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. Baseline Characteristics Troponin | Levels
. gOIaS(Sj?StS pooled cardiac safety ?Ué(?omeir‘:romt - Data were collected from 218 patients, of whom 210 (96%) were ambulatory (Table 1) « Except in the 2 myocarditis cases, troponin | fluctuations (EMBARK Part 1, Figure 1; ENDEAVOR, Supplementary Figure S1) were asymptomatic and compatible with
elandistrogéne moxeparvovec studies with up 1o - At baseline, participants’ ages ranged from 3.2 to 20.2 years, and their LVEF values from 48.9% to 78.0% (Table 1) fluctuations observed in DMD'"

S years of follow-up « An analysis of ENDEAVOR Cohorts 1-3 (n=33), which included 6 non-ambulatory patients, showed no apparent relationship between total capsid load and troponin levels at

baseline, peak troponin | levels, or change in troponin | levels from baseline 1-2 weeks post-infusion (Figure 2; Supplementary Figure S2)

Table 1. Baseline Characteristics of Patients With DMD Across Pooled Trials?

Study 103 (ENDEAVOR) Study 301 (EMBARK) » There was also no apparent relationship between troponin | levels and serum vector genome exposure (as measured via C,,a)
n=43 n=125 * In ENDEAVOR and EMBARK Part 1, 12 out of 107 patients with available baseline and post-baseline ECHO data had elevated troponin | levels at baseline
@ Back round Study 101 Study 102 Cohort 1 Cohort 2 Cohort 3 Cohort 4 Cohort 5a Cohort 5b Treated (Part 1) Placebo (Part 1) — One year post-infusion, only 1 of these patients had LVEF <50% (48% by ECHO) Figure 2. Troponin | Levels Versus Total
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>Mp : ) _ y + Two cases of myocarditis were reported by the investigator within days of delandistrogene moxeparvovec infusion; both resolved within 3 weeks, 1 with an addition of another cardiac - EMBARK: the cMRI substudy revealed no relevant differences in LV values between patients treated with delandistrogene moxeparvovec for up to 104 weeks and those treated
of delandistrogene moxeparvovec in patients is needed medication (Table 2) with placebo for 52 weeks (Figure 3, Supplementary Figure $3)
» Another patient, from ENDEAVOR Cohort 5a, experienced a recurrence of immune-mediated myositis with concurrent cardiac inflammation during immunosuppressant weaning and « ENDEAVOR: ECHO revealed stable LVEF values over 2 years of follow-up (Supplementary Figure S3)
stabilized with 2 weeks of treatment*  Study 102: ECHO revealed stable LVEF values 3.5 years post-infusion (Figure 3)

+ Study 101: ECHO revealed that all 4 patients’ LVEF remained normal (>50%) 5 years post-infusion

Table 2. Summary of 2 Patients Treated With Delandistrogene Moxeparvovec Who Experienced Myocarditis

I‘:I Methods — S— Figure 3. Changes in Left Ventricular Parameters Over Time: EMBARK and Study 102
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S gl I A I . . . . Yes No
tatistical Analysis regimen at hospital discharge o : _ e : : : :
: L - » Results of clinical studies with up to 5 years of follow-up indicate a manageable cardiac safety profile of delandistrogene moxeparvovec in a
Data are presented using descriptive statistics only Post-episode LVEF% (ECHO) Normal Normal . . . :
P ° predominantly ambulatory population of patients with DMD
 Delandistrogene moxeparvovec treatment is manageable with appropriate monitoring, with no signs of persistent treatment-related cardiac injury
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Figure S1. Troponin | Fluctuations in Patients From ENDEAVOR?
Figure S3. Change in Left Ventricular Parameters Over Time in EMBARK and ENDEAVOR
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