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Abstract

The CRISPR system has revolutionized gene editing field. Cas9-mediated gene editing such as Indel induction or HDR enable
targeted gene disruption or precise correction of mutation. Moreover, CRISPR-based new editing tools have been developed such
as base editors. In this review, we focus on gene editing in human pluripotent stem cells, which is principal technique for gene
correction therapy and disease modeling. Pluripotent stem cell-specific drug YMI155 enabled selection of target gene-edited
pluripotent stem cells. Also, we discussed base editing for treatment of congenital retina disease. Adenine base editor delivery
as RNP form provide an approach for genetic disease treatment with safe and precise in vivo gene correction.
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Fig. 1 Schematic of gene editing tools.
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Table 1 Methods for improving editing efficiency in PSCs
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Fig. 2 Schematic of YMI155 drug treatment. (A) YMISS
treatment for depletion of undifferentiated cells (B)
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Fig. 3 Delivery of gene editing tools via viral vector or RNP
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RD12 mouse
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