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Background Methods

* Delandistrogene moxeparvovec is an rAAVrh74 vector-based gene transfer therapy that delivers a transgene CaGlI-C: Caregiver Global Impression of Change
encoding delandistrogene moxeparvovec micro-dystrophin, an engineered, functional form of dystrophin shown
to slow disease progression in ambulatory patients with DMD1-4

« Delandistrogene moxeparvovec is approved for the treatment of DMD in the USA and in other select countries®®

« EMBARK (NCT05096221) is a two-part Phase 3 study assessing delandistrogene moxeparvovec safety and
efficacy in ambulatory patients with DMD aged =4—<8 years (Figure 1)

—In EMBARK Part 1, caregivers reported tangible improvements in disease status (specifically DMD symptoms,
physical ability, ability to perform daily activities, and overall health) assessed using the CaGI-C and CaGlI-S CaGlI-S: Caregiver Global Impression of Severity
scales,” 1 year after delandistrogene moxeparvovec versus placebo infusion®

« CaGl-C assessments included four separate questions to evaluate: DMD symptoms; physical ability;
ability to perform daily activities; and overall health

« Responses were rated on a 7-point Likert scale (no baseline)

« Score values reported by caregivers at Weeks 52 and 104 represented the perceived change from
baseline in the CaGI-C domain

« CaGlI-S assessments included four separate questions to evaluate: DMD symptoms; impairments in
physical ability; ability to perform daily activities; and overall health
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« Ordinal regression analyses (proportional odds model):" Tested if the odds of improving or worsening
 To present 2-year caregiver-reported outcomes from the overall population treated with delandistrogene at Week 104 were linked to treatment (Part 1 vs. Part 2) controlling for age (4-5 vs. 6—7 years) and
moxeparvovec in Part 1 and Part 2 of the EMBARK study, assessed using the CaGI-C and CaGlI-S scales baseline symptom severity (for CaGl-S)

Results Figure 2 Proportion of caregivers reporting improvement, maintenance, and deterioration at Week 52 and Week 104 across the CaGI-C domains

for participants treated with delandistrogene moxeparvovec in Part 1 and Part 2

* Overall, 63 and 60 participants were treated with
delandistrogene moxeparvovec in Part 1 and Part 2 of the A. Patients treated with delandistrogene moxeparvovec in Part 1 (n=56) B. Patients treated with delandistrogene moxeparvovec in Part 2 (n=52)

EMBARK study, respectively
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- There was no nominally significant difference in the summed response scores across all four domains: M=-0.1 (95% CI —0.6—0.4); P=0.61 response scores across all four domains: M=1.5 (95% CI 0.6-2.4); P<0.001
response scores across all CaGI-C domains at Week 104
versus Week 52 (difference: —0.1; 95% CIl -0.6-0.4; P=0.61)

_ The Bhapkar test showed no nominally significant difference in Figure 3 Proportion of caregivers reporting improvement, maintenance, and Table 1 Odds of improvement across the CaGI-C domains
the caregiver response distribution between Week 52 and deterioration across the CaGI-C domains 1 year post-infusion for participants at 1 year post-infusion for participants treated with
Week 104 treated with delandistrogene moxeparvovec in Part 1 versus Part 2 delandistrogene moxeparvovec in Part 1 versus Part 2
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delandistrogene moxeparvovec in Part 1 and Part 2
(Figure 3)

 Across all CaGI-C domains, the odds of caregiver-reported

improvement were similar between participants treated in » Treatment-related benefits were observed when using caregiver reports of participants’ DMD symptoms, physical activity,
Part 1 and participants treated in Part 2 (OR 1.0-1.6) (Table 1) daily activities, and overall health after receiving delandistrogene moxeparvovec

Conclusions

CaGl-S scores between Week 52 and Week 104 * At 2 years post-delandistrogene moxeparvovec infusion, caregivers reported maintenance of clinical improvements reported

- For CaGl-S, similar results were observed to those seen at 1 year post-infusion
for CaGl-C (see the Supplementary Information at the » Consistency in caregiver-reported improvements was observed for participants treated with delandistrogene moxeparvovec in
IR eoets) Part 1 and Part 2

 Across all CaGlI-S domains, 1-year changes reported by
caregivers were similar for participants treated with
delandistrogene moxeparvovec in Part 1 and Part 2

» Parental perceptions provide insights beyond clinician-reported and performance-based outcomes, offering a complementary
perspective on treatment impact
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Supplementary information

CaGl-S scores between Week 52 and Week 104
MDRI

* For participants treated with delandistrogene moxeparvovec in Part 1 (n=51), caregivers reported marginal progression of severity of impairments and impacts over Part 2;
however, the difference in the summed scores across the CaGIl-S domains did not reach nominal significance (difference: —0.9; 95% CI -1.8-0.0; P=0.051) (Supplementary
Figure 1A)

* For participants treated with placebo in Part 1 and delandistrogene moxeparvovec in Part 2 (n=50), caregivers reported reduction in severity of symptoms and impacts following
treatment with delandistrogene moxeparvovec compared with Part 1; however, the difference in the summed scores across the CaGIl-S domains did not reach nominal
significance (difference: 1.0; 95% CIl -0.1-2.1; P=0.07) (Supplementary Figure 1B)

* Across all CaGIl-S domains, 1-year changes in severity reported by caregivers were similar for participants treated with delandistrogene moxeparvovec in Part 1 and Part 2
(Supplementary Figure 2)

Bhapkar

* For participants treated with delandistrogene moxeparvovec in Part 1 or Part 2, the Bhapkar test showed no nominally significant change in the caregiver response distribution
between Week 52 and Week 104

Ordinal regression

* No nominally significant differences were observed when comparing CaGl-S scores 1-year post-infusion in participants receiving treatment in Part 1 versus Part 2 (OR 1.1-1.5)
(Supplementary Table 1)

Supplementary Figure 1 Proportion of caregivers reporting improvement, maintenance, and deterioration at Week 52 and Week 104 across the CaGI-S domains for
participants treated with delandistrogene moxeparvovec in Part 1 and Part 2

A. Patients treated with delandistrogene moxeparvovec in Part 1 (n=51) B. Patients treated with delandistrogene moxeparvovec in Part 2 (n=50)

m Deteriorated Maintained

17.9
23.2 25.0 26-8 .
] 38.9 35.8 34.0 35.8

60% -

m Deteriorated Maintained ®Improved

20.7 20.7 20.7
293 32.1 30.4
20% -

20%
| 0%

m Improved

100% - 100%

80% - 80%

60% -

40% - 40% -

o Bn Bm

Proportion of caregivers (%)
Proportion of caregivers (%)

7.9
0%
Week 52 104 52 104 52 104 52 104 Week 52 104 52 104 52 104 52 104
DMD symptoms Physical ability Activities ability Overall health DMD symptoms Physical ability Activities ability Overall health
No nominally significant difference between Part 1 and Part 2 for summed response No nominally significant difference between Part 1 and Part 2 for summed response
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Supplementary Figure 2 Proportion of caregivers reporting improvement, maintenance, and Supplementary Table 1 Odds of improvement across the CaGI-S domains
deterioration across the CaGI-S domains 1 year post-infusion for participants treated with at 1 year post-infusion for participants treated with delandistrogene
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Abbreviations

CaGlI-S, Caregiver Global Impression of Severity; Cl, confidence interval; DMD, Duchenne
muscular dystrophy; MDRI, multi-domain responder index; OR, odds ratio.
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