Systemic Delivery of SGT-003 Microdystrophin Gene Therapy Using the Novel Capsid AAV-SLB101 Ameliorates Muscle Pathology and Rescues Muscle
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* Duchenne muscular dystrophy (DMD) is a rare, X-linked neuromuscular disease caused by _
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* A No Observed Adverse Effect Level (NOAEL) of 3.0E14 vg/kg (highest dose tested) was ¢ 590«' 5,,6&' ;@C“’V 6‘96&' 96'\' f,év f O P Figure 5. Membrane localization of microdystrophin in heart, diaphragm, gastrocnemius, and quadriceps at days

observed in mdx mice and cynomolgus monkeys. There were no adverse SGT-003-related @5* &5"' @5" @6*' &5" @5" @5" @6*' &*‘ 4, 29, 92 and specific force production of the EDL muscle at SGT-003 doses 3.0E13 to 3.0E14 vg/kg.

gross or microscopic findings. Figure 3. A dose-dependent increase in microdystrophin protein expression measured by mass spectrometry
* Three months post-SGT-003 treatment, functional efficacy was observed at doses > 6.0E12 was observed in heart, diaphragm, and quadriceps. % Normal Dystrophin was calculated by dividing each

vg/kg. sample concentration by the average concentration of five individual human adult muscle samples.

* A plateau in functional efficacy and microdystrophin expression was observed at SGT-003
doses > 3.0E13 vg/kg.
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Figure 1. Three studies were performed in mdx mice to evaluate SGT-003 pharmacology and toxicology. All
studies were 92 days in duration. Tissue was collected at interim days 4 and 29 in the toxicology study to
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