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ForwardLooking Statements

This presentation contains forward-looking statements, including statements about our prospects,products, growth
projections, competitive position, potential regulatory filings and agencyactions, and the anticipated development,
timing, data readouts and therapeutic scopeof programsin our clinical pipeline. Theseforward-looking statements
may be accompaniedby suchwordsas“ ant i c“ lpalt ideevset,i"thaxxe &'dto,r’'etiast €imay”, ”
“pl dm,r’oj"dctr,§’e® t dnd'other words and terms of similar meaning Youshould not placeundue reliance

on thesestatements

These statements involve risks and uncertainties that could cause actual results to differ materially from those
reflected in suchstatements,includingthe safety and efficacyof our product candidates,product competition, market
acceptance,the occurrenceof adverse safety events with our products or product candidates, clinical trials risk,
adversemarket and economicconditions, regulatory uncertainty, our dependenceon collaborationsand other third
parties over which we may not always have full control, failure to comply with governmentregulation, our ability to
protect our intellectual property rights, and have sufficient rights to market our products and servicestogether with
the costof doing so, problemswith our manufacturingprocessesand our relianceon third parties, our ability to attract
and retain qualified personnel, our level of indebtedness,environmental risks, changeof control provisionsin our
collaborationsand the other risks and uncertaintiesthat are describedin the RiskFactorssection of our most recent
annualor quarterly report andin other reports we havefiled with the SEC

Thesestatementsare basedon our current beliefs and expectationsand speakonly asof the date of this presentation

We do not undertake any obligationto publicly update any forward-looking statements
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Our Mission

Retrophin is a biopharmaceutical company

dedicated to identifying, developing and delivering
life-changing therapies to people living with rare

diseases.
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Retrophin: Innovating and Commercializing Rare Disease Theray

A Research and development effoftscuson clinicalstage,
diseasemodifyingcandidateghat address rare diseases
with limited or no effective therapeutic options

A We expect to have three pivotal Phase 3 programs
advancing firsin-class candidates by the end of 2018

Innovative Product
Pipeline

RevenueGenerating organic growth trends

Commercial Portfolio / A Fy 2017 revenue reached $155mm, 16% growth-year

overyear; FY 2018 guidance of $170mm to $180mm

A Actively exploring strategic business development
options, including external partnerships, acquisitions, and
out-licensing opportunities

Focused Business
Development Strateg
A Strong balance sheet to support BD strategy

> A Three commercial products, with strong yearer-year
>
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Development Pipeline & Product Portfolio

Fosmetpantotenate PKAN
FSGS
Sparsentan
IgAN
CNSAOOT PKU

NGLY Lollaboration & .
Discovery Efforts NERE DB ISR

(tiopronin) tablets
Bile Acid Synthesis Disorders Due
) Single Enzyme Defects
[Cholbam
(cholic acid) capsules .

*CNSAO001 is being developed in a strategic collaboration witensaPharmaceuticals **Activities underway with intention to make a liquid formulation
commercially available in the U.S. ***Indicated for gallstones; recognized as the standard of care for CTX
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Development Pipeline Highlights & Milestones

Recent Achievements Upcoming Milestones
V Reached SPA agreement on pivotal A Additional study sites to begin
Phase 3 FORT Study with FDA patient enroliment
FosmetpantOtenate V First patient dosed in FORT Study A Targeted completion of enrollment of
_ FORT study around yeand 2018
V DMC recommends FORT continue as
planned; pediatric enrollment initiated A Potential NDA filing
V POSitive reSUItS from Phase 2 DUET stu A |nterim endpoint analysis anticipated
in FSGS reported 2H20; expected to serve as basis for
Sparsentan V Initiated pivotal Phase 3 DUPLEX Study NDA filing in FSGS if endpoint is met
: A Initiate single Phase 3 trial to support
\ Recentl_y obt_alned regulatory feedback U.S. and European registration in
supporting single Phase 3 igAN IgAN
V Entered into strategic collaboration to A Complete dosing studies
advance CNSAO1 for the treatment of
* PKU A Initiate Phase 2 Proof of Concept
CNSADO1 _ _ _ (PoQ study mid2018
V Single ascending dose portion of Phase 1
study complete; advanced to multiple A Phase 2PoCdata available early 2019
ascending dose portion of Phase 1

*CNSAO001 is being developed in a strategic collaboration witensaPharmaceuticals
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PantothenateKinaseAssociated Neurodegeneration (PKAN)

wPKAN is a rare autosomal recessive disorder

¢ Caused by mutations iRanK2 which encodes a regulatory enzyme essential to coenzyme A
(CoA) biosynthesis

¢ Diagnosis occurs via genetics or imaging
¢ Approximately 2,50@ 5,000 patients worldwide

wPKAN presents as chronic, progressive neurodegeneration with a variable clinical

course
¢ Parkinsonian phenotype with loss of ambulation and early mortality due to disease complica

& sequelae PKAN specific fieye
¢ Dystonia is another cardinal symptom that results in significant morbidity sign caused by iron deposits on

MRI

wNo FDA/EMA approved treatments
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PKAN Biology and Novel Mechanisnrofmetpantotenate

Fosmetpantotenatas a novelphosphopantothenatereplacement therapy developed internally by Retrophin R&D
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fosmetpantotenate

several steps
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Pantothenatekinase(PanK phosphorylategpantothenate (PA) to yieldohosphopantothenate(PPA)

It is hypothesized thaPanK2deficient patients have decreased or no ability to synthesize PPA, resulting in low Cc
levels

CoA is essential in biochemical reactions impacting energy metabolism, membrane integrity, signaling, and othel
critical processes
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Fosmetpantotenatd’reclinical Evidence & Mechanism of Action

Fosmetpantotenatehas been shown to increase coenzyme A levels in nonclinical PKAN disease
models, and demonstrate distribution to the brain in monkeys

_ Monkey, PO, 700 mg/kg
Fosmetpantotenatein MEFand NB
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FosmetpantotenateClinical Activity in Physicidnitiated Treatment

Open, uncontrolled treatment of three
PKAN patients witifosmetpantotenate
has been associated with clinical
Improvement followed by stabilization
of symptoms

Fosmetpantotenatdhas demonstrated in
all three patients to be safe and well
tolerated at respective total daily doses

All three patients showed rapiand
persistentimprovement in clinical
parameters including the Unified
tF NJAYyazyQa
followed by a period of stabilization
UPDRS Part Il was used as the basis

create the PKAM\DL endpoint in FORT

All three patients regained ability to walk

independently for short distances
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UPDRS
40
35 4
30 Adult Pati
A ult Patient
=4 ” 1¢ 240mg
5] total daily
15 dose over 30
10 months
5 —&—UPDRS PART I
UPDRS PART Il
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T T T
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Months of treatment

6 9

MDS-UPDRS Parts Il and Ill, Mean Scores

66.5

e

|

‘ 48

‘ | 45

| ~ Adult Patients

‘ . 2&3-180mg

| & 120mg total
daily doses

to over 47 weeks

baseline 12 weeks

®MDS-UPDRS Part I *MDS-UPDRS Fart lll

Mean change from Part 2 baseline -34% -38% -41%

Mean change from Part 3 baseline -27% -31% -27%

*Physician-reported outcomes in uncontrolled setting; Yiolanda-Panayiota Christou, MD et al. ACMG 2016, CNS 2017; Pedro Roa, MD et al. MDS 2016




Fosmetpantotenatd’hase 3 FORT Study Commenced Dosing

Phase 1 study diosmetpantotenatein healthy volunteers (N=40) was determined to be safe and well
tolerated, no SAEs reported and no patients dropped from study

Reached Special Protocol Assessment (SPA) agreement with FDA on single Phase 3 trial evaluating efficacy in
PKAN patients in November 2016

Dosed first PKAN patient in Phase 3 FORT Study in July 2017; targeted completion of enrollment around year
end 2018

Four patients currently undergoing treatment via physiciamtiated studies exU.S. (3+ years)

First data
package a rseerﬁgﬂ'?\(/jvifhpéD n First Patient Dosed in Enrollment in
presented at gon it AR FORT Study July 2017 FORT

ACMG in March

| | | A

2016 | 2017 2018
EU orphan drug Further case report 30-month physician
designation granted data presented at initiated data
in February 2016 MDS in June 2016 presented at CNS IP to 2030+
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Fosmetpantotenatd’hase 3 FORT Study Design

4 Screening\/ Double-Blind Period \/ OpenLabel

<4 weeks 24 Weeks Follow-Up
_ 96+ Weeks
Fosmetpantotenate 41 patients
Placeho, 41 patients Fosmetpantotenate
Randomization Baseline
Informed Q12
Consent \ Week3 Week 12 Week 24J \ Weeks /

w International, randomized, doubléblind, placebocontrolled pivotal study conducted under SPA agreement with FDA

wPlan to enroll approximately 82 patients with PKAN aged 6 to 65 years

wPrimary endpoint: change iPantothenateKinaseassociated Neurodegeneration Activities of Daily Living (PKADL)
scale from baseline through 24 weeks of treatment

¢ PKANADL scale is a novel, Pkgécific, patienreported outcome scale measuring motor abilities to function in daily
living for patients with PKAN

¢ Adaptation of Part Il of the comprehensive and widkllis F SNBEY OSR ! YAFASR t I NJAyazyQa 5
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Sparsentan

Retrophin




Sparsentarg Dual Mechanism of Action

A Dual mechanism: endothelin type A (ETA) activity + angiotensin receptor blocker (ARB)

A Sparsentan has a unique profile: believed to have high selectivity for endothelin type A receptor (ETAR) blockade combined
with angiotensin receptor blockade

A Well-tolerated with favorable safety profile in over 500 subjects in nine Phase 1 or Phase 2 studies conducted by Bristol Myers

Squibb (BMS)
% sparsentan
ET1 _ ANGII

AETA: emerging evidence of protective effects
in kidney and cardiovascular system

A Podocytes . . .

2 Bad {ubmar collsalk AARB: established evidence of protective

A Vascular smooth effects in kidney and cardiovascular system
muscle cells
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Focal Segmental Glomerulosclerosis (FSGS)

Disease where the glomeruli become progressively
scarred and the kidney is dysfunctional

Damaging symptoms including large amounts of protein
leaking into the urine (proteinuria); increased risk of
infection and blood clots

No FDAapproved treatments for FSGS

Current standard of care: steroids, ACE/ARBEKneurin
inhibitors, dialysis, and renal transplant

Many FSGS patients will eventually progress to End
Stage Renal Disease (ESRD)

~19,306 people are living with ESRD caused by FSGS
~1,000 FSGS patients a year receive kidney transplants

Retrophin

Incidence & Prevalence

There are up to 40,000 FSGS patients
in the U.S. with a similar number
estimated in Europe

Patients who have not already
advanced to ESRD (~50%) are
expected to account for the
addressable market

~5,400 patients are diagnosed with
FSGS every year

Prevalence is increasing




SparsentarAdvancing Phase 3 DUPLEX Study in FSGS

Alignment w/FDA to

Positive topline data from Positive EoP2
P2 DUET study released in meeting with FDA F;ré)cc;:?a?g di‘:}%ﬁg\r};
September 2016 pathway in FSGS
2016 . 2017 2018+
Addlt_lonal Additional positive data First patient
supportive data from opentlabel enrolled in pivotal IP to at
from DUET : extension of Phase 2 DUPLEX Study in least 2030
presented at ASN in DUET study reported at April 2018 eas
November 2016 ASN 2017

Strong intellectual property estate expected to provide market exclusivity to at least 2030
U.S. and Europe patents directed to the usepdrsentarfor treating glomerulosclerosis, including FSGS;
stated expiration of March 2030 with potential for extension

Orphan designation in both the U.S. and Europe
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Phase 2 DUET Stu@parsentarMore Than Doubled Reduction of
Proteinuria vslrbesartan

All Sparsentan Doses Pooled 400-mg and 800-mg
(200 mg, 400 mg, 800 mg) Sparsentan Doses
50 - 50 - 47.4
44.8

45 -

P =.006

Reduction From Baseline*, %
Reduction From Baseline*, %

Irbesartan (n=32) Sparsentan (n=64) Irbesartan (n=25) Sparsentan (n=51)

w Individual dose cohorts showed clear signals of relative improvement, but did not reach statistical significance

*Geometric least squares mean reduction. P values from analysis of covariance. Analyses based on the EES.
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Modified Partial Remission Leads to Better Outcomes

Secondary adpoint based on data from the Nephrotic Syndrome Study Network (NEPTUNE) and FSGS Clinical THaITFSGS
Complete remission: UPC < 0.3 g/g
Modified partial remissionnf(PR: UPC < 1.5 g/g and 40% reduction in UPC

Proteinuria and Progression to Kidney Failure

NEPTUNE FSGET

Product-Limit Survival Estimates Product-Limit Survival Estimates
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0.0 LcI:grank p=0.0005 | | | 0.0 LcI)grank p=0.0004 | | |

0 10 20 30 0 10 20 30

Months after Month 4 follow-up visit

Proteinuria
Complete remission (n=19)
= = No response (n=54)

Modified
Partial remission (n=33)

Months after Week 26 follow-up

Proteinuria
Complete remission (n=25)
= = No response (n=57)

Modified
Partial remission (n=33)

1. Troost JP, et al. A Clinical Outcome Assessment of Proteinuria in Patients with Focal Segmental GlomerulosclerasiSoaragriof Nephrology Kidney Week; 2016. Abstract@RR17.
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PromisingnPRRates in DUET Study

AmMPRRSTAYSR a !t/ X modp Ik3I YR B nmE> NBRdAzOUAZY

30 + 28.1
P = .040
25

20

15

9.4

10

5_ -
0

Irbesartan Sparsentan, all doses
(n=32) (n=64)

Patients with Modified Partial
Remission, %

Complete remission (UPC < 0.3 g/g) was achieved by 4 sparsdrgated patients vs O irbesartan
treated patients
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DUET: Similar Incidence of TEAES Between Irbesartan and
Sparsentartreated Patients

Patientswith TEAEs During the
Double-Blind Period, %

Irbesartan SparsentanAll Doses
(n = 36) (n=73)

Any 72.2 76.7
Drugrelated 36.1 43.8
Serious 2.8 2.7

Leading to dose change or interruption 8.3 23.3
Leading to drugliscontinuation 2.8 4.1

Leading to study withdrawal 2.8 2.7

Death 0 0

Sparsentanwas generally safe and well tolerated in the stuc
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MmPRSustained During Open Label Period

Sparsentarto Sparsentan Irbesartan to Sparsentan

70 70 ~

60 - 60 -
ES ES
o 50 - 0y 50 A
2] 0
c c
o @)
o o
© 40 A B 40 A
0 o
z £
230 - = 30
] 0
= . =
2 O
IS 20 - IS 20 -

10 - 104 o

0 0
n: 73 47 35 29 26 n: 36 32 25 15 12

@ O 24hour UPC measurements at week 8
@ O First morning void (spot measure) UPC on weeks 16 to 48

wSalLl2yasS RSTFAYSR a 't/ X modp Ik3I FyYyR B nm: NBRdzOblihepgioddgiindd asweek §; basdiine foiviie Ngahey priodddiingt @as |asthhBsytvaiioh 8 St A y S @
before start of operabel sparsentan treatment (ie, week 8). 46% of sparsetr@ated patient provided spot measure (first nmong void) at week 8. Percent of patients that provided spot measure (first morning void)

at week 8 is not available for irbersartaeated patients. Based on the full analysis set.
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eGFR Remained Stable Over 48 Weeks

100 pouble Open-Label Extension
oo | BN

80 The observed beneficial effects sparsentan

70 - on proteinuria were associated with stable
60 - estimated glomerular filtration rate (eGFR)
during the open label period

Median eGFR (mL/min/1.73 m?)

20 - The median change from baseline
40 experienced some variability in both
groups, reflecting hemodynamic effects in
30 - ) . L
patients with hyperfiltration
20 - The median change returned to baseline by
=u=|RB:SPAR (n=33)
014 8 16 24 36 48
Study week
n: 50 44 50 50 47 38 30 27
33 31 26 16 11
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Phase 2 DUET Stud¥Key Conclusions

Sparsentamchieved a significant reduction in proteinuria compared witthesartanin
patients with FSGS

Progressive reduction in proteinuria and stable eGFR observed inrlapehtreatment
period to-date

The proportion of patients who achieved@PRof pr ot ei nuria (UPC < 1.
reduction in UPC) was significantly greater in teparsentantreated group and increased

throughout the openlabel period

Sparsentarwas generally safe and welblerated in the study and opeflabel extension
No withdrawals due to fluid retention during the eigiveek blinded treatment period
74 patients remained in the DUET oplabel extension as of November 2017
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Sparsentan Advancing Towards NDA Filing With Single Phase 3 T

wRetrophin recently initiated the DUPLEX Study, a global, pivotal Phase 3 clinical trial to support registration of
sparsentanfor the treatment of FSGS in the U.S. and Europe
¢ Initial sites are open and the first patients have been enrolled
¢ Expect to enroll approximately 300 patients across an estimated 150 sites globally

If Accelerated Approval grantedsparsentanon market for FSGS

Interim
Premarket Element Assessment & Confirmatory, Postmarket Element
NDA Filing
1.In concurrence with FDA 2. Substantial treatment 3. The primary endpoint of the
feedback, an unblinded effect after 36weeks study to support full approval is
analysis of at least 190 demonstrated by thenPR the change in slope of
patients is to be of proteinuria interim estimated glomerular filtration
performed after 36 weeks endpoint is expected to rate (eGFR) after 108 weeks of
of treatment to evaluate enable an NDA filing for treatment
the interim efficacy accelerated approval
endpoint under Subpart H, and CMA
in Europe
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SparsentarPhase 3 DUPLEX Study Design

, N -
Washout Double-Blind Treatment Period / Cessation Of\

2 weeks

Treatment
4 Weeks

108 Weeks

400mg

sparsentan 800mgsparsentan(400mg if not tolerated)

No RAAS
Inhibitors

No sparsentan

or irbesartan

150mgirbesartan 300mgirbesartan(150mg if not tolerated)

Week-1 Day 1: T .
A Baseline Week36: interim Week 108End of Week 112:
Up/C, eGFR Week2: analysis omPRof treatment, final End of
A Randomize target proteinuria analysis of change in Study
11 dose endpoint from slope of eGFR endpoint

anitial dose ~190 subjects from ~300 subjects/

w Global, randomized, multcenter, doubleblind, paralletarm, active controlled pivotal Phase 3 clinical trial designed in
alignment with FDA and EMA feedback

wPlan to enroll approximately 300 patients with FSGS aged 8 to 75 years, randomizegpardentanto irbesartan

w Topline data from the 36week interim efficacy endpoint analysis are expected in the second half of 2020
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Immunoglobulin A (IgA) Nephropathy

wlgA nephropathy [gAN) is an immunecomplex
mediated glomerulonephritis
¢ Characterized by hematuria, proteinuria, and variable

1. Increased circulating

rates of progressive renal failure levels of Ge-1gA1 S .
» Genetic predisposition
» Mis-trafficking of B
cells from mucosal to 3a. Immune complexes f /L
wNo FDAapproved treatments foigAN systemic sites form in the circulation |
¢ Current standard of care is RAAS blockade = '\\* :
¢ Immunosuppression is commonly used with significant .# / =L
proteinuria or rapidly progressive glomerulonephritis y 7
] ] 2. Production of Anti-IgAl 4. Immune complexes in the mesangium
wMost common primary glomerular disease antibodies (IgA or IgG) o KNt et velon B Wy
¢ Estimated prevalence of up to 165,000 in the U.S., more il » Complement activation

e Cytokine/chemokine release

*

in Europe and Asia ) e « Matrix production
. . > ; » Mesangial proliferation
¢ Most patients are diagnosed between ages 16 and 35 Foolmnogen * Glomerular sclerosis
. . o Interstitial fibrosis
¢ Up to 40% of patients progress to ESRD within 15 years \ ‘{,*

of diagnosis
¢ Reduced GFR, hypertension upon diagnosis, and
proteinuria above 1g/day are predictors of worse
prognosis
SourcePietro A. Canetta et al. CJASN 2014;9&215
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Data Support Proteinuria as Surrogate for Renal Outcomiga\id

7 R?=0.90(0.47 - 1.0)
7 Slope = 2.15(0.10 - 4.23)

w 11 randomized clinical trials contributed to a
patient-level pooled analysis evaluating the
relationship treatment effect on proteinuria
reduction at 9 months and ESRD

2 3 4

D

05

025

wResults provide evidence of a significant association
between early change in proteinuria and clinical
outcome across multiple interventions

01

Treatment effect on clinical outcome

005

T T T T T T T T T
03 04 05 0.85 0.85 1 12 15 1.8

Treatment effect on proteinuria (PU) wThe Company received feedback from both the FDA
and EMA indicating a single Phase 3 trial of
sparsentanin IgANcould support registration in the
U.S. and Europe. Study stamp activities are
underway in anticipation of initiating a pivotal study
In the fourth quarter of 2018

35% reduction in proteinuria vs control
equates to:

+ ~B8% reduction in risk of ESRD based
regression line

+ ~40% reduction in risk of ESRD based
on upper Cl (dotted gray lines)

Source: Inker et al. 201¢
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CNSANO1
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Advancing CNS@01 for Phenylketonuria (PKU)

Retrophin recently entered into a joint development agreement witbensaPharmaceuticals to evaluate
CNSA001 for the treatment of phenylketonuria (PKU)
Collaboration gives Retrophin exclusive access to a product candidate that has the potential to fulfill a
significant unmet need for PKU patients

Retrophin is funding development of CNG&L in PKU through Phase 2 proof of conc®uJ and holds
an exclusive option to acqui@ensgostPoC

PKU is a rare, genetic metabolic condition in which the body cannot breakdown phenylalaRihe @ue to
a missing or defective phenylalanine hydroxylase (PAH) enzyme

HighPhelevels can lead to developmental and physical growth delay, executive function impairment,
seizures, and microcephaly caused by t&tieaccumulation in the brain

PKU is typically diagnosed at birth and has an estimated addressable population of 45,000 to 50,000
patients worldwide

A large proportion of PKU patients do not achieve an optimal response with current standard of

CNSA001 is an orally bioavailable proprietary form skpiapterin a natural precursor of
tetrahydrobiopterin (BH4) that is converted by an endogenous enzymatic pathway to BH4
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CNSAD01 May Be More Effective at Increasing Intracellular
BH4 Levels Compared to Standard of Care

wPre-clinical research has shown CNBA1
can move across the cell membrane in — o
both an inward and outward direction
¢ The two successive reactions,
sepiapterin(SP) to dihydrobiopterin
(BH2), and BH2 to tetrahydrobiopterin
(BH4), favor production of BH4

)
e

N
<

wFor many PKU patients, increasing
intracellular BH4 is instrumental in
reducingPhe

BH4 (nmol/g wet wt)

-—
o

ﬂ
wln mice, oral administration of 180mg/kg ! . . . .
of CNSA001 was shown to be more - 2 & 8 8
potent at increasing BH4 levels when OO ime (hours)
compared to standard of care

*Internal data generated bZens&Pharmaceuticals
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Preclinical Data Also Suggest Potential For Greater
Concentrations of BH4 in the Brain

In pre-clinical modelssepiapterinhas also — _

shown an ability to cross the blootrain
barrier which, if supported by clinical 1.5 -
data, may lead to broader utility in

additional indications such as primary BH4
deficiency (PBD) an8egawasyndrome

* BH4 after 6RBH4 (po)
“-BH4 after SP (po)

Brain BH4
(nmol/g)

CNSA001 has completed the single

ascending dose portion in a Phase 1 study
and has advanced to the multiple 0 | ! ! ! |
ascending dose portion of thetudy

A Phase 2 proof of concept study in ~10X Potency If Measured As Area Under The C
patients with PKU is expected to (AUC)

commence in mie018

PoCdata expected to be available in
early 2019

Source: Hasegawa, oral administration in mice.
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Commercial Products
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hiol&® (tiopronin) Thiola

(tiopronin) tablets

R Only

wThiolais an FDA approved small molecule for the preventioncgétinestone formation
¢ Binds withcystineto form a more soluble molecule which can be excreted in the urine
¢ Not a typical kidney stone; generally does not respond to lithotripsy
¢ Percutaneousephrolithotomyor surgical intervention often required to manage stones
¢ An average of one surgical procedure every 3 years, with 7 surgical procedures by miéldle age

wThiolasignificantly reduces the number of stone events in patients waystinuria
¢ Chronic therapy taken prophylactically
¢ If left untreated,cystinuriapatients can have multiple stone events per year

wDevelopment of a new, more patienfriendly formulation ongoing; NDA expected in 2018

wAnN estimated 4,000 to 5,000ystinuriapatients are potential candidates forhiolatherapy

Reference: 1.Barbey F, Joly D, Rieu P, et al. Medical treatment of cystinuria: critical reappraisal of long-term results. J Urol. May 2000;163(5):1419-23.
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Cholban® €holicacid) % Rbolbanm

(cholic acid) capsules

First FDA approved naturaHgccurring primary bile acid for pediatric and adult patients with bile acid
synthesis disorders due to single enzyme defects and Zellweger Spectrum Disorders (ZSDs)
Seven years of U.S. market exclusivity via orphan drug designation (approved March 2015)
Oral dosing of 10 to 15 mg/kg/day

The absence afholicacid in patients leads to:

Accumulation of potentially toxic bile acid intermediates in the liver (cholestasis)
Malabsorption of fats and fasoluble vitamins in the diet

If untreated, these patients fail to grow and may develop-ifeeatening liver injury, potentially resulting in liver
transplant or death

Treatment with Cholbammay:

Prevent progression of liver disease
Normalize liver biochemical and histological abnormalities

An estimated 200 to 300 patients are current candidates for therapy;
New patients continue to be identified and begin therapy
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Chenoda® ¢henodeoxycholiacid) i s

wChenodals a synthetic bile acid approved for the treatment of gallstones, but —
usage is exclusively icerebrotendinousxanthomatosis(CTX)
¢ CTXs arare autosomal recessive lipid storage disease withargadnh onset

¢ Chenodals the only FDApproved formulation othenodeoxycholiacid, which is the
current standard of care

wRetrophin is seeking U.S. regulatory approval for the addition of the CTX indication—, |
to the Chenodalabel | /

¢ Following FDA interaction, the Company is assessing clinical efforts that could enable the
addition of CTX to th€henodalabel

A Chenodakeceived orphan designation for CTX in 2010 and could gain seven years
of U.S. market exclusivity with changes to the current label
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Operating Performance
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Retrophin Financial Profile

GAAPReported Financials 1Q18 FY17 FY16

Net Sales $38.4mm $154.9mm $133.6mm
Operating Expenses $51.1mm $179.5mm $163.7mm
Operatingincome/(Loss) ($17.9mm) ($53.8mm) ($58.2mm)
Net Income/(Loss) ($18.4mm) ($59.7mm) ($47.9mm)
Ca$ and Equivalents $264.1mm $300.6mm $302.7mm
Operating Expenses $42.1mm $134.8mm $117.5mm
Operatingincome (loss) ($5.3mm) $10.3mm $5.4mm

Net Income (loss) ($5.6mm) $10.2mm $4.4mm

Shares outstanding as of March 31, 2018: basic ~40mm, diluted ~50mm

Debt outstanding as of March 31, 2018: $46 million of convertible notes

*As presented, GAAP operating expenses include SG&A and R&D expense only. Non-GAAP adjustments include: bargain purchase gain, change in fair value of the Companyés derivati ve

compensation, depreciation and amortization, finance expense, and transaction & license fees.
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Strong Financial Foundation; Multiple Catalysts Ahead

Pipeline to Shape Four clinical programs, including three Phas@r®grams with
Promising Future first-in-class potential planned for 2018 and expected to create
significant value for patients and shareholders in the near future

Growing Commercial Organic revenue growth expected to continue in 2018,
Portfolio supporting investment in R&D

Strong Balance Sheet to Strong balanc_:e shee_t \_/vith ~$_2€_S(_)mm @ash to fund current
programs while providing flexibility to accelerate growth and
diversify the business

Provide Flexibility

*Cash and marketable securities as of March 31, 2018.
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