Nonclinical safety and pharmacokinetic assessment of SPVNO6, an AAV-based gene therapy for the treatment of rod-cone dystrophies
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Purpose Results
Rod-cone dystrophies (RCD) are inherited retinal diseases o o o o o
characterized by photoreceptor degeneration, eventually causing > BlOdlSt”bUthn > Sheddlng
blindness. In all RCD, degeneration is first observed in rods, and Retina| tissues Ocular and non-ocular tissues Tears (e.g. OS)

subsequently in cones, in large part due to a lack of trophic support.
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RACVFL mRNA. Absorption and shedding were determined by
measuring the vector copy number by qPCR in whole blood and
tears, respectively.
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interference due to the influence of a strong and ubiquitous Transgenes mMRNA  Retinal surface
promoter on a weaker tissue-specific promoter expression

Primers and probes were designed to specifically target the
exogenous RACVF and RACVFL mRNAs produced following SPVNOG6
delivery to distinguish them from endogenous mRNAs. SPVN06
vector genome and RACVF and RACVFL mRNA levels are reported as
absolute quantifications, per ug of DNA or RNA, respectively.
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