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Duchenne muscglar dystrophy (Duchenne) is a progreSSive ' Figures 2-4. Mice lacking dystrophin were treated with SGT-003 and positive changes in the circulating biomarker profile were noted at 92 days post-dosing.
neuromuscular disorder caused by the lack of functional dystrophin Circulating markers correlated with microdystrophin levels and functional readouts.
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Figure 1. Exploratory Assessment of Biomarkers Associated Figure 2. Microdystrophin was measured by immunofluorescence in quadriceps muscles 92 days post treatment with SGT-003. Serum was taken at Day 92 and CK, titin, and AST
with Muscle Integrity, Resilience, and Preservation were measured. Declines in all three were observed in a dose dependent manner in mice treated with ascending doses of SGT-003. *p<0.05, **p<0.01, ****p<0.0001.
AST: aspartate aminotransferase; CK: creatine kinase.
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INITIAL CLINICAL DATA FROM THE INSPIRE DUCHENNE STUDY OF SGT-003 SHOWED ROBUST
MICRODYSTROPHIN EXPRESSION AND IMPROVEMENTS IN BIOMARKERS OF MUSCLE INTEGRITY

PRIMARY OBJECTIVE: To investigate the safety, tolerability, and efficacy of a
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SECONDARY ENDPOINTS INCLUDE: Figure 5. SGT-003 biodistribution indicated robust skeletal muscle transduction across
the first three participants in the study.
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Function: Cohorts 1, 3: None; Cohort 2: Time to rise and 10-meter %"cz 100 53% interrupted muscle breakdown and preserved muscle fibers at Day 90 for the first
walk/run criteria *uzi _ three participants in the study. A. Titin is actively degraded and fragments and
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Microdystrophin-Positive Fibers Measured by Inmunofluorescence suggests that SGT-003 helps in muscle preservation and resilience.
eMHC: embryonic myosin heavy chain
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Che 50 Sl '75 * Improved muscle integrity, as indicated by a coordinated biomarker
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