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Gene editing of patient-derived iPS cells by Zinc finger nuclease to analyze
development of juvenile myelomonocytic leukemia
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We performed gene correction using Zinc Finger Nuclease (ZFN) specific for
PTPN11 gene in juvenile myelomonocytic leukemia (JMML)-derived iPS cells with mutated PTPN11. PCR
and direct sequencing confirmed that the mutated nucleotide was converted into wild-type one
precisely. We will introduce mutation into PTPN11 wild-type iPS cells by the same protocol. The two
types of gene-edited iPS cells (mutant-to-wild and wild-to-mutant) are useful for analysis of the
cell Kkinetics to reveal the mechanism of development of JMML.
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