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Forward-Looking Statements

This presentation contains άforward-looking statementsέ within the meaning of the Private Securities Litigation Reform Act of 1995, including 
statements regarding the CompanyΩs IGNITE DMD clinical trial,  ability of the Company to continue dosing patients in the IGNITE DMD trial, the 
implication of interim clinical data, the safety or potential treatment benefits of SGT-001 in patients with Duchenne, the CompanyΩs expectations for 
reporting future data from the IGNITE DMD trial, the CompanyΩs regulatory plans and timelines, the CompanyΩs SGT-003 pipeline program and other 
statements containing the words άanticipate,έ άbelieve,έ άcontinue,έ άcould,έ άestimate,έ άexpect,έ άintend,έ άmay,έ άplan,έ άpotential,έ άpredict,έ 
άproject,έ άshould,έ άtarget,έ άwould,έ άworkingέ and similar expressions. Any forward-looking statements are based on managementΩs current 
expectations of future events and are subject to a number ofrisks and uncertainties that could cause actual results to differ materially and adversely 
from those set forth in, or implied by, such forward-looking statements. These risks and uncertainties include, but are not limited to, risks associated 
with the CompanyΩs ability to continue IGNITE DMD on the timeline expected or at all; obtain and maintain necessary approvals from the FDA andother 
regulatory authorities; obtain and maintain the necessary approvals from investigational review boards at clinical trial sites and the IGNITE DMD 
independent data safety monitoring board; enroll patients in IGNITE DMD; on the timeline expected; the CompanyΩs dosing strategy; replicate in clinical 
trials positive results found in preclinical studies and earlier stages of clinical development; whether the interim data presented in this release will be 
predicative of the final results of the trial or will demonstrate a safe or effective treatment benefit of SGT-001; whether the methodologies, assumptions 
and applications we utilize to assess particular safety or efficacy parameters will yield meaningful statistical results; advance the development of its 
product candidates under the timelines it anticipates in current and future clinical trials; successfully optimize and scale its manufacturing process; 
obtain, maintain or protect intellectual property rights related to its product candidates; compete successfully with other companies that are seeking to 
develop Duchenne treatments and gene therapies; manage expenses; and raise the substantial additional capital needed, on the timeline necessary 
continue development of SGT-001, SGT-003 and other product candidates, achieve its other business objectives and continue as a going concern.  For a 
discussion of other risks and uncertainties, and other important factors, any of which could cause the CompanyΩs actual results to differ from those 
contained in the forward-looking statements, see the άRisk Factorsέ section, as well as discussions of potential risks, uncertainties and other important 
factors, in the CompanyΩs most recent filings with the Securities and Exchange Commission. In addition, the forward-looking statements included in this 
presentation represent the CompanyΩs views as of the date hereof and should not be relied upon as representing the CompanyΩs views as of any date 
subsequent tothe date hereof. The Company anticipates that subsequent events and developments will cause the Company's views to change. 
However, while the Company may elect to update these forward-looking statements at some point in the future, the Company specifically disclaims any 
obligation to do so. No representation or warranty is made as to the accuracy or completeness of the information or analysis in this presentation. 
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2021 Priorities and Anticipated Milestones

Present 90-day biopsy data 
for additional patients dosed 
in IGNITE DMD 
(2H 2021)

Resume dosing patients 
in IGNITE DMD 
(Q1 2021)

Present 12-month safety 
& efficacy for patients 1-6 
(Q1 2021)

Further pipeline expansion

V V

Advance towards 
commercial readiness

Prepare for registration 
study

V
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IGNITE DMD Dosing Update

SGT-001 Clinical Program
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Patient 8 Post Dosing Clinical Course

ÅPatient 8 experienced an inflammatory response, which was classified as a serious 
adverse event (SAE) and considered by the investigator to be drug-related. 

ÅComponents of this SAE were similar toinflammatory responses seen in other patients 
but less severe than Patient 6

ÅAs of his 30-day visit, most laboratory values had returned to normal or continue to 
trend towards normal

ÅData on this SAE have been shared with FDA and DSMB 

ÅInternal teams and external experts are doing an extensive analysis of the SAE to gain 
insight into its cause and determine potential steps to further enhance patient safety
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SGT-001 Update

Long-Term Protein Expression Data 

Functional Data Summary
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Durable, Muscle-Wide Microdystrophin Expression in All Patients Dosed at 2E14 vg/kg

~50-70% Positive 
Fibers

~50-70% Positive 
Fibers

~10-20% Positive 
Fibers

Baseline Day 90 Last Timepoint

~50-60% Positive 
Fibers

~85% Positive Fibers

~10-30% Positive 
Fibers

Pt 4
(24 Months)

Pt 5
(18 Months)

Pt 6
(12 Months)
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Persistent Microdystrophin Expression Observed in Long-Term Biopsies

Dystrophin

Microdystrophin

Dystrophin

Microdystrophin

Patient 6

% Normal Dystrophin

Day 90 Last Timepoint

Pt 4 BLQ BLQ
(24 months)

Pt 5 17.5% 69.8%
(18 months)

Pt 6 8.0% 20.3%
(12 months)

Quantitation of Microdystrophin Expression via Western Blot

Patients 4 & 5

Comparison of Microdystrophin Expression
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Sustained Microdystrophin Expression at җ12 months

Patient % Normal Dystrophin (WB) % Microdystrophin Positive Fibers (IF)

Day 90 Last Timepoint Day 90 Last Timepoint

Pt 4 BLQ BLQ 11% 32%

Pt 5 17.5% 69.8% 71% 84%

Pt 6 8.0% 20.3% 76% 62%

Pt 4 Pt 5 Pt 6
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Microdystrophin Function: Restoration of ̡-Sarcoglycan to the Sarcolemma

Microdystrophin -̡Sarcoglycan Merged

Pt 4
(24 Months)

Pt 5
(18 Months)

Pt 6
(12 Months)


