RGX-381: First-in-human clinical trial of an investigational AAV9 gene therapy encoding TPP1 for the treatment of ocular manifestations of CLN2 Batten disease
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NAV AAV9 vector that delivers a human tripeptidyl

peptidase 1 (TPP1) transgene directly to the retina, Increased TPP1 concentration in the vitreous humor
potentially providing an ongoing source of secreted TPP1 of NHPs 92 days following RGX-381 delivery

to prevent progressive photoreceptor (PR) degeneration.
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) P Preclinical Studies: In Vitro CLN2 Retinal Model RGX-381-1102 First-in-Human Clinical Trial Design
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SCMAS: subunit C of mitochondrial adenosine triphosphate synthase, a storage material that accumulates in CLN2 disease
TPP1: tripeptidyl peptidase 1, the deficient enzyme in CLN2 disease
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