33,94 3394 33.94 3394 35.44 36.94 36.94 36.94 36.94

Diluted Shares Outstanding 25.20 28.21 26.32 26.58 34.45 34.45 34.45 34.45 34.45 35.95 * 37.45 37.45 37.45 37.45

Source: Company Reports, Leerink Pamers LLC '

Net Cash (67.9) (62.4) {66.2) (66.2) 67.0 54.5 - 44.2 36.1 1449 180.3 185.0 199.8 239.8 3134

Cash & Equivalents 159 214 176 17.6 150.8 138.3 128.0 1199 228.7 2208 2254 2403 280.3. 3134

Debt : 83.8 83.8 83.8 83.8 83.8 83.8 83.8 83.8 83.8 40.5 40.5 40.5 40.5

Source: Company Reports, Leerink Partners Research 45

CONFIDENTIAL/PROPRIETARY

SSCA_THIOL_041150




RETROPHIN, INC. Aprit 2, 2015

B
LEERINK

Disclosures Appendix
Analyst Certification

I, Joseph P. Schwartz, certify that the views expressed in this report accurately reﬂecl my views and that no part of my
compensation was, is, or will be directly related to the specific recommendation or views contained in this report.
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Distribution of Ratings/Investment Banking Services (IB) as of 12/31/14
IB Serv./Past 12
Mos.
Rating Count Percent Count Percent
BUY [OP] : 150 70.00 60 40.00
HOLD [MP] - 64 30.00 1 2.00
BSELL {UP] 0 0.00 0 0.00

Explanation of Ratmgs
Outperform (Buy): We expect this stock to outperform its benchmark over the next 12 months.

Market Perform (Hold/Neutral): We expect this stock to perform in line with its benchmark over the next 12
months.

Underperform (Sell): We expect thls stock to underperform its benchmark ovér the'next 12 months.The degree
of outperformance or underperformance required to warrant an Outperform oran Underperform rating should
be commensurate with the risk profile of the company.

For the purposes of these definitions the refevant benchmark will.be the S&P 600® Health Care Index for
issuers with a market capitalization of less than $2 billion and the S&P 500® Health Care Index for issuers wrth

‘a market capitalization over $2 billion.

lmportant Disclosures
This information (including, but not limited to, prices, quotes and statistics) has been obtained from sources

that we believe reliable, but we do not represent ‘that\it is accurate or complete and it should not be relied
upon as such. All information is subject to change without notice. This is provided for information purposes
only and should not be regarded as an offer to sell or as a solicitation of an offer to buy any product to which
this information relates. The Firm, its officers, directors, employees, proprietary accounts and affiliates may
have a position, long or short; in the securities referred to in this report, and/or other related securities, and
from time to time may increase or decrease the position or express a view that is contrary to that contained
in this report. The Firm's salespeople, traders and other professionals may provide oral or written market
commentary or trading strategies that are contrary to opinions expressed in this report. The Firm's proprietary
accounts may make investment decisions that are inconsistent with the opinions expressed in this report.
The past performance of-securities does not guarantee or predict future performance. Transaction strategies
described herein may not be suitable for all investors. Additional information is available upon request by
contacting the Editorial'Department at One Federal Street, 37th Floor, Boston, MA 02110.

Like all Firm employees, analysts receive compensation that is impacted by, among other factors, overall firm
profitability, which includes revenues from, among other business units, Institutional Equities, and Investment
Banking. Analysts, however, are not compensated for a specific investment banking services transaction.
MEDACorp is a network of healthcare professionals, attomeys, physicians, key opinion leaders and other
specialists accessed by Leerink and it provides information used by its analysts in preparing research.

For price charts, statements of valuation and risk, as well as the specific disclosures for covered éompanies,

client should refer to https://leerink2.bluematrix.com/bluematrix/Disclosure2 or send a request to Leerink

Partners Editorial Department, One Federal Street, 37th Floqr, Boston, MA 02110.
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©2015 Leerink Partners LLC. All rights reserved. This document may not be reproduced or circulated without
our written authority.
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From: Michael Smith

To: Nancy Retzaff; Tina Ghorban
Sent: : 4/29/2015 4:03:27 PM
Subject: ' RE: Sulfadiazine

A few updates:

A :
Discussions are progressing w/ Sandoz and they want to hear more about our capabilities. They
want a commercial deck, focused on our ability to provide things that they can't. We've cited
our ability to build commercial teams around underserved pt populations which seems to
resonate well with them. The commercial deck should highlight our ability to grow TRx and’
improve patient services. '

We are also now in the process of bidding for Daraprim (pyrimethamine), a sole source product
- from Impax Labs. Pyrimethamine + sulfadiazine combo therapy is the gold standard for
toxoplamosis. I would build a similar deck specific to daraprim.

The sooner you can turn this around the better. We're speaking w/ Impax tomorrow. In tandem,
we think these products could do >500mm annually. I'm free to discuss whenever.

From: Michael Smith

Sent: Friday, April 24, 2015 3:26 PM
To: Nancy Retzlaff; Tina Ghorban
Subject: Sulfadiazine

Another item to keep on your radar is Sulfadiazine. It ,.is_a)sole-source (US only, generic
ex-us) infectious disease product from Sandoz, indicated “for toxoplasmosis. This would be the
classic closed distribution play - we think it couldido >250mm per annum. I've attached a
short deck and the model for some quick background(

Michael Smith
Senior Director
Business Development

Turing Pharmaceutical
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Experienced and Fast-Growing Commercial Team

Executive Experience
Nancy Retzlaff * More than 20 years of biopharmaceutical commercial leadership experience
Chief Commercial Officer including sales, marketing, commercial development & business leadership
_ roles at Bayer, Schering-Plough, Pfizer & Mesoblast

Richard DeYoung - + More than 15 years of biopharmaceutical\experience leading sales, key
Head of Sales & National Accounts accounts and managed markets teams.at'Takeda and Astra Zeneca
Tina Ghorban -« 15 years of biopharmaceutical .experience in market analytics, global
Senior Director, Business Analytics & commercial development, new‘product marketing and US marketing at
Customer Insights : . Pfizer, Shionogi and Mesoblast :
Scott Emmens _ * 15 year biopharmaceutical sales leadership experience including sales

* Sales Director: Vecamyl operations and sales training at Astra Zeneca, Takeda and Shire

Relevant Experience and Skill Sets:

Therapeutic areas expertise include orphan & rare disease (HIV, oncdlogy, ?) and broader disease
areas (pain, IBD, anemia, diabetes, cardiovascular, respiratory, endocrinology, CNS)

Experience across broad range of product lifecycles, including global and US launches, mature
brands, peri-LOE and brandedgenerics ‘
Creation of complete commercial organization and infrastructure, as well as leading organizations
through dynamic change and growth

Alignment of marketing & sales around a specialty distribution strategy and patient services
platform ‘

Creation of strategic brand platform, market development plan, and communication platforms.
Tactical execution of all planned activities.

Strategic planning and execution with all key customers, including KOLs, physicians, payers,
patients and patient advocacy

Confidential , 2 ' U LI)
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Turing Organizational Strengths

. Ability to build commercial teams around underserved
patient populations

- Nimble, able to scale-up quickly and éfficiently

- Built sales and MSL customer-facing.@rganization and commercial
operations infrastructure within 3 @months

« Experience with spegialty, closed distribution model
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Daraprim (pyrimethamine) Commercial Overview

- Component of gold standard therapy for treatment of toxoplasmosis

- Combination with Pyrimethamine + Sulfadiazine + Leucovorin is considered gold
standard with proven efficacy

- Small “at-risk” patient population

- While 30% of US population is seropositive fortoxoplasmosis, only
immunocompromised patients are at risk for.developing symptoms and
complications from infection

- HIV patients represent ~90% of total patients treated with Daraprim, and 80% of
the sales. |

- Congenital toxoplasmosis accounts’'for 10% patients but over 20% of sales due to
a longer treatment regimen.

- Near term revenue generation potential

- 2014 US revenue of $9:6M -

Rx | 12,772 || 11,604 " 9,905 ” 8,821

AIDSMEDS |

Your Ultimate Guide toHIV Care Sales $6.079 | $7.884 SS 681 h $9.598
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Plans for Future Growth

- Price Increase

- Current pricing lower than other adjunctlve theraples so could increase price
“immediately

- Physician community less sensitive to price increases,but need to determine
the price point at which payers start to.increase cost-sharing with patients,
which could result in physician switching

- Commercial Expansion

- Partner with patient advocacy organization to support Direct-to-Patient
campaign to raise awareness, speed.diagnosis and treatment rates of
toxoplasmosis -

- Partner with HIV community-and ACOG to treat prophylactically for toxo?

= Potential neurological damage creating psychologlcal symptoms?

- Lifecycle Strategy
- Explore fixed-dose-combination to improve adherence and ease of use

- Additional indications?

| Confidential 7 - | U |
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Daraprim (pyrimethamine) Challenges

. How interchangeable are treatments for toxoplasmosis? Does it vary by severity of infection, by patient type, or any
other factors?

- Possible competitors: Atovagquone, Bactrim (trimethoprim-sulfamethoxazole), clindamycin, dapsone (for sulfa)

- Dedicoat M, Livesley N: Management of toxoplasmic encephalitis in HIV-infected adults (with an emphasis on resource-poor -
settings). Cochrane Database Syst. Rev. 19(3), CD005420 (2006)

= Three trials were found to meet the inclusion criteria for this review. Two triais compared p?{]rimethamine plus sulfadiazine (P+S) with
pyrimethamine plus clindamycin (P+C). One trial compared P+S with trimethoprim-sulfamethoxazole (TMP-SMX). Conclusions were that the
available evidence fails to identify any one superior regimen for the treatment of TE. The choice“ef therapy will often be directed by available
_ therapy_.' (%ilven the current evidence, TMP-SMX appears to be an efféctive alternative therapyfor TE in resource-poor settings where P+S are-
not available. : .

- Randomized Phase Il Trial of Atovaguone with P¥rimethamihe or Sulfadiazine for Treatment of Toxoplasmic Encephalitis in Patients
\évlilt?_;fgugbed Immunodeficiency Syndrome: ACTG 237/ANRS 039 Study. Keith Chirgwin, et al. Clinical Infectious Diseases 2002;

- The combination of pyrimethamine plus clindamycin is as effective as pyrimeathamine plus sulfadiazine during the acute phase of
therapy. Rash and diarrhea are common adverse effects of pyrimethamineplus clindamycin. A randomized, prospective study
reported that trimethoprim-sulfamethoxazole (Bactrim) is as effective‘as\pyrimethamine plus sulfadiazine for the treatment of
toxoplasmic encephalitis. : '

- Bactrim most commonly used to prevent toxo in patients with <100CD4’s

What is the cost sensitivity to combination therapytreatment? What price or scenario would tr?ge_r a physicianto _
prescribe another product combination rather than‘the gold standard of pyrimethamine + sulfadiazine + leucovorin?

- Total cost of treatment needs to be considered when,raising price

» Total cost of therapy is >52.5k for HIV patients and >$6,500 for congenital toxo.
- HIV patient advocacy may react to price increase )

= HIV community is highly organized, sensitive, and action-oriented

= Significant price increases that disproportionately affect this community could result in backlash from patient advocacy groups, p’articular|y if
payers increase cost sharing with patients '

How stable is the flow of toxOplasmosis patients? .
- Fewer HIV patients becoming immunocompromised with better combination therapy

= Seroprevalence of anti-Toxoplasma antibody varies substantially among different geographic locales, with a prevalence of approximately 11%
in the United States, versus 50% to 80% in certain European, Latin American, and African countries. In the era before antiretroviral therapy
{ART), the 12-month incidence of TE was approximately 33% in patients with advanced immunosuppression who were seropositive for T.

ondii and not receiving prophylaxis with drugs against the disease. A low incidence of toxoplasmosis is seen in patients who are seronegative
or T. gondii. -- Guidelines for the Prevention and Treatment of Opportunistic infections in HiV-Infected Adults and Adolescents,
Recommendations from the Centers for Disease Control, the National Institutes of Health, and the HIV Medicine Association of the Infectious
Diseases Society of America '

- Daraprim (pyrimethamine) Rx's down on average 10% for last four years

Confidential 8 ’ T U !J N
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Toxoplasmosis Clinical Presentation

Immunocompromised Patients
- Initially presents with non-specific symptoms such as headache, lethargy, and
fever

- If untreated, disease can progress to focal encephalitis,“ataxia, loss of
memory, dementia, speech abnormalities, hemiparesis, seizures, and coma

- Primary lesions of cerebral necrosis, but retinallesions are common if the
infection disseminates to the eye

Congenital Toxoplasmosis

- Risk of infection increases with eachérimester, but infections in the first
trimester lead to the most severe'disease

- Congenital infection can lead to a wide variety of manifestations including
spontaneous abortion, hydrocephalus or microcephalus, CNS calcification,
retinochorioditis, and failure to thrive

- Some symptoms that,can present later in infancy and childhood include
learning disabilities, growth retardation, mental retardation, convulsions,
palsies, blindness and deafness |
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BD-Financial Projections

- Toxoplasmosis is a rare disease and should be priced appropriately
- $50,000+ is the target price for Sulfadiazine
» Current Hepatitis C cost for cure > $100,000 -
= Net present value of HIV treatment > $250,000
» Both significantly more prevalent and have multiple treatment options

- With repricing, revenues may exceed $200 million

- Turing plans a step-wise price increaséwhich will allow management to
“course correct” if unforeseen challenges arise

- Even at a modest PPPY of $10,000, revenues of S50 million are possible,
representing substantial upside o

 Turing management hds éxperience with significant price increases
while at Retrophin
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From: Michael Smith

To: Edwin Urrutia

Sent: 5/5/2015 6:04:36 PM

Subject: FW: Daraprim

Attachments: Commercial Capabilities for BD.pptx

I would change a lot of this, but not a bad start

From: Tina Ghorban
Sent: Tuesday, May 5, 2015 4:37 PM
To: Michael Smith
Cc: Nancy Retzlaff
Subject: Daraprim

Hi Mike,

Here’s a DRAFT deck that includes Commercial capabilities (just a few slides), our thoughts on
the commercial opportunity of Daraprim and some possible challenges (which we cbviously
wouldn’t present with the commercial capabilities). The challenges (liSted below) may or may
not warrant further exploration given your prior discussions with KOL%s7 Let’s chat when you
have a chance.

Daraprim Challenges

* How interchangeable are treatments for toxoplasmosis? Does it vary by severity of infection,

by patient type, or any other factors?

— Possible competitors: Atovaquone, Bactrim (trimethoprim=sulfamethoxazole), clindamycin,

dapsone (for sulfa)

— Dedicoat M, Livesley N: Management of toxoplasmlc encephalitis in HIV-infected adults (with

an emphasis on resource-poor settings). Cochrane Database Syst. Rev. 19(3), CD005420 (2006)

§ Three trials were found to meet the inclusion criteria for this ‘review. Two trials compared

»yrimethamine plus sulfadiazine (P+S) with pyrimethamine plus clindamycin (P+C). One trial
compared P+S with trimethoprim-sulfamethoxazole (TMP-SMX). Conclusions were that the available

avidence fails to identify any one superior~regimen for the treatment of TE. The choice of
therapy will often be directed by available!therapy. Given the current evidence, TMP-SMX
appears to be an effective alternative therapy for TE in resource-poor settings where P+S are

not available.

- Randomized Phase II Trial of Atovaquone with Pyrimethamine or Sulfadiazine for Treatment of

Toxoplasmic Encephalitis in Patients with Acquired Immunodeficiency Syndrome: ACTG 237/ANRS
039 Study. Keith Chirgwin, et all./€linical Infectious Diseases 2002; 34:1243-50

~ The combination of pyrimethamine“plus clindamycin is as effective as pyrimethamine plus
sulfadiazine during the acute phase of therapy. Rash and diarrhea are common adverse effects
of pyrimethamine plus clindamyecin. A randomized, prospective study reported that trimethoprim-
sulfamethoxazole (Bactrim) is as effective as pyrimethamine plus sulfadiazine for the
treatment of toxoplasmic ‘encephalitis.

- Bactrim most commonly used to prevent toxo in patients with <100 CD4’s

* What is the cost sensitivity to combination therapy treatment? What price or scenario would
trigger a physician to prescribe another product combination rather than the gold standard of

pyrimethamine + sulfadiazine + leucovorin?

- Total cost of treatment needs to be considered when raising prlce

§ Total cost of therapy is >$2.5k for HIV patients and >$6 500 for congenital toxo.

- HIV patient advocacy may react to price increase

§ HIV community is highly organized, sensitive, and action-~oriented

§ Significant price increases that disproportionately affect this community could result in

backlash from patient advocacy groups, particularly if payers increase cost sharing with
patients

* How stable is the flow of toxoplasmosis patients?

— Fewer HIV patients becoming immunocompromised with better combination therapy

§ Seroprevalence of anti-Toxoplasma antibody varies substantially among different geographic
locales, with a prevalence of approximately 11% in the United States, versus 50% to 80% in
rertain European, Latin American, and African countries. In the era before antiretroviral
herapy (ART), the 12-month incidence of TE was approximately 33% in patients with advanced
mmunosuppression who were seropositive for T. gondii and not receiving prophylaxis with drugs
against the disease. A low incidence of toxoplasmosis is seen in patients who are seronegative
for T. gondii. -- Guidelines for the Prevention and Treatment of Opportunistic Infections in
HIV-Infected Adults and Adolescents, Recommendations from the Centers for Disease Control, the
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National Institutes of Health, and the HIV Medicine Association of the Infectious Diseases
Society of America

- Daraprim (pyrimethamine) Rx’s down on average 10% for last four years

'ina Ghorban
~enior Director :
Business Analytics & Customer Insights

Turing Pharmaceuticals
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From: Michael Smith

To: _ Martin Shkreli )

Sent: 5/23/2015 8:17:33 PM
Subject: RE: Generic Launch Analysis
Attachments: - 5-15mm Gx Evaluation.xdsx
Attached

From: Martin Shkreli

Sent: Saturday, May 23, 2015 6:28 PM
To: Michael Smith

Subject: RE: Generic Launch Analysis

.Can I get the list?

From: Michael Smith

Sent: Friday, May 22, 2015 11: 47 AM
To: Martin Shkreli

Subject: RE: Generic Launch Analysis

Excluding any on patent currently:

5-15mm.
1-15mm

: 11 branded, 3 went generic (27%)

: 44 branded, 11 went generic (25%)

Need to find a source for historical LOE in for orange bock patents. I've now reviewed each
one of these drugs, so I'm confident that these numbers are, accurate for this sample.

From: Martin Shkreli

Sent: Friday, May 22, 2015 10:53 AM
To: Michael Smith '

Subject: RE: Generic Launch Analysis

We should exclude any on patent

From: Michael Smith
Sent: Friday, May 22, 2015 10:51 AM
To: Martin Shkreli :

" Subject: RE: Generic Launch Analysis

5-15mm: 16 branded, 6 went generic (37.5%) .
1-15mm: 49 branded, 12 went\generic {24.5%)

From: Martin Shkreli

Sent: Friday, May 22, 2015 10:26 AM
To: Michael Smith

Subject: RE: Generic Launch Analysis

Hrmm interesting

From: Michael Smith

Sent: Friday, May 22, 2015 10:25 AM

To: Martin Shkreli

Cc: Edwin Urrutia; Patrick Crutcher; Chris Lau
Subject: RE: Generic Launch Analysis

12 branded products with 5-10mm in 2010, 5 went generic by Q115 (42%)
44 branded products with 1-10mm in 2010, 11 went generic by Q115 (25%)

From: Martin Shkreli

Sent: Thursday, May 21, 2015 10:54 PM
To: Michael Smith

Subject: RE: Generic Launch Analysis
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The question on 50mm is less is not what % were between 5-10m
The question is for drugs between 5-10m how many went generic?

From: Michael Smith .

Sent: Thursday, May 21, 2015 10:37 PM

To: Martin Shkreli - )

Cc: Patrick Crutcher; Edwin Urrutia; Chris Lau
Subject: Generic Launch Analysis

I've attached an interim analysis of the generic launch screen, evaluating the innovator's
sales and units in the years prior to a generic launch. This interim analysis covers 680
molecules and 5438 products. We are currently working on more extensive version covering
everything on IMS.

50mm or less

— For products with less than $50mm in sales that were genericized between 2009-2014 (n=14),
36% (5) had between 5-10mm in sales and 21%(3) had between 0-5mm in sales 3 years prior to

generic launch '

- 3 years prior to gx launch, average sales for the sub-50 group were 15.7 (median 8.3) and
average units were 67k (median 57k)
Low Units (<100K)

- For products with less than 100k units (n=13), 23% (3) had sales\more than 10mm, 38% (5) had
sales between 5-10mm and 38% (5) had sales 0-5mm 3 years prior to,generic launch

'— 3 years prior to gx launch, average sales for the Low Units, group were 26.7 (median 6.5) and
average units were 51,9k (median 31.1k)

- 3 years prior to gx launch, 3 drugs had between 0-10k.inits and 1 had between 10-20k units.
"Any Size" group

- For all products genericized (n=74), 30% (22) had/sales betwéen 0-50mm, 46% (34) had between
50-500mm and 24% (18) had more than 500mm 3 years prior to genericization

- 3 years prior to launch, average sales for the "any size" group were 51lmm (median 147mm)
and average units were 2.0mm (median 336k)

It appears as though sub 50mm products| are the most frequently genericized. This may be due to
the fact that there are probably more drugs floating around in the 0-100 range than one might
think. At first blush, it seems like ‘the smallest products (~5mm) usually get genericized by
small companies. I think the most) important take away is that 10.8% (8/74) of drugs had revs
0-10mm 3 years prior to generie,launch and only 5% of drugs (4/74) had less than 20k units.

Chris and I will keep working on the complete one.
Michael Smith

Senior Director
Business Development

Turing Pharmaceuticals
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Executive Summary

* Proposed term sheet to acquire/licehse Daraprim®
(pyrimethamine) from Impax Labs (IPXL)

— Turing offered 6x 2014 US net sales (~$45mm)
— 2014 US gross revenue of ~$10mm

- Daraprim®is indicated for the treatment of
toxoplasmosis when used conjointly with a
sulfonamide, since synerglsm exists with-this
combination.

— FDA approved in January 1953 (NDA#008578)

— Gold standard of care for toxoplasmosis

- We believe there are several potential strategies to |
grow revenue |
— Current prlcmg lower than other adjunctlve therapies

~ Daraprim® fits the specialty distribution business model

PHARMACEUTICALS
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Daraprim Prescribing Information

and Pricing

- Daraprim®is indicated for the treatment of
toxoplasmosis encephalitis

- Approved January 23, 1953 -

- No approved generics or recent DMFs ' Wiy T
« Current gold standard forToxopIasmosis l‘
- Coadministered with sulfadiazine ’ AN .
- Inhibits DHFR, disrupting folate synthesis § g
« Dose: 50— 75mg/day g 'E:g"g :g:,
- 25mg, 100 count bottle g EE;, ’ g
- ~$3,000 PPPY 1® Eggg .
- Payor Mix gg? .
- 45% Commercial fs i s B
- 25% Medicaid T ere——
- 25% Medicare Part D i b o B
‘ e ey ey aate
- 5% Cash ittty
| .
3] RRiEH
\ J
201(201| 201 | 2015(
2011 2| 3 4| April)
TRx -1 12,7111,6| 9,9/8,82| 2,626
) 72| 04| 05 1|
_|Gross Sales | $6.2|$8.1| $8.($9.9{ S3.00( ____
conf (SmM) 73| 63[938]| 32 |
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Toxoplasmosis Overview

P2 e e Tl g, vt e g o, degicnion o e e o s e i I i s

. Approximately 15% of US\population is seropositive for toxoplaémosis (30%
worldwide, >50% in Brazilf _ :

+ Patients become infected by ingesting cysts in undercooked pork or oocysts
in contaminated-water '

- Toxoplasmosis can cause severe neurological, ocular, and systemic diseases
in neonates and individuals with weakened immune systems

+ Symptoms self-resolve in immunocompetent hosts, though cysts containing
dormant brad(}/zones will remain throughout life, predominantly in the
brain, CNS and musculature - _

Toxoplasmosis is al life threatening for neonates and the
immunocom gromisea

Confidentil 4 T U R | NG |
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Toxoplasmosis Clinical
Presentation

Immunocompromised Patients
- Majority of patients are HIV positive with CD4+ counts < 100

» QOccasional incidence in immunosuppressed transplant patients

- Initially presents with non-specific symptoms such as
headache, lethargy, and fever '
- Disease is usually identified when patients present with

difficulty walking, weakness on one side of the body
(hemiparesis), seizure, speech abnormalities and less of

memory : : 1_

- If untreated, further cerebral necrosis leads to.dementia,

~ status epilepticus, coma and death (

- Primary lesions of cerebral necrosis, but retinal lesions are
common if the infection disseminates.to the eye, which can
lead to blindness e\

Congenital Toxoplasmosis
- Estimated incidence of 1:10;000 births

- Risk of infection increases with each trimester, but infections
in the first trimester leadfo the most severe disease

- Congenital infection can’lead to a wide variety of
manifestations ingluding spontaneous abortion,
hydrocephalus.or. microcephalus, CNS calcification,
retinochorioditis, and failure to thrive

- Symptoms that present later in infancy and childhood
include learning disabilities, growth retardation, mental
retardation, convulsions, palsies, blindness and deafness

Confidenti | 5 | TUR'NG
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New Entrant Feasibility

« Under GDUFA, ANDAs filed on or after October 1, 2012
referencin? Type || DMFs must use a DMF listed on the
0

“Available
to Receive” response from FDA

r Reference” list to avoid receiving a “Refuse

- ANDAs may instead include their own CMCfoackage, though
e

recent FDA guidance suggest this is not pre
recent examples suggest it very uncommon

rred and few

» There are only two Active DMF filers for pyrimethamine

- 11/26/1992 Fukuzyu Pharmaceutical (Japan)
- 6/26/2009 IPCA Laboratories (India)

~ » Though both DMF filers are considered “Active”,

IPCA s listed as “Available for Reference”
- Two Requirements for “Available for-Reference”:

* GDUFA DMF fee (IPCA paid 8/22/2013) - .

only

® Completeness assessment (IPCA‘completed 11/27/2013)
- Turing believes an ANDAwas likely filed in 2014 using

IPCA's API

- FDA released bioequivalence guidance for pxrimethamine in

March 2015, likely'in response to an earlier filing

- Fukuzyu currently in an exclusive supply agreement (Impax)

and not listed.as “Available for Reference’

« IPCA has had substantial manufacturing issues that will

significantly disrupt any filing in process

Confidential . 6
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New Entrant Feasibility

« Under GDUFA, ANDAs filed on or after October 1,
2012 referencing Type || DMFs must use a DMF listed
on the “Available for Reference” list to avoid receiving
a “Refuse to Receive” response from FDA

Active DMF.
List Filing on or Refuse'to
Fukuzyu {Impax after > Receive
| supplier) ‘ 1, 2012
Available for ' ,
Reference List S
IPCA Laboratories Filine on.or
|| - GDUFA Fee paid ' it > Accepted
kst B for Review
- Completeness Qct-1, 2012
Assessment .
——completed———
11/27/2013

o Turlng belleves an ANDA was likely filed in 2014 using
IPCA’s-API
- FDA released bioequivalence guidance for

pyrimethamine in March 2015, likely in response to an
earlier filing

- Fukuzyu currently in an exclusive supply agreement
(Impax) and not listed as “Available for Reference”

Confidential | 7 | o TURI NG
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" New Entrant Feasibi'lity

- IPCA has had substantial manufacturing'issdes that will
- significantly disrupt any filing in process

Probable ANDA Filing
l IPCA voluntarily N l
IPCA _ bans APl
Complete " shipments to US

GISS?A g fgr products -FDA impart ban on FDA import ban on
fee paid Assessme manufactured at PCA/products IPCA products

nt the Ratlam factory from Ratlam from Piparia
8/223/201 11/27/20 7/26/2014 1/22/2015 3/24/2014

- 13
| I T IS NN N7, N N N
| N I IR N R EE B

4/26/2013

1PCA 483:
Stability
protocols  were
not followed;
analytical
worksheets were
not filled out and
no source data
was available to
confirm analysfs
was performed

7/18/2014

IPCA 483:
QA/QC data was
manipulated’to
achieve desirable
results; PC
time/date settings
were'manipulated
to overwrite
previous data

10/1772014

IPCA 483:
Unreported “trial”
samples were
taken and analysis
was re-conducted
to achieve
desirable results;
raw data files were
overwritten and
deleted;
evaluatfons of
employees’
training in cGMP
standards were
shredded

3/172015

FDA issues
bioequivale
nee
guidance
on
pyrimetha
mine

Confidential
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New Entrant Feasibility

- Potential filer may stay with IPCA

- IPCA has confirmed that they will unable to supply
pyrimethamine for at least 12 months

- Citizens petition could further delay any ANDAs f|led with
IPCA supply

- Potential filer may have moved to a new vendor

- Additional 6 months minimum for long ternmand
accelerated stability

- Appearance in the “Available for Referenice” list will
validate this theory

- Major amendment to ANDA willpush approval date back
1-2 years

» Turing believes Daraprim will remain sole source until
~atleast mid 2016 /

« If no developments have occurred by 2016, Turing
believes Daraprim could remain sole source much
longer -

Confidential 9 T U R I NG
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Lifecycle Management

. Line extensions
- Once-a-day pill
- Combination with sulfadiazine

« Next generation analogues
- No new medicines have been approved in >40 years
- Improved potency, avoid teratogenicity
- Target T. gondii DHFR
® Pyrimethamine more active against human,DHFR

- Toxoplasmosis Vaccine

- Academics have made progress)in several vaccines
targeting various surface antigens

= SAG1

Confidential | | 16 ‘ | TURI NG
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Experienced and Fast-Growing

Commercial Team

Executive Experience

Nancy Retzlaff * More than 20 years of biopharmaceutical
Chief Commercial commercial leadership experience '
Officer including sales, marketing, commercial

development & business leadership roles
at Bayer, Schering-Plough, Pfizer &

Mesoblast
Richard DeYoung * More than 15 years of biopharmaceutical
Head of Sales & experience leading sales} key accounts

‘National Accounts ~ and managed markets teams at Takeda
: and Astra Zeneca

Tina Ghorban * 15 years of biopharmaceutical experience

: ﬁg{g’gg,ﬁifg&;gﬁence andigmpg@gnalytics, global commercial

Cighess SOOI & oo peprodypt marketjng and
bt st LR S e
respiratory, endocrinolo; N%
esoblast
eI ' .

——Ex] . aTTEE .
Scokt Biiehess mature brangs, pesrUsibphcATeS
e oA

+ Alignment-ofimarketi altdistribution strate
___and patient services pgtmmmwﬁdﬁ’rﬂ@ gy

+ Creation.of s,trategic brand _f_)latforfn, market,develo;iment lan, and
communication platforms. Tactical execution of all planned activities.

. Sﬂ’at,egic planning and execution with all key customers, including KOLs,
. physicians, payers, patients and patient advocacy :

Rr— 5 TURING
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Financial Projections

- Toxoplasmosis is a rare disease and should be priced
appropriately
= Current Hepatitis C cost for cure > $100,000
= Net present value of HIV treatment > $250,000

» Both significantly more prevalent and have multiple treatment
options o

« Turing management has experience with s_imilar
revenue growth strategies while at Retrophin

- Specialty sales force
- High-touch closed distribution system
- Improved patient advocacy and support

- Potential revenues of over $500mm with greater than
80% EBITDA margins -

. Turing plans to finance the transaction with a
combination of debt and equity

Confidential o | 17 TUR' NG
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ExecutiVe Summary

- Turing is in discussions to acquire Daraprlm (pyrlmethamme) from
Impax Labs (IPXL)

- 2014 US net revenue of $4.9mm
- Initial offer of 6x 2014 US net sales ($29.5mm)
- Daraprim®is indicated for the treatment of toxdplasmosis when used

conjointly with a sulfonamide, smce synergism exists with this
. combination .

— FDA approved in January 1953 (NDA #008578)

— Gold standard of care for toxoplasmosis

- Turing is looking to borrow $5mm - $15mm in senior secured debt
— The transaction will befifanced with a combination of debt and equity

- We believe there are several potential strategies to grow revenue
— Current pricing-lower than other adjunctive therapies |

— Daraprim® fits the specialty distribution business model

Confidential » 2 | U | 1c C;S
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Daraprim Prescribing Information and Pricing

» Dara prirh_’is indicated for the treatment of toxoplasmosis encephalitis
- Approved January 23, 1953

- No approved generics or recent DMFs

- Current gold standard for Toxoplasmosis

- Co-administered with sulfadiazine fg §§§ Eggg r?’émw NDC 52054-330-85 :\
- Inhibits DHFR, disrupting folate synthesis y %g* §§§§ DARAPRIM® \ g
. . ) agi {pyrimethamine) vy
» Dose: 50— 75mg/day 8 §§3§, Ech s et conas ™
- 25mg, 100 count bottle ;?éa Ronly 100 Tablels v
: _ i o
- ~$3,000 PPPY ; %?;% &
2 z
] gl
» Payor Mix
- 45% Commercial
- 25% Medicaid
- 25% Medicare Part D
- 5% Cash
Actual ) 2011 2012 | 2013 2014 | Q1:2015
Units (bottles) - v 12,600 . 11,004 10,260 9,708 1,836
Net Sales (mm) $5.114 | $5.620| $5.829| $4.932 $1.226
Confidential _ v 3 T U Rl ‘G_
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Gross-to-Net Calculation

- Chargebacks may be specific to Impax’s current contracts with group
purchasing organizations (GPOs) and managed care

- Current pyrimethamine chargeback terms likely a result«oPnegotiated terms
for a larger Impax portfolio

Gross Rewenue - 9,138,946 10,650,678 12,067,428 13,146,270 2,488,661

Cash Discount . 182,779 213,014 241,348 256,317 51,003
Medicaid ~ 1,104,817 1,812,187 287,267 3,348,557 = 699,472
Retums 673.025 532,534 241176 1,061,405 (72,997)
Rebates 612,949 746,747 683,141 864,634 183,242
Discount Rebate - - 10,056 9,765 2,290
Chargebacks 1,450,864 - 1,725,553 2,183,854 2,673,073 398,086
Net Revenue 5114512 \ 5620644 5829586 4,932,521 1,226,665
Units 12676 11,004 10,260 9,708 1,836
Px/unit : 727 068 1,178 1,354 1,355
Realized Px/unit 407 511 568 508 668
Cash Disc 2.0% 2.0% 2.0% 1.9% 2.0%
Medicaid ~ 12.1% 17.0% 23.9% 25.5% 28.1%
Retums 7.4% 5.0% L 20%  8.1% 2.9%
Rebates 6.7% 7.0% 57% = 6.6% 7.4%
Dis Rebate 0.0% 0.0% 0.1% 0.1% 0.1%
Chargebacks 15.9% 182%  18.1% 20.3% 16.0%
Net Revenue 56.0% 52.8% 483% - 37.5% 49.3%
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Toxoplasmosis Overview

FIG 2 1fe cycle of Taxoplaseta gondis. Showon.are the biolugy, tnf of the three infective stages of the p in their mspective hosta,

« Approximately 15% of US population is'seropositive for toxoplasmosis (30% worldwide, >50% in Brazil)
» Patients become infected by ing@sting cysts in undercooked pork or oocysts in contaminated water

+ Toxoplasmosis can cause severe'neurological, ocular, and systemic diseases in neonates and individuals
with weakened immune systems

+ Symptoms self-resolve inimmunocompetent hosts, though cysts containing dormant bradyzoites will
. remain throughout life, predominantly in the brain, CNS and musculature -

Toxoplasmosis is always life threatening for neonates and the immunocompromised
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Toxoplasmosis Clinical Presentation

Immunocompromised Patients | |
- Majority of patients are HIV positive with CD4+ counts < 100
* Occasional incidence in immunosuppressed transplant patients

- Ifnitially presents with non-specific symptoms such as headache, l.ethargy, and
ever _

- Disease is usually identified when patients present with difficulty walking, -
weakness on one side of the body (hemiparesis), seizure, speech abnormalities
and loss of memory .

- If untreated, further cerebral necrosis leads to.dementia, status epilepticus, coma
and death : ‘

- Primary lesions of cerebral necrosis, but retinal lesions are common if t