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Gene editing of iPS cells derived from patients with congenital phagocytic
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This study demonstrated the establishment of the disease-specific iPS cells from
patients with severe congenital neutropenia (SCN). Differentiation of myeloid cells derived from SCN-iPS
cells was defected at the level of promyelocyte and myelocyte. This defect observed in iPS cells was
similar finding shown in bone marrow of SCN patients. The mutation of ELANE identified in an SCN patient
were corrected by gene-editing method using TALEN. The iPS cells edited were completely differentiated to
mature neutrophils, suggesting the restoration of neutropenia in SCN patients. These results suggest that
disease-specific iPS cells from patients with SCN may be useful to analyze the pathogenesis of the defect
of myeloid differentiation, and that the possible restoration of ELANE mutation by gene-editing method
using TALEN may result in the normal myeloid differentiation of neutrophils in iPS cells.
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