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Development of a highly specific genome editing technology for human cells using
adeno-associated viral vector
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In this study, we sought to improve the efficiency of gene targeting mediated by
adeno-associated viral (AAV) vectors. We found that the efficiency of gene targeting achieved by
AAV-based targeting vectors varies depending on the choice of promoters regulating a selection marker
gene within the vectors, and that the use of promoters exhibiting strong transcriptional activity, such
as_the CMV promoter, in AAV targeting vectors does not result in gene targeting with high efficiency.
This study also revealed that a higher gene targeting efficiency 1s achieved by using a 2A peptide,
rather than a commonly used internal ribosomal entry site (IRES), within AAV-based tar?eting vectors
which carry no promoter and exploit the promoters of targeted endogenous genes to regulate a selection
marker gene within the vectors (i.e., promoter-trap targeting vectors).
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