Nonclinical etficacy and toxicity study of GMP-grade vector OPGx-RHO (scAAV2/5-RHO820-
shRNAS820) delivered by subretinal injection in a canine model of RHO-adRP.
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The objectives of this study were to evaluate the safety and efficacy of

OPGx-RHO (scAAV2/5-RHO,,,-shRNA,,;) in rhodopsin (RHO) mutant treated and equivalent treated areas) from OCT-derived ONL maps.(A) At 11 weeks post dosage color code
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Summary and Conclusions

M 1A * Preservation of ONL thickness in OPGx-treated retinas was
Wf\- observed.

four treatment groups. At approximately 12 weeks of age, each dog
received a 150 L subretinal injection in the right eye. To maintain the
integrity of the study, the animals were housed in dim red light from
birth, and all retinal imaging was conducted using near-infrared light.
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At 11 weeks post-injection (Pl), acute retinal degeneration was triggered
in all 24 eyes via a one-minute light exposure (corneal irradiance of 1
mW/cm?). The study concluded at 27 weeks PI with the following
evaluations:

ss(pm)

Low-dose
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All animals were humanely sacrificed at the 27-week mark for final oriented so as to include the treated area in OD and equivalent area in OS. The blue bar under the x of 3 dogs had minimal perivascular inﬂammatory infiltrate. In the
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