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Item 2.02. Results of Operations and Financial Condition.

On November 3, 2025, Solid Biosciences Inc. (the “Company”) announced its financial results for the third quarter ended September 30, 2025. The full
text of the press release issued in connection with the announcement is furnished as Exhibit 99.1 to this Current Report on Form 8-K and is incorporated
herein by reference.

The information provided under Item 2.02 of this Current Report on Form 8-K (including Exhibit 99.1) shall not be deemed “filed” for purposes of
Section 18 of the Securities Exchange Act of 1934, as amended (the “Exchange Act”), or otherwise subject to the liabilities of that section, nor shall it
be deemed incorporated by reference in any filing under the Securities Act of 1933, as amended (the “Securities Act”), or the Exchange Act, except as
expressly set forth by specific reference in such a filing.

Item 7.01. Regulation FD Disclosure.

On November 3, 2025, the Company announced positive new interim data from its Phase 1/2 INSPIRE DUCHENNE clinical trial. A copy of the press
release issued in connection with the announcement is furnished as Exhibit 99.1 to this Current Report on Form 8-K and is incorporated herein by
reference.

Also on November 3, 2025, the Company made available an updated corporate presentation on its website. The corporate presentation is furnished as
Exhibit 99.2 to this Current Report on Form 8-K.

The information provided under Item 7.01 of this Current Report on Form 8-K (including Exhibits 99.1 and 99.2) shall not be deemed “filed” for
purposes of Section 18 of the Exchange Act, or otherwise subject to the liabilities of that section, nor shall it be deemed incorporated by reference in any
filing under the Securities Act or the Exchange Act, except as expressly set forth by specific reference in such a filing.

Item 8.01. Other Events.

On November 3, 2025, the Company announced positive new interim data from its Phase 1/2 INSPIRE DUCHENNE clinical trial, a Phase 1/2
first-in-human, open-label, single-dose, multicenter trial designed to evaluate the safety, tolerability and efficacy of SGT-003 in pediatric participants
with Duchenne muscular dystrophy at a dose level of 1E14vg/kg. SGT-003 is administered as a one-time intravenous infusion, and a regulatory update.

INSPIRE DUCHENNE
Interim Clinical Data Update

The interim clinical data is reported as of a September 29, 2025 data cutoff date, with additional safety data reported as of October 31, 2025. As of
October 31, 2025, 23 participants have been dosed in the trial. Enrollment in INSPIRE DUCHENNE is ongoing at 15 clinical trial sites across the
United States, Canada, Italy and the United Kingdom. The Company expects to dose a total of 30 participants by early 2026.

Statistical correlations, as measured by the Pearson correlation coefficient, were observed between Day 90 SGT-003 microdystrophin therapy and
reconstitution of key components of the dystrophin-associated protein complex (“DAPC”), including beta-sarcoglycan and neuronal nitric oxide
synthase (“nNOS”). Beta-sarcoglycan is a critical component of the dystrophin associated / sarcoglycan complex that is highly expressed in cardiac and
skeletal muscle and plays a crucial role in maintaining muscle integrity. Myopathy and cardiomyopathy are observed in diseases in which the
sarcoglycan complex is absent. nNOS plays an important role in protecting cardiac and skeletal muscle by improving vasodilation and reducing
functional ischemia and muscle breakdown. The Company’s microdystrophin construct is the only microdystrophin gene therapy, approved or
investigational, that contains the R16/R17 binding domain, which localizes nNOS to the muscle membrane.

Strong correlations were also observed between SGT-003 microdystrophin therapy and improvements in several biomarkers of muscle integrity,
including serum creatine kinase (“CK”), lactate dehydrogenase (“LDH”), aspartate aminotransferase (“AST”) and embryonic myosin heavy chain
(“eMHC”), suggesting a coordinated downstream effect of treatment with SGT-003.



Correlation of SGT-003 Microdystrophin Levels with Biomarker % Increase from Baseline (N=10) Pearson Correlation*

Day 90 SGT-003 microdystrophin positive fibers and beta-sarcoglycan positive fibers 0.95
Day 90 SGT-003 microdystrophin positive fibers and nNOS activity 0.95
Correlation of SGT-003 Microdystrophin Levels with Biomarker % Decrease from Baseline (N=7 unless noted) Pearson Correlation**  _
Day 90 SGT-003 microdystrophin expression (mass spectrometry) and Day 180 CK -0.78
Day 90 SGT-003 microdystrophin expression (western blot) and Day 180 CK -0.71
Day 90 SGT-003 microdystrophin positive fibers (immunofluorescence) and Day 180

CK -0.54
Day 90 SGT-003 microdystrophin expression (western blot) and Day 180 LDH -0.71
Day 90 SGT-003 microdystrophin expression (mass spectrometry) and Day 180 LDH -0.55
Day 90 SGT-003 microdystrophin expression (western blot) and Day 180 AST -0.54
Day 90 SGT-003 microdystrophin positive fibers and embryonic myosin heavy chain

(eMHC) positive fibers (N=10) -0.51

*  Ascore of 1 indicates a perfect, positive linear relationship;
** A score of -1 indicates a perfect, negative linear relationship, Larger absolute values indicate stronger
correlations.

SGT-003, utilizing the Company’s proprietary, rationally designed capsid, AAV-SLB101, has demonstrated strong transduction, achieving a mean of 13
vector copies per nucleus (N=10) at Day 90, along with meaningful restoration of biologic correlates across several measures of microdystrophin,
components of the DAPC, and multiple biomarkers of muscle integrity and preservation.

In the 10 participants (aged 5-10) whose Day 90 biopsies were evaluated as of the September 29, 2025 data cutoff date, the Company observed mean
microdystrophin expression of 58%, as measured by both western blot and mass spectrometry, and mean microdystrophin positive fibers of 51%, as
measured by immunofluorescence. Furthermore, in each of those 10 participants, the Company observed properly localized and restored beta-
sarcoglycan positive fibers at the mean 50% level as measured by immunofluorescence and nNOS activity-positive fibers (a less sensitive activity assay)
at the mean 26% level.

Available Day 360 biopsy data from 2 participants (aged 5) as of September 29, 2025, demonstrated encouraging and durable transduction, achieving a
mean of 12 vector copies per nucleus, as well as robust mean microdystrophin expression of 107%, as measured by western blot, and 100%, as
measured by mass spectrometry, mean microdystrophin positive fibers of 67% and mean beta-sarcoglycan positive fibers of 70%, both measured by
immunofluorescence, and mean nNOS activity-positive fibers of 36%.

Additionally, a mean 49% reduction in percent eMHC positive fibers, a histologic marker of muscle regeneration and disease progression, was observed
at Day 90 (N=10). As muscle fibers deteriorate, muscle stem cells are activated to repair and replace damaged muscle fibers; during this process, new
muscle fibers transiently express eMHC. In Duchenne, this stem cell-mediated repair process is futile because muscle fibers that are developed from
stem cells lack dystrophin and therefore will be dystrophic. Consequently, the presence of eMHC positive fibers is an informative biomarker of disease
progression, signaling constant muscle injury, breakdown and deterioration. A treatment-mediated decrease in eMHC is a favorable observation, and in
combination with other markers of reduced muscle injury, suggests overall muscle preservation.



Favorable reductions across a range of biomarkers of muscle injury and breakdown were observed through both Day 90 and Day 360:

Day 90 Mean Reductions

Serum Biomarkers (N=14 unless noted)
Serum creatine kinase (CK) 34%
Serum alanine transaminase (ALT) 41%
Serum aspartate aminotransferase

(AST) 25%
Serum lactate dehydrogenase (LDH)* 42%
Serum titin** 22%

Day 360 Mean Reductions
(N=3 unless noted)

42%
29%

40%
46%
25%

*  N=12 participant samples available at Day 90 for LDH (two samples hemolyzed);
**  N=11 participant samples available at Day 90 and N=2 samples available at Day 360 for titin, which was

batch-analyzed at an earlier cutoff date.

Interim Cardiac Monitoring

Mean cardiac function trended into normal left ventricular ejection fraction (“LVEF”) ranges (60-69%) for all SGT-003-treated participants who reached
the Day 180 follow-up timepoint (N=8) as of the September 29, 2025, data cutoff date. Though cardiac injury biomarkers and cardiac imaging were
collected primarily for safety analysis, early data may indicate a potential for benefit through reduction in troponin I (“cTnl”) and increased systolic
function as measured by LVEF by echocardiography. Observed increases in systolic function as measured by LVEF appeared to have been driven largely
by participants with low to low-normal systolic function at baseline.

Mean reductions from baseline in serum cTnl of 31% at Day 90 (N=14) and 70% at Day 360 (N=3) were observed with reductions driven by
participants who entered the trial with elevated baseline cTnl levels. ¢cTnl is an important marker that can be predictive of severe cardiac disease in
neuromuscular diagnoses.
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Interim Safety Update

SGT-003 has been generally well tolerated in the 23 participants dosed as of October 31, 2025. Steroids alone were utilized as the prophylactic

immunomodulation regimen. Signals of asymptomatic and self-resolving platelet declines and thrombocytopenia observed in early participants in the
trial have been ameliorated in subsequent participants.

As of October 31, 2025, there was one treatment-related serious adverse event (“SAE”) reported in the INSPIRE DUCHENNE trial. This SAE was
identified as a Grade 3 immune-mediated myositis which, importantly, was not associated with muscle pain or weakness, and occurred in a participant
who had a large deletion in a region coded for by SGT-003’s microdystrophin. The participant promptly responded to steroid treatment with all clinical
symptoms noted at presentation resolving and with muscle biomarkers, including CK, declining well below baseline levels. This SAE was reviewed by
the trial data and safety monitoring board with the recommendation to continue dosing without interruption.

As of October 31, 2025, the most common treatment related adverse events (n=23) included nausea (73.9%), vomiting (69.6%), decreased appetite
(47.8%), thrombocytopenia /platelet count decreased (47.8%), and headache (26.1%).

In Duchenne, transaminase elevations are the result of ongoing muscle injury as opposed to liver injury. Therapeutic interventions that lead to reductions
in transaminases therefore indicate muscle protection in the setting of an avoidance of demonstrable liver injury, especially when more specific liver
injury markers remain stable. As of the September 29, 2025, data cutoff date, the Company observed a mean alanine transaminase (“ALT”) reduction of
41% (N=14), a mean AST reduction of 25% (N=14) and stable mean gamma-glutamyl transferase levels through Day 90 (N=14). Mean reductions of
40% AST and 29% ALT were observed in the three participants who reached the Day 360 follow-up. There have been no cases of drug-induced liver
injury (DILI) observed as of October 31, 2025 (N=23).

SGT-003 Regulatory Update

The Company plans to meet with the U.S. Food and Drug Administration (the “FDA”) in the first half of 2026 to discuss potential registrational
pathways, including accelerated approval pathways, for SGT-003. The Company continues to dose participants in the INSPIRE DUCHENNE trial in the
interim, with additional participant safety, clinical activity and functional data expected to enable a more robust discussion with the FDA.

Critically, the Company believes it has aligned with the FDA on SGT-003’s potency assay strategy and will continue additional commercial-readiness
CMC activities, with its process performance qualification manufacturing batches expected to be completed in 2026.



IMPACT DUCHENNE

In October 2025, the Company activated the first clinical trial site and began participant screening for IMPACT DUCHENNE, a Phase 3 randomized,
double-blind, placebo-controlled clinical trial assessing SGT-003. IMPACT DUCHENNE will be conducted in pediatric participants outside of the
United States and was designed to support potential ex-U.S. regulatory authorizations. The Company has received regulatory approvals to conduct
IMPACT DUCHENNE in both Canada and Australia, and the Company plans to expand the trial into additional countries, subject to receipt of
regulatory approvals.

Cautionary Note Regarding Forward-Looking Statements

This Current Report on Form 8-K contains “forward-looking statements” within the meaning of The Private Securities Litigation Reform Act of 1995,
including statements regarding future expectations, plans and prospects for the Company; the ability to successfully achieve and execute on the
company’s goals, priorities and key clinical and preclinical milestones; strategies and expectations for the Company’s SGT-003, SGT-212, SGT-501 and
SGT-601 programs; expectations for site activations, planned enrollment, planned regulatory interactions and the potential approval pathways for
SGT-003; plans for enrollment in the clinical trial of SGT-212; timing of planned clinical trial of SGT-501; and other statements containing the words
“anticipate,” “believe,” “continue,” “could,” “estimate,” “expect,” “intend,” “may,” “plan,” “potential,” “predict,” “project,” “should,” “target,”
“would,” “working” and similar expressions. Any forward-looking statements are based on management’s current expectations of future events and are
subject to a number of risks 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 Company’s ability to advance
SGT-003, SGT-212, SGT-501, SGT-601 and other preclinical programs and capsid libraries on the timelines expected or at all; obtain and maintain
necessary approvals and designations from the FDA and other regulatory authorities; replicate in clinical trials positive results found in preclinical
studies and early-stage clinical trials of the Company’s product candidates; obtain, maintain or protect intellectual property rights related to its product
candidates; compete successfully with other companies that are seeking to develop Duchenne, Friedreich’s ataxia and other neuromuscular and cardiac
treatments and gene therapies; manage expenses; raise the substantial additional capital needed, on the timeline necessary, to continue development of
SGT-003, SGT-212, SGT-501, SGT-601 and other candidates; and 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 Company’s actual results to differ from those
contained in the forward-looking statements, see the “Risk Factors” section, as well as discussions of potential risks, uncertainties and other important
factors, in the Company’s most recent filings with the Securities and Exchange Commission, and other filings that the Company may make with the
Securities and Exchange Commission in the future. In addition, the forward-looking statements included in this Current Report on Form 8-K represent
the Company’s views as of the date hereof and should not be relied upon as representing the Company’s views as of any date subsequent to the 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.
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d) Exhibits

Exhibit
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99.1 Press Release dated November 3, 2025
99.2 Solid Biosciences Inc. Presentation November 2025

104 Cover Page Interactive Data File (embedded within the Inline XBRL document)
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Solid Biosciences Reports Third Quarter 2025 Financial Results and Provides Update on INSPIRE DUCHENNE Clinical Trial Progress and
Planned Regulatory Discussions

- Duchenne (SGT-003): 23 participants have been dosed in the INSPIRE DUCHENNE trial as of October 31, 2025; Solid expects to have dosed 30
participants in total by early 2026, then plans to meet with the FDA to discuss potential registrational pathways in HI 2026 -

- SGT-003 has been generally well tolerated using a steroid-only prophylactic immunomodulation regimen, cardiac safety monitoring continued to show
reduction in cardiac injury and early signals of cardiac function normalization -

- Day 90 biopsy data from 10 treated participants (ages 5-10) showed all participants responded to treatment with mean microdystrophin expression of
58% by western blot, 58% by mass spectrometry, mean microdystrophin positive fibers of 51% by immunofluorescence, and mean beta-sarcoglycan
positive fibers of 50% by immunofluorescence -

- Strong statistical correlations observed between Day 90 microdystrophin expression levels and key components of the dystrophin-associated protein
complex (DAPC), beta-sarcoglycan (v = 0.95) and nNOS (r = 0.95), demonstrated evidence of SGT-003-mediated DAPC restoration and concordant
signals of muscle protection via reductions in CK levels (r = -0.78) -

- Solid has activated the first clinical trial site and is currently screening participants for IMPACT DUCHENNE, a Phase 3 randomized, double-blind,
placebo-controlled ex-U.S. clinical trial of SGT-003 -

- FA (SGT-212): Solid has activated the first clinical trial site and is currently screening participants for FALCON, a Phase 1b first-in-human clinical
trial evaluating SGT-212 for the treatment of Friedreich's ataxia -

- CPVT (SGT-501): Clinical trial site activation for ARTEMIS, a Phase 1b first-in-human clinical trial evaluating SGT-501 for the treatment of
catecholaminergic polymorphic ventricular tachycardia expected in Q4 2025 -

- Capsids (AAV-SLB101): Over 30 agreements including licenses executed with corporations, institutions, and academic labs for the use of
AAV-SLB101 -

- Cash: Company ended Q3 2025 with $236.1 million in cash, cash equivalents and available-for-sale securities; Solid has anticipated cash runway into
HI 2027 -



CHARLESTOWN, MA, November 3, 2025 — Solid Biosciences Inc. (Nasdaq: SLDB) (the “Company” or “Solid”), a life sciences company developing
precision genetic medicines for neuromuscular and cardiac diseases, today reported financial results for the third quarter ended September 30, 2025, and
announced positive new interim data from the Phase 1/2 INSPIRE DUCHENNE clinical trial. The Company also provided an update to the planned
timing of its meeting with the U.S. Food and Drug Administration (FDA) to discuss potential registrational pathways, including accelerated approval
pathways, for SGT-003.

Bo Cumbo, President and CEO of Solid Biosciences commented, “The interim INSPIRE DUCHENNE data reported today strengthens our confidence
in SGT-003’s therapeutic potential. From strong observed biological correlations of SGT-003 microdystrophin expression levels with properly localized
restoration of key components of the dystrophin-associated protein complex to early evidence of cardiac function normalization, we are observing a
clear and cascading effect in the human body, suggesting a coordinated, systemic response to treatment. We believe these interim data represent one of
the most thorough early analyses of any Duchenne gene therapy to date. The quality and concurrence of these interim findings reinforce our conviction
in SGT-003’s potential to translate molecular impact into meaningful clinical outcomes.”

Gabriel Brooks, MD, Chief Medical Officer of Solid Biosciences commented, “We are gratified and encouraged by the interim data observed to date.
SGT-003 has been generally well tolerated with a minimally burdensome, prophylactic immunomodulatory regimen consisting of steroids alone.
Importantly, early data suggests stabilization and improvement in cardiac function, as evidenced by both reductions in elevated baseline serum cardiac
troponin I levels and a normalization in left ventricular ejection fraction (LVEF). We look forward to monitoring these cardiac markers closely as
potential key differentiators of SGT-003.”

Mr. Cumbo continued, “In light of the evolving regulatory landscape and the rapid pace of enrollment in INSPIRE DUCHENNE, we have made the
proactive decision to move our planned meeting with the FDA to the first half of 2026. The additional time will enable us to 1) generate a more fulsome
data set for discussion with the FDA, 2) work towards a comprehensive external comparator based on high-quality, well-matched natural history data, 3)
begin our process performance qualification (PPQ) manufacturing runs with our CDMO partner in preparation for a potential biologics license
application (BLA) submission, and 4) initiate dosing in IMPACT DUCHENNE, our Phase 3 randomized, double-blind, placebo-controlled clinical trial
that will be conducted outside of the United States. We believe these activities put Solid in the best position to deliver the most compelling package to
regulators.

“Our priority now is to rapidly build a robust data set to support a potential accelerated regulatory pathway for SGT-003, and we are committed to
executing with urgency to deliver on SGT-003’s potential as quickly as possible. Beyond SGT-003, our lead pipeline programs continue to progress. We
are excited to announce that we have recently activated the first clinical trial site for FALCON, a first-in-human Phase 1b clinical trial evaluating our
novel dual route Friedreich’s ataxia gene therapy candidate, SGT-212. Later in the fourth quarter of 2025, we also expect to activate our first clinical
trial site for ARTEMIS, a first-in-human Phase 1b clinical trial evaluating SGT-501, our gene therapy candidate intended to treat catecholaminergic
polymorphic ventricular tachycardia. We look forward to continued advancement across our suite of therapeutics and delivery technologies in the
quarters to come,” Mr. Cumbo concluded.



INSPIRE DUCHENNE - Interim Clinical Data Update

INSPIRE DUCHENNE is a Phase 1/2 first-in-human, open-label, single-dose, multicenter trial designed to evaluate the safety, tolerability and efficacy
of SGT-003 in pediatric participants with Duchenne at a dose level of 1E14vg/kg. SGT-003 is administered as a one-time intravenous infusion.

The interim clinical data reported in this release are as of a September 29, 2025, data cutoff date, with additional safety data reported as of October 31,
2025. As of October 31, 2025, 23 participants have been dosed in the trial. Enrollment in INSPIRE DUCHENNE is ongoing at 15 clinical trial sites
across the United States, Canada, Italy and the United Kingdom. The Company expects to dose a total of 30 participants by early 2026.

Statistical correlations, as measured by the Pearson correlation coefficient, were observed between Day 90 SGT-003 microdystrophin therapy and
reconstitution of key components of the dystrophin-associated protein complex (DAPC), including beta-sarcoglycan and neuronal nitric oxide synthase
(nNOS). Beta-sarcoglycan is a critical component of the dystrophin associated / sarcoglycan complex that is highly expressed in cardiac and skeletal
muscle and plays a crucial role in maintaining muscle integrity. Myopathy and cardiomyopathy are observed in diseases in which the sarcoglycan
complex is absent. nNOS plays an important role in protecting cardiac and skeletal muscle by improving vasodilation and reducing functional ischemia
and muscle breakdown. Solid’s microdystrophin construct is the only microdystrophin gene therapy, approved or investigational, that contains the
R16/R17 binding domain, which localizes nNOS to the muscle membrane.

Strong correlations were also observed between SGT-003 microdystrophin therapy and improvements in several biomarkers of muscle integrity,
including serum creatine kinase (CK), lactate dehydrogenase (LDH), aspartate aminotransferase (AST) and embryonic myosin heavy chain (eMHC),
suggesting a coordinated downstream effect of treatment with SGT-003.

Correlation of SGT-003 Microdystrophin Levels with Pearson
Biomarker % Increase from Baseline (N=10) Correlation*
Day 90 SGT-003 microdystrophin positive fibers and beta-sarcoglycan positive

fibers 0.95

Day 90 SGT-003 microdystrophin positive fibers and nNOS activity 0.95



Correlation of SGT-003 Microdystrophin Levels with Pearson

Biomarker % Decrease from Baseline (N=7 unless noted) Correlation**
Day 90 SGT-003 microdystrophin expression (mass spectrometry) and Day 180

CK -0.78
Day 90 SGT-003 microdystrophin expression (western blot) and Day 180 CK -0.71
Day 90 SGT-003 microdystrophin positive fibers (immunofluorescence) and Day

180 CK -0.54
Day 90 SGT-003 microdystrophin expression (western blot) and Day 180 LDH -0.71
Day 90 SGT-003 microdystrophin expression (mass spectrometry) and Day 180

LDH -0.55
Day 90 SGT-003 microdystrophin expression (western blot) and Day 180 AST -0.54
Day 90 SGT-003 microdystrophin positive fibers and embryonic myosin heavy

chain (eMHC) positive fibers (N=10) -0.51

* A score of 1 indicates a perfect, positive linear relationship,
** A score of -1 indicates a perfect, negative linear relationship; Larger absolute values indicate stronger correlations.

SGT-003, utilizing the Company’s proprietary, rationally designed capsid, AAV-SLB101, has demonstrated strong transduction, achieving a mean of 13
vector copies per nucleus (N=10) at Day 90, along with meaningful restoration of biologic correlates across several measures of microdystrophin,
components of the DAPC, and multiple biomarkers of muscle integrity and preservation.

In the 10 participants (aged 5-10) whose Day 90 biopsies were evaluated as of the September 29, 2025, data cutoff date, the Company observed mean
microdystrophin expression of 58%, as measured by both western blot and mass spectrometry, and mean microdystrophin positive fibers of 51%, as
measured by immunofluorescence. Furthermore, in each of those 10 participants, the Company observed properly localized and restored beta-
sarcoglycan positive fibers at the mean 50% level as measured by immunofluorescence and nNOS activity-positive fibers (a less sensitive activity assay)
at the mean 26% level.

Available Day 360 biopsy data from 2 participants (aged 5) as of September 29, 2025, demonstrated encouraging and durable transduction, achieving a
mean of 12 vector copies per nucleus, as well as robust mean microdystrophin expression of 107%, as measured by western blot, and 100%, as
measured by mass spectrometry, mean microdystrophin positive fibers of 67% and mean beta-sarcoglycan positive fibers of 70%, both measured by
immunofluorescence, and mean nNOS activity-positive fibers of 36%.



Additionally, a mean 49% reduction in percent eMHC positive fibers, a histologic marker of muscle regeneration and disease progression, was observed
at Day 90 (N=10). As muscle fibers deteriorate, muscle stem cells are activated to repair and replace damaged muscle fibers; during this process, new
muscle fibers transiently express eMHC. In Duchenne, this stem cell-mediated repair process is futile because muscle fibers that are developed from
stem cells lack dystrophin and therefore will be dystrophic. Consequently, the presence of eMHC positive fibers is an informative biomarker of disease
progression, signaling constant muscle injury, breakdown and deterioration. A treatment-mediated decrease in eMHC is a favorable observation, and in
combination with other markers of reduced muscle injury, suggests overall muscle preservation.

Favorable reductions across a range of biomarkers of muscle injury and breakdown were observed through both Day 90 and Day 360:

Day 90 Mean Day 360 Mean
Reductions Reductions
Serum Biomarkers (N=14 unless noted) (N=3 unless noted)
Serum creatine kinase (CK) 34% 42%
Serum alanine transaminase (ALT) 41% 29%
Serum aspartate aminotransferase (AST) 25% 40%
Serum lactate dehydrogenase (LDH)* 42% 46%
Serum titin** 22% 25%

* N=12 participant samples available at Day 90 for LDH (two samples hemolyzed),
**  N=I1 participant samples available at Day 90 and N=2 samples available at Day 360 for titin, which was batch-analyzed at an earlier cutoff

date.

INSPIRE DUCHENNE - Interim Cardiac Monitoring

Cardiomyopathy is a leading cause of death in Duchenne, with 25% of individuals displaying evidence of cardiomyopathy by six years of age,
increasing to 59% by 10 years of age.!

Mean cardiac function trended into normal LVEF ranges (60-69%)?2 for all SGT-003-treated participants who reached the Day 180 follow-up timepoint
(N=8) as of the September 29, 2025, data cutoff date. Though cardiac injury biomarkers and cardiac imaging were collected primarily for safety
analysis, early data may indicate a potential for benefit through reduction in troponin I (cTnl) and increased systolic function as measured by LVEF by
echocardiography. Observed increases in systolic function as measured by LVEF appeared to have been driven largely by participants with low to
low-normal systolic function at baseline.

Mean reductions from baseline in serum cTnl of 31% at Day 90 (N=14) and 70% at Day 360 (N=3) were observed with reductions driven by
participants who entered the trial with elevated baseline cTnl levels. cTnl is an important marker that can be predictive of severe cardiac disease in

neuromuscular diagnoses.
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INSPIRE DUCHENNE - Interim Safety Update

SGT-003 has been generally well tolerated in the 23 participants dosed as of October 31, 2025. Steroids alone were utilized as the prophylactic
immunomodulation regimen. Signals of asymptomatic and self-resolving platelet declines and thrombocytopenia observed in early participants in the
trial have been ameliorated in subsequent participants.



As of October 31, 2025, there was one treatment-related serious adverse event (SAE) reported in the INSPIRE DUCHENNE trial. This SAE was
identified as a Grade 3 immune-mediated myositis which, importantly, was not associated with muscle pain or weakness, and occurred in a participant
who had a large deletion in a region coded for by SGT-003’s microdystrophin. The participant promptly responded to steroid treatment with all clinical
symptoms noted at presentation resolving and with muscle biomarkers, including CK, declining well below baseline levels. This SAE was reviewed by
the trial data and safety monitoring board (DSMB) with the recommendation to continue dosing without interruption.

In Duchenne muscular dystrophy, transaminase elevations are the result of ongoing muscle injury as opposed to liver injury. Therapeutic interventions
that lead to reductions in transaminases therefore indicate muscle protection in the setting of an avoidance of demonstrable liver injury, especially when
more specific liver injury markers remain stable. As of the September 29, 2025, data cutoff date, we observed a mean alanine transaminase (ALT)
reduction of 41% (N=14), a mean aspartate transaminase (AST) reduction of 25% (N=14) and stable mean gamma-glutamyl transferase (GGT) levels
through Day 90 (N=14). Mean reductions of 40% AST and 29% ALT were observed in the three participants who reached the Day 360 follow-up.

There have been no cases of drug-induced liver injury (DILI) observed as of October 31, 2025 (N=23).

A presentation summarizing the interim data update can be accessed on the Presentations page of the Investors section of the Company’s website.

SGT-003 Regulatory Update

Solid plans to meet with the FDA in the first half of 2026 to discuss potential registrational pathways, including accelerated approval pathways, for
SGT-003. Solid continues to dose participants in the INSPIRE DUCHENNE trial in the interim, with additional participant safety, clinical activity and
functional data expected to enable a more robust discussion with the FDA.

Critically, Solid has aligned with the FDA on SGT-003’s potency assay strategy and will continue additional commercial-readiness CMC activities, with
PPQ manufacturing batches expected to be completed in 2026.

In October 2025, Solid activated the first clinical trial site and began participant screening for IMPACT DUCHENNE, a Phase 3 randomized, double-
blind, placebo-controlled clinical trial assessing SGT-003. IMPACT DUCHENNE will be conducted in pediatric participants outside of the United
States (U.S.) and was designed to support potential ex-U.S. regulatory authorizations. We have received regulatory approvals to conduct IMPACT
DUCHENNE in both Canada and Australia, and we plan to expand the trial into additional countries, subject to receipt of regulatory approvals.



SGT-212 for Friedreich’s Ataxia (FA)

In October 2025, the Company activated the first clinical trial site and began participant screening for FALCON, a first-in-human, open-label, Phase 1b
clinical trial of SGT-212. The trial is expected to enroll non-ambulatory and ambulatory adult participants living with FA in up to three cohorts and is
designed to evaluate the safety and tolerability of systemic and bilateral intradentate nucleus (IDN) administration of SGT-212.

SGT-212 is the first investigational gene therapy for FA to utilize a dual route of administration and is intended to promote restoration of therapeutic
levels of the frataxin protein to address the neurologic, cardiac and systemic clinical manifestations of FA.

SGT-501 for Catecholaminergic Polymorphic Ventricular Tachycardia (CPVT)

In the fourth quarter of 2025, Solid expects to activate the first clinical trial site for ARTEMIS, a first-in-human, open-label, Phase 1b clinical trial of
SGT-501. The trial is expected to enroll adult participants with CPVT and is designed to evaluate the safety, tolerability and efficacy of SGT-501.

SGT-501 is a novel gene therapy candidate intended to promote excess levels of the cardiac CASQ?2 protein to address the underlying ryanodine receptor
(RYR?2) instability and calcium dysregulation seen in CPVT. There are currently no approved treatments that address the underlying mechanisms of
CPVT.

Platform Technologies — Capsids

AAV-SLB101, the Company’s proprietary, next-generation capsid used in SGT-003, has been generally well tolerated in the 23 participants dosed in the
INSPIRE DUCHENNE trial as of October 31, 2025, and has shown compelling levels of vector transduction, protein expression, and reduced liver
targeting.

Solid has executed over 30 agreements, including licenses, with corporations, institutions and academic labs for the use of AAV-SLB101, with
additional agreements and licenses expected to be executed by year end.

Additionally, the Company is building multiple cardiac and neuromuscular next-generation capsid and promoter libraries with final capsid selection
from the first cardiac capsid library anticipated in the first half of 2026.

Third Quarter 2025 Financial Highlights

*  Cash Position: Solid had $236.1 million in cash, cash equivalents, and available-for-sale securities as of September 30, 2025, compared to $148.9
million as of December 31, 2024. The Company expects that its cash, cash equivalents, and available-for-sale securities as of September 30, 2025,
will enable it to fund its operational runway into the first half of 2027.



*  Research and Development (R&D) Expenses: R&D expenses for the third quarter of 2025 were $38.9 million, compared to $27.3 million for
the third quarter of 2024. The increase of $11.5 million in research and development expenses was primarily due to a $12.8 million increase in
costs for SGT-003 primarily related to manufacturing, regulatory, and clinical costs, a $2.7 million increase in personnel related expenses, a $0.9
million increase in costs for SGT-601 primarily related to manufacturing costs and research costs, partially offset by a $3.3 million decrease in
costs for SGT-212 primarily related to lower license and milestone related costs partially offset by an increase in clinical costs, and a $1.8 million
decrease in costs for SGT-501 primarily related to lower research and manufacturing costs.

*  General and Administrative (G&A) Expenses: G&A expenses for the third quarter of 2025 were $9.2 million, compared to $7.9 million for the
third quarter of 2024. The increase of $1.3 million was primarily related to a $0.9 million increase in personnel-related costs and a $0.4 million
increase in legal and consulting fees.

*  Net Loss: Net loss for the third quarter of 2025 was $45.8 million, compared to $32.7 million for the third quarter of 2024.

References:

1. Gandhi S, et al. Cells. 2024;13(14):1168.
2. Romanowicz J, et al. J Am Soc Echocardiogr. 2023;36(3):310-323.

About Duchenne

Duchenne is a genetic muscle-wasting disease predominantly affecting boys, with symptoms usually appearing between three and five years of age.
Duchenne is a progressive, irreversible, and ultimately fatal disease that affects approximately one in every 3,500 to 5,000 live male births and has an
estimated prevalence of 5,000 to 15,000 cases in the United States alone.

About SGT-003

SGT-003 is an investigational gene therapy containing a differentiated microdystrophin construct and a proprietary, next-generation capsid,
AAV-SLB101, which was rationally designed to target integrin receptors, and has shown enhanced cardiac and skeletal muscle transduction with
decreased liver targeting in nonclinical studies. SGT-003’s microdystrophin construct uniquely includes the R16/17 binding domain, which localizes
nNOS to the muscle membrane. Nonclinical studies have shown that nNOS can improve blood flow to the muscle thereby reducing muscle breakdown
from ischemia and muscle fatigue. Together, these design features suggest that SGT-003 could be a potential best-in-class investigational gene therapy
for the treatment of Duchenne.



About INSPIRE DUCHENNE

INSPIRE DUCHENNE is a first-in-human, open-label, single-dose, multicenter Phase 1/2 clinical trial to evaluate the safety, tolerability and efficacy of
SGT-003 in pediatric participants with a genetically confirmed Duchenne diagnosis with a documented dystrophin gene mutation. INSPIRE
DUCHENNE is a multinational trial designed to enroll participants in the United States, Canada, the United Kingdom and Italy.

About IMPACT DUCHENNE

IMPACT DUCHENNE is a Phase 3 randomized, double-blind, placebo-controlled trial to evaluate the efficacy of a single dose of SGT-003 in pediatric
participants with a genetically confirmed Duchenne diagnosis with a documented dystrophin gene mutation. IMPACT DUCHENNE is a multinational
trial designed to enroll participants outside of the United States with the aim of supporting potential ex-U.S. regulatory authorizations.

About Solid Biosciences

Solid Biosciences is a precision genetic medicine company focused on advancing a portfolio of gene therapy candidates targeting rare neuromuscular
and cardiac diseases, including SGT-003 for Duchenne muscular dystrophy (Duchenne), SGT-212 for Friedreich’s ataxia (FA), SGT-501 for
catecholaminergic polymorphic ventricular tachycardia (CPVT), SGT-601 for TNNT2-mediated dilated cardiomyopathy and additional fatal, genetic
cardiac diseases. The Company is also focused on developing innovative libraries of genetic regulators and other enabling technologies with promising
potential to significantly impact gene therapy delivery cross-industry. Solid is advancing its diverse pipeline and delivery platform in the pursuit of
uniting experts in science, technology, disease management, and care. Patient-focused and founded by those directly impacted by Duchenne, Solid’s
mission is to improve the daily lives of patients living with devastating rare diseases. For more information, please visit www.solidbio.com.

Cautionary Note Regarding Forward-Looking Statements

This press release contains “forward-looking statements” within the meaning of the Private Securities Litigation Reform Act of 1995, including
statements regarding future expectations, plans and prospects for the company; the ability to successfully achieve and execute on the company’s goals,
priorities and key clinical and preclinical milestones; strategies and expectations for the company’s SGT-003, SGT-212, SGT-501 and SGT-601
programs; expectations for additional site activations, planned enrollment, planned regulatory interactions and the potential approval pathways for
SGT-003; plans for enrollment in the clinical trial of SGT-212; timing of planned clinical trial of SGT-501; the cash runway of the company and the
sufficiency of the Company’s cash, cash equivalents, and available-for-sale securities to fund its operations; and other statements containing the words
“anticipate,” “believe,” “continue,” “could,” “estimate,” “expect,” “intend,” “may,” “plan,” “potential,” “predict,” “project,” “should,” “target,”
“would,” “working” and similar expressions. Any forward-looking statements are based on management’s current expectations of future events and are
subject to a number of risks 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 company’s ability to advance
SGT-003, SGT-212, SGT-501, SGT-601

29 ¢ 29 29 < 2



and other preclinical programs, capsid libraries and other enabling technologies on the timelines expected or at all; obtain and maintain necessary
approvals from the FDA and other regulatory authorities; replicate in clinical trials positive results found in preclinical studies and early-stage clinical
trials of the company’s product candidates; obtain, maintain or protect intellectual property rights related to its product candidates; replicate preliminary
or interim data from clinicals trials in the final data of such trials; compete successfully with other companies that are seeking to develop Duchenne, FA,
CPVT and other neuromuscular and cardiac treatments and gene therapies; manage expenses; and raise the substantial additional capital needed, on the
timeline necessary, to continue development of SGT-003, SGT-212, SGT-501, SGT-601 and other 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 company’s
actual results to differ from those contained in the forward-looking statements, see the “Risk Factors” section, as well as discussions of potential risks,
uncertainties and other important factors, in the company’s most recent filings with the Securities and Exchange Commission. In addition, the forward-
looking statements included in this press release represent the company’s views as of the date hereof and should not be relied upon as representing the
company’s views as of any date subsequent to the 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.

Solid Biosciences Investor Contact:

Nicole Anderson

Director, Investor Relations and Corporate Communications
Solid Biosciences Inc.

investors@solidbio.com

Media Contact:

Glenn Silver
FINN Partners
glenn.silver@finnpartners.com



SELECTED FINANCIAL INFORMATION (UNAUDITED)

CONDENSED CONSOLIDATED BALANCE SHEETS
(in thousands, except share data)

Cash and cash equivalents
Available-for-sale securities
Prepaid expenses and other current assets
Operating lease, right-of-use assets
Property and equipment, net
Other non-current assets
Restricted cash

Total Assets

Accounts payable
Accrued expenses and other current liabilities
Operating lease liabilities
Finance lease liabilities
Derivative liabilities
Operating lease liabilities, excluding current portion
Total stockholders’ equity
Total Liabilities and Stockholders’ Equity

Common stock outstanding

CONDENSED CONSOLIDATED STATEMENT OF OPERATIONS
(in thousands, except per share data)

Operating expenses:
Research and development
General and administrative
Total operating expenses
Loss from operations
Other income, net:
Interest income
Interest expense
Change in fair value of
derivative liabilities
Other income, net
Total other income, net
Net loss

Net loss per share, basic and diluted

Weighted average shares of common stock outstanding, basic and diluted

Three Months Ended

September 30, December 31,
2025 2024

$ 61,364 $ 80,235

174,778 68,685

8,710 8,382

22,535 24,295

4,356 4,747

247 366

1,924 1,952

§ 273914 § 188,662

$ 8,429 $ 4,237

19,050 19,852
2,032 1,787
281 1,231
6,550 3,150
19,624 21,159
217,948 137,246

$ 273914 § 188,662

77,882,685 40,468,141

Nine Months Ended

September 30, September 30,
2025 2024 2025 2024
$ 38,861 $ 27,327 $ 102,190 $ 65,661
9,197 7,855 27,613 24,171
48,058 35,182 129,803 89,832
(48,058) (35,182) (129,803) (89,832)
2,586 2,328 7,852 7,544
336 (82) 208 (265)
(850) — (3,400) —
210 211 605 453
2,282 2,457 5,265 7,732
$  (45776) $ (32,725 $ (124,538) $  (82,100)
$ 048) $ (079 $ (146) $ (2.04)

94,417,746 41,44

3,317

85,069,288 40,182,303
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Cautionary Note Regarding Forward Looking Statements

This presentation contains “forward-looking statements™ within the meaning of the Private Securities Litigation Reform Act of 1995, including
statemenis regarding future expeclations, plans and prospects for the company; the ability to successfully achieve and execute on the company's
goals, priofities and key clinical and preclinical milestones; strategies and expectations for the company's SGT-003, SGT-212, SGT-501 and SGT-
601 programs; expectations for additional site activations, planned enroliment, planned regulatory interactions and the potential approval pathways
for SGT-003; timing of planned clinical trials of 3GT-212 and SGT-301; and other statements containing the words “anticipate,” “believe,” “continue,”
“could,” “estimate,” “expect,” “intend,” “may,” “plan,” “polential,” “predict,” “preject,” "should,” “target,” “would,” “working” and similar expressions. Any
forward-looking statements are based on management's current expectations of future events and are subject 10 a number of risks and uncenainties
that could cause actual results to differ matenally 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 company’s ability to advance SGT-003, 8GT-212, SGT-501, SGT-601 and
other preclinical programs, capsid libraries and other enabling technologies on the timelines expected or at all; obtain and maintain necessary
approvals from the FOA and other regulatory authorities; replicate in clinical rals positive results found in preclinical studies and early-stage clinical
trials of the company’s product candidates; obtain, maintain or protect intellectual property rights related to its product candidates; replicate
preliminary or interim data from early-stage clinicals trials in the final data of such trials; compete successiully with olher companies that are seeking
to develop Duchenne, FA, CPVYT and other neuromuscular and cardiac treatments and gene therapies; manage expenses; and raise the substantial
additional capital needed, on the timeline necessary, 1o continue development of SGT-003, SGT-212, SGT-501, SGT-601 and other candidates,
achieve its other business cbjectives and continue as a going concemn, For a discussion of other risks and uncertainties, and other important factors,
any of which could cause the company's actual results to differ from those contained in the forward-looking statements, see the “Risk Factors™
section, as well as discussions of potential risks, uncertainties and other important factors, in the company’s most recent filings with the Securities
and Exchange Commission. In addition, the forward-looking statements included in this press release represent the company's views as of the date
hereof and should not be relied upon as representing the company’s views as of any date subsequent to the date hereof. The company anticipates
that subsequent events and developments will cause the company’s views (o 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.

This presentation contains esfimates and other statistical data made by independent parties and by us relating to market size and other data about
our industry. This data involves a number of assumptions and imitations, and you are cautioned not to give undue weight to such data and
estimates. In addition, projections, assumptions and estimates of our future performance and the future performance of the markets in which we
operale are necessarily subject to a high degree of uncertainty and risk,
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Solid is Led by an Experienced Management Team With Significant Industry
Expertise

Bo Cumbo Kevin Tan Jessie Hanrahan, Ph.D.
President and CEQ Chief Financial Officer Chief Regulatory & Prechinical
Operations Officer
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Clinical Stage Genetic Medicines Company Targeting Neuromuscular and
Cardiac Diseases
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Anticipated Near-Term Milestones

Program

Milestone

Anticipated Timing

Neuromuscular

Intetim 10 participant Phase 172 datn (safoty, microdystrophin oxprossion &
biomarkor data)

SGT-003 for Duchanne 30 particapanis desed in INSPIRE DUCHENNE Eaity 2026
Anticipated meoling with FDA lo discuss rogistotonal pathways. H1 2026
IMPACT DUCHENME: Phase 3 partiipint serusning Ongoing
IND choesd by FDA @
SGT-212 for Friedreich’'s ataxia
FALCOM: Phast 1h parbeipant senadning Ongoing
Cardiac
RYR2 IND cloared by FDA: CTA appeoved by Health Canada ©
SGT-501 for CPVT
ARTEMIS: Phase 1b actvotkon of st clirscad riad site a4 2028
SGT-601 for TNNT2 INCr-gniabling studics Ongoing
Capsids
AAV-SLBA0M Firstein-human dati {SGT-003) (@)
Capsid Library (multiple capsids) Compato rounds of NHP, mouss, ind pig studios Cardine capaid soloction H1 2026
Pipeline

BAG2 & REMI0 prachnical studies, hays Chnic collabaration pestlinical wedk
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Neuromuscular Lead Program

Duchenne Muscular Dystrophy (Duchenne)



SGT-003: Next-Generation Duchenne Gene Therapy Candidate Optimized to
Transduce and Preserve Muscle

( SGT-003 MICRODYSTROPHIN TRANSGENE Y ( SGT-003 AAV-SLB101 CAPSID A

Dystrogiycan ; .
Elnlorey Dommain g b

Actn Blrefing ANOE Binding Domain
i gk X
Unigue inclusion of nNOS-binding domain Rationally designed capsid targeting
designed with the goal of preventing activity-induced ischemia integrin receptors which are upregulated
and associated muscle injury’? in dystrophic muscle®

L) =

SGT-003 was designed to enhance cardiac and skeletal muscle transduction of an optimized transgene

while reducing liver targeting’
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Duchenne is a Disease of Impaired Muscle Integrity & Dysfunction'

In Duchenne, muscle fiber regeneration becomes impaired, leading to
deterioration of muscle integrity resulting in difficulties with mobility,
thoracic scoliosis, respiratory failure, and cardiac failure®

Cardiomyopathy
HEART FAILURE

Decreased heart function l’

' Weak diaphragm \L
RESPIRATORY FAILURE |
¥ Loss of muscle mass l

Early signals of muscle integrity d
outcomes in certain organs, s

DAMAGED
DUCHENNE MUSCLE “w
.v Muscle Integrity

# cKk % LoH & AasTH ALT
#* Histologic eMHS & Troponin

Inflammation
Fibrosis

LOSS OF AMBULATION

on muscle integrity for patients with Duchenne is key to dete
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SGT-003 is Designed to Transduce and Preserve Muscle

SGT-003 AAV-SLB101 SGT-003 MICRODYSTROPHIN
CAPSID TRANSGENE

R16/R1T Bindi
Hutin Q Deenain {nMGSr;E REPAIRED & RESCUED

SGT-003 MUSCLE
‘.‘ Muscle Integrity
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¥ Histalogic eMHC ¥ Troponin
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INSPIRE DUCHENNE Clinical Progress

4 )

: @ 23 PARTICIPANTS DOSED AS OF OCTOBER 21, 2025 TR ey Cr s TP

« All participants responded to SGT-003 treatment (n=10):

Mean microdystrophin protein observed at consistent levels Vectar Vector
across three measures Copies/Mucleus  Copies/Nucleus
- Observed comprehensive DAPC & biomarker analysis suggest Day 90 (N=10) Day 360 (N=2)

coordinated downstream effect of SGT-003

1.0E14 valkg 13 12

= Early data suggest potential cardiac benefit through observed
troponin | reductions & improvements in systolic function (LVEF)

J G

= Early 2026: 30 participants dosed in total (anticipated) /’

. Oct 2025: First clinical rial site activated & participant screening MICRODYSTROPHIN LOCALIZATION

underway for IMPACT DUCHENME, a Phase 3 randomized,

placebo-controlled, ex-US trial of SGT-003 in pediatric Day 90 Day 380
participants (Mean, N=10)  (Mean, N=2)
58% (WB)! 107% (WB)"
REGULATORY UPDATE ‘ 53“.«': EMS]‘}1 100% EMS;‘
2
+ 1H 2026: FDA meeting to discuss registrational pathways SLallEl gl ty)
(anticipated) // N, »/
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Compelling Microdystrophin Positive Fibers with Concordant DAPC
Restoration Observed After SGT-003 Treatment

PERCENT POSITIVE FIBERS AT DAY 90 (N=10)"

Microdystrophin B-sarcoglycan nNOS activity
AT QTS
¥ O
o8 Lo
0.
o O
( meansi ) ( meanson ) ( mEean26%

Compelling levels of microdystrophin expression observed, which was strongly correlated with
restoration of key elements of the DAPC, suggesting biclogic evidence of therapeutic effect’

The DAPC stabilizes the sarcolemma of skeletal and cardiac muscle during contraction and relaxation and
protects muscle fibers from damage®

Microdiidrophin poistive SRt a0 rod aduried for fad and Biwoaki. thid i an sbdioiule nembed. Repoeiertatve imaged & ehown
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INSPIRE DUCHENNE Interim Safety Summary
23 participants have received SGT-003 at ages ranging from 1 to 10 years as of October 31, 2025

Eligible Age Range Ages at Enroliment Weights for Dosing Participants Enrolled
(years) (years) (kg) (n)
i 4 to <7 406 =27.8 13
2 Tto<12 71010 £39.7 g
3 Oto<3 103 =17.0 2
Total 0to <12 1to 10 £39.7 23
SGT-003 Treatment-Related Adverse Events n (%) i« By
as of October 31, 2025 (n=23) -
Serious Adverse Events (SAEs) 1 (4.3)"
Mausea 17T (73.9)
Vomil 16 (105 SGT-003 has been
Most Common Lo, (69.6) generally well
Treatment-related Decreased Appelite 11 (47.8) tolerated as of
Ad Events (AE
by (AEs) Thrombocytopenia / Platelet Count Decreased 11 (47.8) October 31, 2025
Headache 6 (26.1) \_ J
1. Ong (ae1]) CTCAE Grodo 3 serious ddversd ovent of irmmune-madialod rryositis, The myesitis was nol associated with lgr pain o L The particigant
responded promptly to stardid trantmaent, with all clinical symptoms noted 01 prosentation resotving and with CK Livals declining wall below baseling.
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Liver Enzymes Remained Stable After SGT-003 Administration

SGT-003 Clinical Trial Liver Biomarkers?

(n=14)
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Loss of Dystrophin Leads to Progressive Degeneration of Cardiac Muscle!

Cardiomyopathy is a leading cause of death in Duchenne muscular dystrophy?

INCIDENCE OF DUCHENNE-RELATED CARDIOMYQPATHY OCCURS EARLY IN LIFE? (" N
Cardiac issue has
AGED AGE & AGE 10 AGE 18 limited regenerative
& [ ] [ ] & e capacity: only ~1% of
cardiomyocytes turn
over annually®
Cardiac disease 250 o o o,
priskicarind : 5% 59 Yo .93 Yo 40 .-"7:. o J
before overt cardiac evidence of evidence of evidence of of these patients
dysfunction appears? cardiomyopathy cardiomyopathy cardiomyopathy will progress lo
by age 6 years? by age 10 years? by age 18 years? heart failure?
Early troponin elevation is predictive of severe . . . .
cardiac disease in neuromuscular diseases®? _mEaf“.-’n?jgteﬂg” ;;C:"?"EIE* in the heart using 1"°P¢“"‘“'t';fgfﬂ:_"re
; ; interventions to s isease progression, improve qua ife,
In muscular dystrophies, a hs-cTnl level >7.6 nglL is : . 1
correlated with a 3-fold increased risk of cardiac disease™ andiewsiihaiiskiofsevarsicardomyopatiy

Pe-cTindal g Bropenem
1. Sehwitz T, 44 i, JACC Bassic Transl Soi. 2022708 808-825, 2. Meors TA, o4 al. ded J kol Sci. 2010201714009 3. Gancira S, ot al. Cola. 20241311168, 4. James J, o4 al, Neoromusscud Disord,
FOTLIITAEDAAT. 5. Paemacek M3, Episen JA, N Engl J Mod. 20C5-301(1) 80-89. §. Shayband A, ot al. Peciatr Res. 20I2.92(81.1813- 120, T, Volet 5, ot al. Peckatr Cardiod, 2020418} 11731179,
B W angreer IG5, ot . Ercvmaric hbwal 202015155 138551290, §. Samnchors JT, of ol Cirrudstion. 3011123 13)1367-1376. 10, Spumey GF, o al. Open Heart. 502 1:8(1) s001562. 11, D'kmarss 0, of al SOLID
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Stable-to-Improved Cardiac Function Observed After SGT-003 Dosing

Early observations of improved cardiac function driven by participants with low to low-normal baseline left

ventricular ejection fraction (LVEF)'

INSPIRE DUCHENNE INSPIRE DUCHENNE
Absolute LVEF Over Time (%) Absolute Change From Baseline LVEF (%)
35 §0-69% Normal Rongo of LVEF = Moan £ 503 ‘3 Low to Low-Normal Baseline LVEF pﬂﬂitipﬂh‘S
[n=14 ot baseling) (=5 an baseling)

33_ &
1.
& | HEE
g 69 T £

66 ¥
: N | 2.
3 =
2 56 § 2 § £s

AL LA
L] L] u r L
Participants who Participants who Participants who BL a0 180 360
reached Day 90 reached Day 180 reached Day 360 =5 N=5 M=3 M=2
M=14 N=3 N=2
Visit Day Visit Day
f‘h“&gﬁ'_ ‘ﬂ.wm Soid B 2. Tha mean £ S0 nomal LVEF ranga s 80% 1o 8% for this age-matched populasion. 3. Remanawics 4, ot sl J dm Soc Echacardogr. @ SOI_ID
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Troponin Reductions May Indicate Early Signals of SGT-003 Cardiac
Treatment Effect

Troponin | is released during myocardial cell injury, acting as a signal of muscle breakdown and a
surrogate for cardiac myocyte damage!

INSPIRE DUCHENNE
Percent Change From Baseline Troponin?
80
)
g 40
2
(&
# ]
> & 31%
i W
E 0
= . § 70%
£
-120 ¢ T - T 1
BL Day 90 Day 360
N=14 M=14 N=3
16 1. Sty A, ol Bl Pedialr Mas 2027901 1013100, 2. Dats cutol! of Sephambal 79, 2005, Sobd Bedqoesnied ":-.:l SOLID
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Dystrophin Organizes Critical Skeletal and Cardiac Muscle Proteins Required
for Muscle Health

OVERVIEW OF THE SKELETAL DAPC OVERVIEW OF THE CARDIAC DAPC

Emaoolrular mmaltrix Barcoglycans., aDG Extraceliular matrix

e fo?a?f@?ﬁ‘@: o -l Wn} g -

mmmm. m&mwm
e s TR Tk il G0 ‘_&ﬁ

A O doman ,‘\#

Sarcoplasm
T Attty domiin [l Sosire b Ragdsts (e 24)

[ Wrge ned) (TR Gy Th o 9'39 5‘!‘“
nhOS

W e i,

Fulllength dystraphin —— ﬁ“' Fulldength dystraphin — 6"‘
@
o ?E’C?aﬂ’
w‘fs—‘a ﬂ‘ﬁr

T _'a absence of dystrophin can cause dissolution, or significant downregulation, of the entire DAPC
and many of the mechanoprotective and mechanotransductive features are subsequently lost_
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Compelling Microdystrophin Expression Observed at Day 90 Post SGT-003
Treatment

Comprehensive orthogonal measurements showed consistent microdystrophin expression

EXAMFPLE MICRODYSTROPHIN BIOPSY! SGT-003 MICRODYSTROPHIN EXPRESSION!?
B Day 90 Day 360

160

Baseline

120

Day 90
Microdystrophin protein, Mean %

Western Blot Mass Spectrometry Immunofluorescence

1. Data cutoff of Sepherber 8, 20230, Sold Bicsckences. Badelne Yesdem Eiof and Lads Specinomedny wene both 0% mesn nonmal dystrophing Baselios mean dyiiophin poistee Shars were 1.5%
18 rmasured by IF. Dyainophin positres Sbers ane not scdundted for fal sed Bbeoss; Pwse are absolule ruribers. Foepreseninines images ane shora
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B-sarcoglycan and nNOS are Key Components of the DAPC

SARCOGLYCAN COMPLEX FORMATION®

(Contains R1GR17)

{Missing R16/R17)

MICRODYSTROPHIN CONTRUCTS WITHOUT R16/R17
CANNOT RECRUIT nNOS*

AH2Z-R15

AHZ-R19

{ ™\ r ™\
. : ; Lack of nNOS at the sarcolemma leads to impaired NO-
B-sarcoglycan tightly associates with §-sarcoglycan to form a mediated vasodilation, functional ischemia, muscle fatigue and
functional core that recruits y- and a-sarcoglycan? breakdown®
Restaration of properly localized nMOS helps prevent muscle
Disruption of the B/5 core interferes with association of the wasting, regulate muscle contraction, protect against oxidative
sarcoglycan complex to the plasma membrane® @ stress, and is esgential to more fully protect cardiac and
skeletal muscle®
. J 4 J
i et Bedeiua; e,
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Baszeline

Day 90

Restoration of Key Elements of the DAPC Observed After SGT-003 Treatment

MICRODYSTROPHIN B-SARCOGLYCAN MICRODYSTROPHIN + nANOS ACTIVITY SGT-003 % f-sarcoglycan
POSITIVE FIBERS POSITIVE FIBERS [-SARCOGLYCAN Positive Fibers
= 100 -|-
e 75
2 s0 70%
u@? 25
B 0
Day 90 Day 360
=il a2
Y R N SGT-003 % Positive Fibers
R D nNOS Activity
o ] ' # B0
S o — L= ! % 40 T
s : 36%
: g 26%
a
< 0
Day 90 Day 360
n=10 n=2

B30 [-aadogpcan
Diata 08 of September Th, B0FS. Sold Buodckinces. P50 wat mesianed by mmuneSeonsioencs and ndodis was meadared wihng an actiily aikeday. Ropdesentatee images from e kame
M partpant are ahden
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eMHC Expression Is Significantly Upregulated in Dystrophic Muscle Fibers'-3
Muscle stem cells (satellite cells) are activated to repair and replace damaged muscle fibers-during this process,
newly formed muscle fibers transiently express embryonic myosin heavy chain (eMHC)**

Muscle fiber damage and
deganaration™*

Ultimately, muscle failure e
occurs when ineffective

@
[ uu g '. Satellite cell activation and proliferation; eMHC

regeneration is unable to {/ mm:"m": e
keep up with constant muscle failure® 1 m is expressed

muscle breakdown & -

' ) CYCLE OF IMPAIRED ML!SC!.E - G'
incomplata rapair . -

REGEMERATION IN
DUCHENNE
Ovwer time, the chronic
cycle of muscle damage r
and repair will exhaust Satellite cell
satellite cells and lead to <
progressive muscle b

N Muscle reganeration is
Mewly formed ™
muscle fibors™ /\) futile: new fibers will
y ba dystrophic

weakness
Continuous, incomplete
muscle repair®4.s
Bt o, Shpied Mopche, 2015520 T, Gruinmad B 68 ol hiorm ol Genet, SONCIMTENIT-01, 1 Duliedibanti, ¢f ol Jof IMol Sl S00TCI0240 1600, 4. Candong M. of ol Acts Mevrapedhol Sommun, O I
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Full Slide Scans of Muscle Biopsy Sections Showed Uniform Improvements

in eMHC"2

MICRODYSTROPHIN eMHC POSITIVE MICRODYSTROPHIN
POSITIVE FIBERS FIBERS + eMHC
@
=
E - . .
m
m
(=]
&
z
[=]

b d Ciaka cuolf of Seplomber 29, 2005, Sobd Boaoences. Represenialive smnges om the same parbopant ae shoan,

© 207 Soied Boacprae

eMHC, Mean %

SGT-003 % eMHC Positive Fibers!

Dravy 90
0
=20
-40
B0 -49%

% positive microdystrophin
fibers & the reduction in eMHC
positive fibers at Day 90 were
negatively correlated

-
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Comprehensive Reductions in Muscle Injury Signals Suggest Improved
Muscle Integrity After SGT-003 Treatment

Improved muscle integrity may support slower disease progression and better long-term clinical outcomes'-?

a

#

/ DETERIORATION OF MUSCLE INTEGRITY IN DUCHENNE \ - OBSERVED IMPROVEMENTS IN MUSCLE \
/ INTEGRITY WITH SGT-003 ;

ALT ALT
Leakage is caused by skeletal muscle injury* "/ 41% mean reduction at Day 90¢

AST ] O AST
Leakage is caused by skeletal muscle injury® W) 25% mean reduction at Day 90%

CK CK
Released from muscle fibers upon muscle damage? @ 34% mean reduction at Day 80°

LDH LDH
Released from cells upon tissue damage® ) 42% mean reduction at Day 90
"-\ Titin | / Titin
\ Released into serum and urine upon muscle damage? / W) 22% mean reduction at Day 90¢
S R 2 e S ot SO T AR M RS Lot s SL A LID
Pl mﬁnmm Hmﬂlﬂﬂlmdlw 00 e T reductonn i Basalng in LDH: 2 LIDH sarmgdes hemalyeed Re 1l Mlmduﬂl;lﬂlﬂ'ﬂﬂi e s T T
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Reductions in CK Levels Observed After SGT-003 Treatment

Reductions in CK are signals of improved muscle integrity; CK is released from muscle fibers as a result

of muscle damage'’

INSPIRE DUCHENNE
Percent Change From Baseline CK2
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Improvements in Measures of Muscle Integrity & Resilience Observed After
SGT-003 Treatment

Comprehensive and thorough assessment of muscle injury and metabolism

SERUM ALT Percent Change SERUM AST Percent Change SERUM Titin Percent Change SERUM LDH Percent Change
From Baseline' From Baseline' From Baseling'? From Baseling'?
L] L] i}
g 2 g ° g
E -15 E 15 E £ 20
@ == 2 5 =
g B g @
F+ = F E
o -30 5 -0 o 5 -0
. # - %
2 H 2 =
z g2 z z
45 ¢ . . T T . . . 30 . . T 60, . . .
BL  Day30 Day360 BL  Day90 Day360 BL  DayS0 Day360 BL  DayS0 Day360
MN=14 M=14 M=3 N=14 N=14 N=3 W=11 W=11 M=2 MN=14 M=12 N=3
& 41% atpay 90 & 25% atDay 90 & 22% atDay 90 § 42 atpay 90
3 29% at Day 360 J 40%at Day 360 § 25%at Day 360 § 46%at Day 360
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Promising Clinical Profile Positions SGT-003 for Potential Functional Benefit

Optimized

Transduction

Microdystrophin
Expression

Dystrophin-Associates
Protein Complex

Enhanced
Muscle Integrity

Western Mass Serum/histologic Time to rise
[ @ Pcr ® oo et J @ Immumﬂuaremncej [ oo, @
v 4 L 4 L 4 Wt
walk/run
s g ~,
% Change in biomarkers
Vector genome %% Mormal % Positive fibers of muscle breakdown @ 4-stair climb
copiesinucleus expression (B-sarcoglycan, nNOS) (CK, LDH, AST, ALT,
titin, troponin, eMHC)
. \, North Star
M, (& Ambulatory
Assessment
B-minute
@g ’]’ @ walk test
@@@* O @ Stide velocity
95th %centile
+ S
il Dt o e, Dint cutoll of Septembser 28, 2025, Solkd Beoackences. §09I(LNI¢E

O T ol Boacarday

Promising Clinical Profile Positions SGT-003 for Potential Functional Benefit Restoration of the Potential Optimized Microdystrophin Enhanced
Dystrophin-Associated Functional Transduction Expression Muscle Integrity Protein Complex Outcomes Western Mass Serum/histologic Time to rise
PCR blot spec Immunofluorescence biomarkers 10-meter walk/run % Change in biomarkers Vector genome % Normal % Positive fibers of muscle
breakdown 4-stair climb copies/nucleus expression (4-sarcoglycan, nNOS) (CK, LDH, AST, ALT, titin, troponin, eMHC) North Star Ambulatory
Assessment 6-minute walk test Stride velocity + 95th %centile 26 Data on file. Data cutoff of September 29, 2025. Solid Biosciences. © 2025 Solid
Biosciences



Neuromuscular Pipeline Program

Friedreich's Ataxia (FA)
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Friedreich’s Ataxia (FA):
A Progressive Genetic Neuromuscular Disease with High Unmet Medical Need

Cause

FA is a monogenic disease resuiting from a deficiency of the frataxin (FXN) protein, which is

'I"f 2 important for mitechondral function.

A EGtEd PUpUlatlﬂ'n Decreased levels of FXN lead to less efficient energy production and
IMATED buildup of toxic byproducts, resulting in oxidative stress that damages cells in the central nervous
¥ system and heart

ES

""'5’0 Clinical Presentation and Unmet Need
f

* FAis a multisystem disease thal affects molor control and eoordination

* Mast have loss of vision and hearing, slurred speech, muscle weakness

= The majority of patients with FA develop cardiac complications, most commonly presenting as
hypertrophic cardiomyopathy and arrhylhmia

+ Cardiac complications are the primary cause of death

» Average onsel of disease is bebween ages 10 and 15
PREVALENCE + Average lifespan < 40 years

1:40,000

= Solid Approach
el iE 3 Dual reute of administration = IV and |DN = to deliver AAN-based gene

therapy directly to the heart and cerebellum to restore functional expression
of FXN in the heart and central nervous system

1. Hoeppen AH J Newod S F001. T Ewopean Medbores Agenoy. Pulblbs surmmmny of oporssn o fphn Sesapnataon: Oerarselonions for reabment of Freedresci's sfana
a9 it aiaiw SIS SUTSHA. dulenisdbinned hunahSrphon-delignateniou 3182037, 3. Frsdroh’s Aaes - Syrrglarn. Cauded. Tioatsont | NORD. 33, higs Iraioddosiod ofpian-
drapastradne sy alanal
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Introducing SGT-212: The Only Dual Administration Approach to Address
Both Neurologic and Cardiac Manifestations of FA

Intravenous (IV) Administration Direct Dentate Nuclei (IDN) Infusions”
* [Focused on treating largest cause of * Removes challenges of crossing blood-brain bamier
morality in Friedreich's alaxia: o address most disease-critical brain structune with
cardiemyopathy potentzal to treat atada and dysarthnia
+ Potential to treat ather disease- = Direct administration using convection-enhanced
relevant organ syslems delivery, which utilizes a catheter 1o defiver therapy
using bulk flow

« MR imaging during infusion, plus the use of
gadolinium, will provide confirmation of deliveny

SGT-212
is the only FA gene therapy in ( \ a'

development designed to directly

oy AR ey e Seegsleied for Buriiyaties purpoded Actusl SGT.217 10N s sy aton \—" i I| 1 ) ' I D
will ut FOUA-Spprovid datnogey tatharted fyrioen j | l i e --" |-::- CIPNCES
e, | f
1

address the neurclogic and
cardiac manifestations of FA




f
SGT-212 Systemic Administration Resulted in Significant Neurological %ﬂ!l
and Neuromotor Function Improvements

@ Neuronal proof-of-concept achieved in disease-relevant knockout mouse model (nKO)

Neurological Assessment Score Meuromotor Function Assessment
Meuroscore’ (Day 56) RotaRod? (Day 60)
209 ... o 1 400- |—|
f " ! _ sanal s |
15 Lagpd T T 1 o
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9 3 w * o
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SGT-212 Systemic Administration Demonstrated Cardiac FXN g
Expression, Activity and Resolution of Cardiomyopathy Phenotype

: @ Cardiac proof-of-concept achieved in disease-relevant knockout mouse model (cKO)

FXN Cardiac Expression Mitochondrial Function Indicator of Cardiac Structure
In Situ Hybridization in Heart Succinate Dehydrogenase (SDH) Left Venfricular Mass Index (Day 30)°
5120- — ESW- 15= oo e ——
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IDN Administration of SGT-212 Resulted in Robust FXN Expression in
the Cerebellum in NHPs at Clinically Relevant Dose

hFXMN Expression in Dentate Nuclei (Cerebellum) hFXN Properly Localized to Dentate Nuclei (Cerebellum)
In Situ Hybridization® In Situ Hybridization
300
T 200
@
=
E MHE =]
= 100+
D | T L 1
NHP#1 MNHP &2 MNHP &3 NHP &4
Day2s Day28 Day28 Day®0 [T=F] HHP &
B Human frataxin (hFXN)
.  EITEATS. g DO
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Solid has Built Robust Understanding and Expertise in FA Through
Extensive Preclinical Work in NHPs

Substantial in-house preclinical work and preclinical studies by collaborators have been conducted across
multiple candidates, routes of administration & dose levels

Overall NHP Studies Performed SGT-212 NHP Tox Study Findings

9 NHP studies conducted in total across 4 Dnse-dependent 3 Icng-term biodistribution in NHP tissues was
different development candidates @ associated with corresponding transgene expression in the heart,
' dentate nucleus, and DRG
n=120+ NHPs tested
@ The precision MRI-guided IDN injection procedure was safe and well
tolerated by NHPs

Range e levels tested across 4 routes
of ac stration (IV, IT, IV & IT, IV & IDN)

@ The proposed clinical IDM and IV dose levels demonstrated no

treatment-related findings (both in CNS and non-CNS)
Follow-up time as long as 365 days post

dose (including SGT-212)
@ The proposed clinical IDN and IV dose levels glicited therapeutically
relevant levels of FXN expression

a3 IV = Biraveau; 1T & Intaisacal IDM = Intradentals Muhed; FXN = Fratsun; DRG = Doreal Root Ganglsn
ata g g Soid Badoanced 2004
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FALCON Clinical Trial Design: SGT-212 Phase 1b Study

First-in-Human, Open-Label, Multi-Center Study to Enroll a Minimum of 6 Participants

Primary Objective

+  To evaluate the safety and tolerability of
IDM infusion and systemie IV infusion of
SGT-212 gene therapy in participants
with FA

Exploratory Objectives

+  To evaluate the effect of SGT-212 on:
= Frataxin prolein expression
= Motor function and disability
«  Cardiac function
=  Speech funclion

Participant screening ongoing

Design

Design

Study includes 3 cohorts based ambulatory
slatus:
» Cohort 1: Non-Ambulalory Participants.
« Cohort 2. Ambulatory Participants.
»  Cohort 3: Ambulatery and Non-Armbulatory
Participants (Gose refinement or dose expansion)

All participants are adults with FA with
documented cardiac hypertrophy

SGT-212 delivered by: magnetic resonance
imaging (MR1) quided bilateral infusion to the
dentate nuclei (DN) and infravencus (IV) infusion

0 7% Gl Boasarse

Endpoints

Primary Endpoint

Incidence and severity of TEAEs from baseline
to month 12

Exploratory Endpoints

Change from baseline fralaxin protein
expression in the blood, cardiac and skelatal
muscle starting at day 90

Change from baseline starting at 18 months
in key funclional lesls (e.g. mFARS, 9-hole
peg test, timed 25-fool walk, among others)

Change from baseline stafting at 12 months
in left ventricular structure and function
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Cardiac Lead Program

Catecholaminergic Polymorphic Ventricular Tachycardia (CPVT)

]
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Catecholaminergic Polymorphic Ventricular Tachycardia (CPVT):
a Fatal Disorder in a Young Population

Cause
Regulate cardiac calcium (Ca®* ), important for electrical conduction and
cardiac contraction / relaxation

Aﬁe CtEd PUpUlatlﬂ'n Mutations in RYR2 or CASQ2 genes disrupt Ca** release into the
cytoplasm triggering abnormal contraction and relaxation leading to arthythmias

Clinical Presentati and U t Meed
33 000 w inical Presentation and Unmet Nee
tat,

» Most commonly presents as syncope evenls or cardiac arrest
= Quality of Iife severely impacted. Risk of spontanecus arhylhmias andior sudden death
* Poor Prognosis: Historically up lo 50% mortality by age 357

« Typically identified in younger patients (mean onsel between 7-9 ylo)'

- = Treatment landscape has nol changed in decades: approved reatments - beta blockers and
= , flecainide = do not address the underlying cause of disease, require strict compliance, and

have challenging side effects

people®

= Solid Approach
éE )‘ AfN-based delivery of a genetic payload to the heart intended to achieve
expression of wild-type CASG2 protein using a cardiag-selective promoter

and an oplimized transient transfection manufacturing process

RYR2=sRywmnodne recepior, CASGEs Calsequestinn 2
3 1. Abbas, ol &l Anfrthm Elscirophysol Rev. 2022 2 Pron, of 8l JACT Focus Sermnar 2021
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CPVT Represents High Unmet Need With No Approved Therapies That Treat
Underlying Cause of Disease

Standard CPVT treatments are used
off-label, require strict compliance,

Ca and have challenging side effects that
are life-limiting

« Beta blockers

CPVTisa Mutations in RYR2 Altered calcium ion * Flecainide
channelopathy; a (calcium channel) and channels impact electrical ) .
genelic mutation affects | CASQ2 (calcium-binding conduction and cardiac + Implantable Cardioverter Defibrillators
specific ion channels in protein) are the most contraction — can lead to
cardiomyocytes common causes of CPVT fatal arrhythmia + Left Cardiac Sympathetic Denervation

a7
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Rationale for CASQ2 Augmentation in RYR2 CPVT

In RYR2 pathogenic mutations, normal CASQ2 levels are insufficient to maintain RYR2 in a
closed conformation during diastole in high calcium flux states (such as with adrenaline)

RYR2 Mutation-Related CPVT

Mutations in RYR2 make the channel more sensitive to SR
Ca?* levels. This can result in abnormal release of Ca?* in
diastole that can lead to delayed aflerdepolarizations (DAD)
and resultant ventricular arrhythmia

©
| &
o 90 ¢

T;.........
Q' f.,ic, g

Ry, Ry Recapion, 3R 0 AP action potendall CaT, caldum
3 Sonstvas: Propristany dats from Pricn Lab
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SR Free Ca®

Arrhythmia

RYR2 mutations lower threshold
for SR Ca** release

Time
AP propagation, Heart relaxes but has
heart contracts  less ime to fill with blood
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Rationale for CASQ2 Augmentation in RYR2 CPVT (cont.)

Cardiac delivery of SGT-501 is intended to increase CASQ2, thus enhancing Ca?* buffering and
counteracting Ca?* sensitivity caused by RYR2 pathogenic mutations

RYR2 Mutation-Related CPVT

+ Increased CASQ2 expression

Increased CASQ2 enhances Ca®* buffering within the SR and
helps stabilize RYR2 in the closed state in diastole, reducing or
eliminating the probability of delayed afterdepolarizations (DAD)
and resultant ventricular arrhythmia

|
JU" Co >

Ry, Ry Recapion, 3R 0 AP action potendall CaT, caldum
bl ] Sonstvas: Propristany dats from Pricn Lab
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SR Free Cai*

Normal Rhythm

Increased CASQ2 increases time to
reach threshold for SR Ca®* release

1

Time
AP propagation, Heart relaxes and
heart contracts fills with bleod
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RYR2 CPVT Transgenic Mouse Model Used To Support Proof-of-Concept For
AAV Gene Delivery of Human CASQ2

ECG response to B-adrenergic stimulation in WT and RYR2 transgenic mice 85 days post vehicle or SGT-

501 treatment

©

WT Mice
Dosed With Vehicle
IP dose epinephring & caffeing

RYR2 Transgenic Mice

Dosed With Vehicle
IP dose epinephring & caffeine

RYR2 Transgenic Mice
Dosed With SGT-501

IP dose epinephring & caffeine
WTEYi Type
40 Dt o Be, Sobd Bapaesnoes 2025,

Wild Type

Normal heart rhythm
in WT background
strain animals

RYR2 Transgenic

zq‘l«i,'v‘a«fl ,{JﬁLJ Nof Jﬁqu\Jﬂ

Polymorphic andior
bidirectional arrhythmic
morphology in
transgenic animals

RYR2 Transgenic

T e e b e s e e
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Normal heart rhythm seen
after B-adrenergic challenge
in mice treated with SGT-501
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SGT-501 Elicited Steady Cardiac Protein Expression in Mice and NHPs

Clinically relevant expression levels continued through month 6 indicating potential durability and
stability of expression

Q:i. hCASQ2 Kinetics 6-month hCASQ2 ;ﬁ:ﬁ

hCASQ2 Protein Expression

NE
Mouse Kinetics: Expression significantly ey & 2000
until Day 56, followed by continued -
1 through Day 165 = are— = 1500
— T (=]
MHP Kinetics: hCASQ2 expression levels E . ] I E 1000
were similar between 3- and 8-months post @ ] a
SGT-501 administration. hCASQ2 protein E: : i 5 2004 weoeere s Engogensus I CASOZ
was increased 1.7-fold and 2 3-fold in the o .
Mid- and High-Dose groups compared to e o
endogenous NHP CASQ2 levels, 28 56 84 165 &
respectively Durys dfp ‘ﬁ'
& F
41 Husran CASOZ cxprosssn levels stheroed in the High-Dote group wene semnilar b CASOZ levels moasured i hurnan hogel sasmples {1,187 « 458 ngimy bague proten), Dals repeesanted as mean «SEM I:r:z SOL_JD
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SGT-501 Demonstrated Protection From Sustained VT & Arrhythmia
SGT-501 demonstrated dose-responsive reduction in adrenaline-mediated VT in RYR2 adult mice
Treatment Efficacy

(Prevention of Arrhythmia)

Pl 0002

“Eel 01T

Proof-of-Concept Study Efficacy ol

Mice With Sustained VT (%)

42 Dhats g g ot Babiiandad 2005, WT RYR2 RANC
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SGT-501 was Well Tolerated in NHP GLP Toxicology Study

43

NHP GLP Tox Study

> 3- and 6-month timepoints

2> 6 treatment groups across 3 dose
levels

> Evaluated single and triple
iIMMUuNosSuUppRression regimens

> N = 4/group

Dk oo Bip. Sokd Dupdiignsed 2005

FINDINGS

« SGT-501 was well tolerated at each evaluated dose level:
no adverse effects were observed on hematology or serum
clinical chemistry in NHPs after treatment.

= SGT-501 IV administration of SGT-501 resulted in vector
biodistribution in NHP cardiac tissue, providing confidence
in potential for increased cardiac human CASQ2
expression in CPVT patients.

* Human CASQ2 transgene protein expression was
detected only in the heart.

&3 soLID
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ARTEMIS Clinical Trial Design: SGT-501 Phase 1b Study

First-in-Human, Open-Label, Multi-Center Study to Enroll a Minimum of 6 Participants
Activation of first clinical trial site expected Q4 2025

Design

Primary Objective Design
- To evaluate the safety and tolerability of a Study includes up to 3 cohorts based on age
single IV infusion of 8GT-501 gene and on dose level

therapy in participants with CPVT
» Cohort 1 Participanis = 18, Dose Level 1
i ] «  Cohort 2': Participants = 18, Dose Level 2
Secondary Objectives

»  Cohort 3: Participants 2 T to < 18 years of age,

+  To evaluate the efficacy of SGT-501 by: dosed level at or below dose(s) assessed in
Assessing arhythmia burden during adults?
BNETCISE i ] i
+  Agsessing arrhythmia burden over Al participanis must have a history of life-
time: threatening ventricular arhythmic event with

decumented prior history of a VAS scoreof 2 2,

and must be on a stable dose of background
beta-blocker andlor flecainide

TEAE 115 AT sprmapl el g rednis
44 1. Opbeeal lor dods exploraton; 2. Based on DSME recommeandaion

0 7% Gl Boasarse

Endpoints

Primary Endpoint

Incidence of TEAES through Day 360

Secondary Endpoints

Change from baseline of VAS on exercise
treadmill test at Day 180

Exploratory Endpoints

Change from baseline in the incidence of
ventricular arrhythmia at Day 180 with ECG
pateh
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