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Investigation of pathogenesis of leukemia in congenital bone marrow failure
syndrome using human iPS cells
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We established iPS cells from congenital bone marrow failure syndrome.
Myeloid cells derived from severe congenital neutropenia (SCN)-iPS cells revealed the maturation
arrest at a promyelocyte stage, reflecting the symptom of SCN patients. One from cyclic neutropenia
(CyN) didn’ t show that. We also knocked-in and -out some genes which are associated with
leukemogenesis in SCN by genome-editing technologies and compared the process of the differentiation
into blood cells. In addition, SCN-iPS cells were expected to be useful for the investigation into
the ggﬁhanisms causing the occurrence of leukemia and the establishment of the methods to prevent it
in ;
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Efficacy of clofarabine based chemotherapy followed by haplo-HSCT for refractory childhood ALL
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