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Item 7.01 Regulation FD Disclosure.

On January 13, 2020, Douglas S. Ingram, President and Chief Executive Officer of Sarepta Therapeutics, Inc. (the “Company”) presented at the 38th Annual J.P.
Morgan Healthcare Conference (the “Conference”). The slides presented by Mr. Ingram at the Conference are furnished with this report as Exhibit 99.1, which is incorporated
herein by reference.

The information in this Item 7.01 is furnished pursuant to Item 7.01 and shall not be deemed “filed” for the purposes of Section 18 of the Securities and Exchange Act
of 1934, as amended (the “Exchange Act”), or otherwise subject to the liabilities of that section. It may only be incorporated by reference in another filing under the Exchange
Act or the Securities Act of 1933, as amended, if such subsequent filing specifically references the information furnished pursuant to Item 7.01 of this report.

Item 9.01 Financial Statements and Exhibits.

(d) Exhibits.

Exhibit
Number Description
99.1  Sarepta Therapeutics, Inc. Presentation at the 38th Annual J.P. Morgan Healthcare Conference dated January 13, 2020.

104  Cover Page Interactive Data File (embedded within the Inline XBRL document).
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Pursuant to the requirements of the Securities Exchange Act of 1934, the registrant has duly caused this report to be signed on its behalf by the undersigned thereunto duly
authorized.

Sarepta Therapeutics, Inc.

Date: January 13, 2020 By: /s/ Douglas S. Ingram

Douglas S. Ingram
President and Chief Executive Officer



Exhibit 99.1

Forward-looking statements

ns are intended to identify forward-look atements. These forward-looking
's potential to treat 1. 5M patients; the potential of our collaborations and partnershi ps, including with Roche, the University of
;ourgoal to create at least 2 novel gene therapy constructs per year for new indicatio ur goal of building and populating a gene editing centerof
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forward-looking statements involve risks and uncertainties, many of which are beyond our control and are based on our current beliefs, expectations and assumptions regarding our
nd financial condition could materiall atedor implied by these forward-loo statementsas a resultof suchri nd uncertainties and could materially and
results of operati isk factors include, among othe =

commitments and requiremen
sufficient for obtaining regulatory approval; our product candidate thosewith strategic partners, may not result inviable trestments suitable for commerdial zation due to a variety of reasons
including the results of future research may not be consistentwith p veresults or may fail to meet regulatory approval requirements for the safety and efficacy of product candidates; successin
preclinical testing and early clinical trials, especially if based on asmall patient sample, does not ensure that |ater clinical trials will be successful ; the expected benefits and opportunities related to our
agreements with our strategic partners may not be realized or maytake longer torealize than expected due toa vanety of reasons, including any inability of the parties to perform their commitments: and
obligations under the agreements, challenges and uncertainties inherent in produd: research and development and manufacturing limitations; if the actual number of patients suffering from DMD, LGMD,
and MPS 11 maller than estimated, our revenue and ability to achieve profitability may be adversely affected; various factors may decrease the market size of our product and product candidates,
including the severity of patient demographics and the response of patients’ immune systems to our productcandid stes; our dependence on our manufacturers to fulfill our needs forourclinical
trialzand commercial supply, including any failure onour partto accurstely anticipste product demand and timely secure manufacturing capacity tomest product demand, may impair the availability of
productsto successful ly supportvarious programs, induding research and development and the potential commerdialization of our gene therapy product candidates; may not be able tosuccessfully scle
up manufacturing of our product candidates in sufficient gual ity and quantity orwithinsufficient timelines; we may not be able to execute on our business plans and goals, including meeting our expected or
planned regulstory milestones and timelines, dinical development plans, and bringing our product candidates to market, forvarious reasons including possible limitations of our financial and other
resources, manufacturing limitations that may not be anticpated or resolved for ina timely manner, and regulatory, court or agency decisions, such as decisions by the United States Patent and Trademark
Office; and those risks identified under the heading "Risk Factors" inSarepts’s maost recent Annual Reporton Form 104K for theyear ended December 31, 2008 orand most recent Quarter by Report on Form
10-0 filed with the Securities and Exchange C: izsion (! and in its other SEC filings.

For a detailed description of risks and uncertsinties Sarepta faces, you are encouraged to review Sarepta's filings with the SEC. We caution investors not to place considerable reliance on the
forward-looking stetements contained inthis presentstion. The forward-looking ststements in this presentation are made as of the date of this presentstion only and, otherthanasrequired under applicable
law, Sarepta does not undertake any obligation to publicly update itsforward-looking statements.
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Some see slow and
steady scientific progress.

We see a revolution.

DOUG INGRAM

President and CEQ

1.P. Morgan 38th Annual Healthcare
Conferencelanuary 13, 2020
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MAKING THE REVOLUTION REAL
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OUR PIPELINE IN 2018

Sarepta-driven programs | | Sarepta’s partnered programs

GENE RNA GENE GENE ENABLING

THERAPY THERAPY EDITING TECHNOLOGIES
i - . PROGRAMS PROGRAMS PROGRAMS
—nices | R 25 programs in all

SAREFTA THERAFEUTICS, INC




OUR PIPELINE IN 2019

Sarepta-driven programs | | Sarepta’s partnered programs

L)

GENE RNA GENE GENE ENABLING

THERAPY THERAPY EDITING TECHNOLOGIES
PROGRAMS PROGRAMS PROGRAMS

42 programs in all
Potential to treat 1.5M patients*




PIPELINE®

Tools and Enablers

SAREFTA THERAFEUTICS, INC

Looking to the Future: Tools and Enablers

+  AAV Technology Collaborations
— University of Massachusetts Medical School, Dr. Guangping Gao
- Focused on developing novel human-derived vectors
— StrideBio
- Enhance targeting to tissues of interest
- Expand treatable populations
- Potential forre-dosing

*  Columbus Gene Therapy Center of Excellence - Internal Technology
Development

— Create at least 2 novel gene therapy constructs per year for new
indications

— Developed assays and reagents to understand, monitor, and
circumvent the immune system

— Established an efficient modular approach to create, test and select
robust gene therapy constructs for new indications




Sarepta establishes Gene Editing
Innovation Center (GEIC) in Durham, NC

Charlie Gersbach, Ph.D. of Duke
University

to lead GEIC
Pursuing gene editing approaches potentially
available for majority of DMD patients

+ Differentiated scientificapproach i
* Proprietary dual cut strategy for predictable and accurate ed
* Potential to mitigate safety and durability challenges facing competing approaches

+  Led by world class scientific team
* Louise Rodino-Klapac, Ph.D., Sr. Vice President, Gene Therapy, Sarepta

* Charlie Gersbach, Ph.D., Director, Center for Advanced Genomic Technologies,
Rooney Family Associate Professor of Biomedical Engineering, Director, Center for
Biomolecular and Tissue Engineering, Duke University®

“or: Gomboch will s b el o Soks tnfeeaiy




Sarepta establishes multi-year Research collaboration
with Harvard University

Amy Wagers, Ph.D., Harvard Stem Cell Institute,
to lead research project

Pursuing in-vivo genome editing approach to
treat DMD

*  Unigue strategy

* Fully and precisely restore function of the dystrophin
gene at its source in the DNA of stem cells

(satellite cells) responsible for regenerating muscle cells
*  Led by pioneering stem cell researcher
* Amy Wagers, Ph.D., Forst Family Professor, Stem Cell and Regenerative Biology,

Co-Chair, Harvard Department of Stem Cell and Regenerative Biology, Executive
Committee Member, Harvard Stem Cell Institute

Dr. Wagers’s lab successfully used gene editing in mice to remove the faulty sequences in DMD to
restore dystrophin function in heart, skeletalmuscle
and satelfite cells *
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ADVANCED CLINICAL
DEVELOPMENT

Gene Therap

SAREFTA THERAFEUTICS, INC
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The disease
Duchenne muscular dystrophy (DMD)

DMD affects approximately
1 in 3,500-5,000 males worldwide!

Heart
Diaphragm
L]

DMD is a rare, fatal neuromuscular
genetic disease inheritedinan

X-linked recessive pattern?

Skeletal
muscle

On average, every day
DMD takes the life of
a child in the United States
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DEVELOPMENT

Gene Therap

THE SCIENCE
SAREPTA’S DIFFERENTIATED GENE THERAPY FOR

SRP-9001
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ADVANCEDCLINICAL
DEVELOPMENT
Gene Therapy

SAREFTA THERAFEUTICS, INC

The clinical data

SRP-9001 demonstrated positive 9-month functional data from first 4-patient cohort

64%

Reduction of
creatine kinase!

EARLY CLINICAL RESULTS MICRO-DYSTROPHIN GENE THERAPY FOR DMD*

81% 96% 96%

Expression of Expression of Expression of
micro-dystrophin micro-dystrophin micro-cystrophin
in muscle fibers* measured by signal measured by

intensity? Western blot**t

MINE-MONTH CLINICAL RESULTS MICRO-DYSTROPHIN GENE THERAPY FOR DMD —
AVERAGE CHANGE FROM BASELINE***

4 STAIRS UP 100 M

1.2 7.95

SECOND IMPROVEMENT SECOND IMPROVEMENT

TIME TO RISE
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THE PROGRESS
SRP-9001 — STUDY 102 AND STUDY 301
ACHIEVEMENTS AND FORWARD

k MOMENTUM
.. 2019 P 2019 P
ABVANCEDCLINICAL STUDY 102 STUDY 301
DEVELOPMENT
Gene Therapy * Dosed 41 patients * Achieved commercially viable
*  Dosed placebo cross-over yields
patients

Study is progressing well
and uninterrupted
Data read out On track to

scheduled

commence study
mid-2020

forearly 2021

SAREPTA THERAFELITICS, INC




The disease
Limb-girdle muscular dystrophies (LGMDs)

Approximate global prevalence of LGMDs as
a group is 1.63 per 100,000*"

ADVANCEDCLlNlCAL Over 30 subtypes exist? ‘% \‘—q
i \

Arm and
shoulder
muscle

DEV E LO P M ENT Both genders are affected equally®

»  ThelLGMDsareagroupof genetically heterogeneous,
Gene Therap autosomalinherited

(recessive more common than dominant) muscular
dystrophies with a childhood
to adult onset?

Hip and
leg muscle

Sarepta’s 6 gene therapy programs
address over 70% of all known LGMDs>

28 i 5,78 por ADECT?
wiry P compioaty of mBgetic musler Spiopkic.

SAREFTA THERAFEUTICS, INC
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ADVANCED CLINICAL
DEVELOPMENT

Gene Therap

The science
SRP-9003 GENE THERAPY FOR LGMD2E

Designed to transduce skeletal and cardiac muscle with a gene that codes for
the full-length, native 8-sarcoglycan protein (the lack of which causes LGMDZE)

VECTOR
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ADVANCED CLINICAL
DEVELOPMENT

Gene Therap

SAREFTA THERAFEUTICS, INC

The clinical data
LGMD2E demonstrated consistent results

PRELIMINARY CLINICAL RESULTS B-SARCOGLYCAN GEMNE THERAPY FOR LIMB-GIRDLE
MUSCULAR DYSTROPHY TYPE 2E*-42

51% 47% 36% 82%

Expression of Expression of Expression of Reduction of
B-sarcoglycan in B-sarcoglycan measured by P-sarcoglycan measured creatine kinase
muscle fibers signal intensity by Western blot**

CLINICAL RESULTS B-SARCOGLYCAN GENE THERAPY FOR LIMB-GIRDLE MUSCULAR DYSTROPHY TYPE
JE*2

All patients improved in all
functional endpoints at 9 months

Foua frmm P X paied doasd e Ruody M CTReNZIE 1. Saregta Prass Felesse — Feonuary 27, 2019
FEMCH Wi ol moed 2. Saregia Press Release — Doicber 4, 2018




ADVANCED’(ﬁ_INICAL
DEVELOPMENT

Gene Therapy

SAREPTA THERAFELITICS, INC

THE PROGRESS

CLINICAL STUDY UNDERWAY FOR SRP-9003 IN
PATIENTS WITH LGMD2E

A Single-Center, Open-Label, Systemic Gene Delivery Study to Evaluate the
Safety, Tolerability, and Efficacy of SRP-9003 Administered by Systemic
Infusion in Subjects With LGMD2E (8-Sarcoglycan Deficiency)

2019 Achievement
2 patients dosed (30kgs and 40kgs)

Read out from high-dose cohort,

early Q2 2020
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ADVANCED CLINICAL
DEVELOPMENT

Gene Therap

SAREFTA THERAFEUTICS, INC

GENE THERAPY ENGINE AT
WORK ACROSS LGMD PROGRAMS

LGMD2D LGMD2B LGMD2C

f
AAVThTSL
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LGMD2L LGMD2ZE




The disease
Mucopolysaccharidosis Type llIA (MPS IlIA)

Central Nervous System

MPS llIA has a worldwide incidence of
up to 1.62 per 100,000 live births?*

O Brain

ADVANCED CLINICAL
DEVELOPMENT * Signs and symptoms usually become

Gene Therap apparentin early childhood and include,
developmental delays (e.g., speech
problems), challenging behaviors, extreme
hyperactivity and poor sleep?

O Spinal cord

No approved treatment indicated
for MPS IlIA2

1. Tdo T, Cacieck €, of ol. Bufiomiciegy of SeeShppoayetiome: ruls of & yolonafic it coaow. Orpfeect | of S Do 20152131},
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ADVANCED CLINICAL
DEVELOPMENT

Gene Therap

SAREFTA THERAFEUTICS, INC

THE SCIENCE
LYS-SAF302, PARTNERED WITH LYSOGENE,
A GENE THERAPY FOR MPS I11A

/ PROMOTER

CAG




THE PROGRESS
LYS-SAF302, A GENE THERAPY IN CLINICAL
DEVELOPMENT FOR PATIENTS WITH MPS I11A

ADVANCED CLINICAL 2019 Progress
DEVELOPMENT Phase 2/3 AAVance study

Gene Therapy

+ Initiated Phase 2/3 study in MPS IlIA patients

* Completed 2-year natural history studyin MPS
IIIA (serve as control arm for Phase 2/3)

*  Enrolled 15 patientsin Phase 2/3 study

5; Complete dosing (N=20) — H1 2020

SAREPTA THERAFELITICS, INC




THE SCIENCE: PROPRIETARY PMO
s - (H ], A —

Specificity: Enhanced affinity for targeting pre-mRNAfor precise binding to the selected RNA target
Stabifity: Highly resistant to degradation by enzymes

ADVANCED CLINICAL
DEVELOPMENT

Versatility: Ability to rapidly design and construct drug candidates that are specific for human or
pathogen RNA; and target specific tissues

Safety: Built upon a charge-neutral backbone, which may be reflected in tolerability

Exons

ALLIANCES

4 Aeaeeedlm——330300000

Protein
The PMO directs the splicing machinery to skip an exon when processing the pre-mRNA. As a

result, the alternate mRNA allows for the production of a shortened, functional dystrophin
protein.

SAREFTA THERAFEUTICS, INC




ADVANCED CLINICAL
DEVELOPMENT

SAREFTA THERAFEUTICS, INC

2019 ACCOMPLISHMENTS:
PROPRIETARY PMO TECHNOLOGY

* Completed U.S. submission for VYONDYS 53 (Q1 2019)

* Announced positive dystrophin expressionresults for casimersen
totreat exon 45 amenable patients (Q1 2019)

* Received a Complete Response Letter (CRL) for VYONDYS 53
(August 2019)

* Received approval for VYONDYS 53 (December 2019)
— The fastest CRLreversal in FDA history




ADVANCEDCLINICAL
DEVELOPMENT

SAREFTA THERAFEUTICS, INC

EXONDYS 51 REVENUE SINCE 2016
LAUNCH*

5400

= Q4 revenue

$100.1
M {Unaudited)

300

200

S Millions

100

2016 2017 2018 Actual 2019
Revenue




ADVANCED CLINICAL
DEVELOPMENT

SAREFTA THERAFEUTICS, INC

POISED TO HAVE 3 PMOS SERVING

THE COMMUNITY IN 2020

Lot st
L i ]

Exondys 51 s
(eteplisen) Infoction
s

50 giam A

For ntcavencns Inksion. B0 o
Abes Diton s

September 2016:
Approved to treat patients
with a confirmed genetic
mutation that is amenable
to exon 51 skipping

(13% of DMD
population)*

NG G0REIESR o
RuOrly RGP

Vyondys 53™ e
{golodirsen) Injection.

December 2019:
Approved to treat patients
with a confirmed genetic
mutation that is amenable
to exon 53 skipping

(8% of DMD population)*®

Foardidais mmmvst acedTaiet assemal m Pw U, seefematey sldm rmoirst

CASIMERSEN
(SRP-4045)

January 2020:
Initiated rolling
NDA submission
(8% of DMD
population)




THESUIENCE: PPVIL)
NEXT-GENERATION TECHNOLOGY

Peptide phosphorodiamidate
morphaline ofigomer (PPMO)
Technology

ADVANCED CLINICAL
DEVELOPMENT Enhances PMO

Conjugated peptide greatly
increases cell penetration

Could potentially lead to more
efficient dosing for patients

Able to deliver PMOs to unigue
muscle types (e.g., heart)

SAREFTA THERAFEUTICS, INC
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' . 2019 Progress
ADVANCED‘&|N|CAL
DEVELOPMENT STUDY for SRP-5051

* |nitiated MAD study in patients with DMD

THE SCIENCE: PPMO
NEXT-GENERATION TECHNOLOGY

Safety and dosing insights

in mid-2020

SAREPTA THERAFELITICS, INC




Outstanding talent

* We have grown to nearly 800 employees
across 4 sites inthe U.S.

New 2019

Clinical Development “

Regulatory Affairs & Quality 47

Technical Operations “
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Expanded locations and capabilities

+  Columbus, Ohio Gene TherapyCenter of Excellence
*  Overview
—  Planned expansion of facility in 2020
—  Allemployees have deep AAV expertise
+  Strategic Imperatives
—  Executeoncurrentinternal and partnered programs
- Continue to build anenduring gene therapy engine

—  Advance business development/alliance management strategy

= Burlington, Massachusetts

«  Established intellectual hub for advanced scale-up and tech transfer capabilities
= Andover, Massachusetts

= Expandedlab and office facility (36 acresin total)

*  Enhanced Pharmaceutical and Analytical Development capabilities

SAREFTA THERAFEUTICS, INC
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SAREPTA THERAFELITICS, INC

Significant progress on ]
gene therapy manufacturing

Expanded Relationshipswith ThermoFisher (Brammer)and
Catalent (Paragon) to increase capacity
— Broad access to capacityin two locations

- Includes dedicated capacity and additional expansion options
— Completed single-use SRP-3001 facility at Lexington, Massachusetis

Commenced LGMD process development and analytical developmentwork

Advanced Process Development and
Analytical Development for SRP-9001

Achieving yields sufficient to commence study 301 and

support commercial launch of SRP-9001




Establishing a distinct partnership
model to drive future success

STRIDEBIO ROCHE
GENETHON

AR Bagi COLUMBIA
a-—i ‘B UNIVERSITY NATIONWIDE
5-[|l||

“EXPANDED'

CHILDREN'S HOSPITAL

ALL!ANCES UNIVERSITY OF

MASSACHUSETTS UNIVERSITY OF

MEDICAL SCHOOL MINNESOTA
INSTITUTE OF
UNIVERSITY OF
FLORIDA COLLEGE MYOLOGY
OF MEDICINE
HARVARD
LACERTA UNIVERSITY
THERAPEUTICS

DUKE MURDOCH
UNIVERSITY | ysOGENE UNIVERSITY




Sarepta and Roche: ex-us strategic
Alliance,

SRP-2001 micro:dystrophin gene therapy, for DMD

Together, we will reach

more DMD patients Possibility of success
faster than we could greatly increased
on our own
* Roche’s reputation and * Greater than $2B in cash to
expertise in neuromuscular support our goals
and DMD is significant and - Focused on strategic

its global reach and

i priorities
capabilitiesare unmatched

Ranked as the largest gene therapy licensing deal and

the largest single candidate ex-US licensing deal in history

SAREPTA THERAFELITICS, INC




A New Addition to Sarepta’s Board

JOHN C. MARTIN, Ph.D.

Industry veteran; former Chairman, CEO and President, Gilead Sciences

* Grew portfolio to 24 approved therapies
(total annualrevenues, $32B+)

* TransformedGilead’s HIV and Hepatitis C portfolios,
benefitting patients worldwide

SAREPTA THERAFELITICS, INC




UPCOMING MILESTONES (NEXT 12-18 MONTHS)

SRP-9001 (micro-dystrophin) Gene Therapy

- Complete commercial process development
and analytical development (H1)

= Gain insights from U.S. Food and Drug
Administration on CMC and analytical assays for
study 301 (Q2)

- Commence study 3 (mid-year)

- Expression and functional read out of study 102
(early 2021)

SRP-5051 rPviO
- Obtain safety and dosing insight (mid-year)

SAREPTA THERAFELITICS, INC

SRP-9003 Gene Therapy
- Read out of high-dose cohort and select dose (Q2)
- Gain regulatory and manufacturing insight (Q4)

LYS-SAF302 Gene Therapy
- Complete dosing (H1)




Connor Lulu
LIVING WITH LIVING WITH LIVING WITH LIVING WITH

DUCHENNE LGMD2E MPS A DUCHENNE




SAREPTA

THERAPEUTICS

#DragTomorrowlntoToday
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TODAY are trademarks of Sarepta Therapeutics, inc.







