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OBJECTIVE To identify a lead guide RNA (gRNA) and the optimal ratio of the dual adeno-associated virus (AAV) system in a CRISPR-Cas9-mediated therapeutic strategy to knock out the endogenous rhodopsin (RHO) gene in patients
with RHO-associated autosomal dominant retinitis pigmentosa (RHO-adRP) and replace it with an exogenous functional RHO gene.
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Figure 3. Clinically relevant editing levels while maximizing RHO replacement expression levels were achieved by injecting the dual AAV vectors at a 1:1 ratio
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AAVS, adeno-associated virus 5 GRNA, guide RNA; RHO, thodopsin; SaCas9, Staphylococous aureus Caspase 9.
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