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Functional analysis of GATAl-short-form protein in the pathogenesis of transient
abnormal myeloproliferative disorders
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The aim of this study is to elucidate the molecular mechanisms underlying
the pathogenesis of Transient Abnormal Myelopoiesis (TAM), a pre-leukemic condition that occurs in
children with Down syndrome. We focused on the GATAl gene, which is recognized as a causative gene
for TAM and is located on the X chromosome. Unlike the usual GATA1fl, only the isogenic GATALs is
expressed during the onset of TAM. Using patient-derived disease-specific iPS cells as a TAM model,
we analyzed the unique role of the GATAls protein as a transcription factor. Our findings suggest

that GATAls uniquely binds to specific cancer-related genes in the absence of GATALfl, potentially
contributing to the TAM phenotype.
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