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Functional Outcomes: A Pooled Analysis of Patients with Duchenne Muscular Dystrophy Treated
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Background Results
- Delandistrogene moxeparvovec is an rAAVrh74 vector-based gene therapy that delivers a transgene « Statistically significant correlations were observed between Week 12 micro-dystrophin expression and both 1- and 2-year functional outcomes, with correlations increasing from Year 1 to Year 2, demonstrating a durable treatment effect (Figure 1)
encoding micro-dystrophin, an engineered, functional form of dystrophin shown to slow disease — Some patients with low micro-dystrophin expression showed changes in NSAA total score comparable to those observed in patients with high expression

progression in patients with DMD1-+ , _ _ , , : : . .
» The correlation between Week 12 micro-dystrophin expression and 1- and 2-year functional outcomes was also assessed in patients in the placebo group of Study 102 and EMBARK; no correlation was observed

» The delandistrogene moxeparvovec mechanism of action targets the underlying cause of DMD, the o . . _ . _ _
absence of functional dystrophin, to restore muscle cell stability and slow functional decline « Variability in functional outcomes was high, but remained consistent with the range observed in the placebo group

» Delandistrogene moxeparvovec is approved in the US and in other select countries for the treatment of

ambulatory patients with DMD who have a confirmed DMD mutation5 Figure 1 Correlation between Week 12 delandistrogene moxeparvovec micro-dystrophin expression and 1- and 2-year changes in functional outcomes
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Methods
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delandistrogene moxeparvovec treatment period

+ Pearson correlation coefficients were calculated to assess the relationship between micro-dystrophin

) ! _ « Smoothing curves (LOESS) were fit to Week 12 micro-dystrophin expression
expression and functional outcomes, and skeletal muscle MRI FF and functional outcomes

versus changes in NSAA total score at 1 and 2 years post-delandistrogene
*For Study 102, the study periods were 48-weeks long but were approximated to 1 year (Week 48 approximated to Year 1 and Week 96 moxeparvovec infusion (Figure 2)

Figure 3 Time-matched correlation between skeletal muscle MRI FF and functional outcomes
at 1 and 2 years post-infusion
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