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In order to carry out safe therapeutic genome editing, an attempt was made
to establish a highly efficient and safe technique using human hematopoietic stem cells for
therapeutic genome editing using X-linked severe combined immunodeficiency marmoset. As a result, it

was confirmed that the homologous recombination efficiency reached the target value and the
undifferentiated state was maintained. The off-target sites were confirmed by using the CIRCLE-seq
method, but the sites at which the gene function was lost could not be detected. At the same time, I
attempted to develop a technique for removing cells in which the donor sequence was inserted at a
site different from the target. Suicide gene 1Caspase9 incorporated into the donor sequence reduced
the rate of cells with non-homologous recombination.
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