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Investigation of pathology and therapeutic approaches targeting ADH5/ALDH2 in
iPSC models of Bone Marrow Failure Syndrome
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A research paper was published as the lead and corresponding author that
analyzed the pathology of Fanconi Anemia (FA) and Aldehyde Dehydrogenase Deficiency Syndrome (ADDS)
using zebrafish disease models. The study revealed that zebrafish models of FA with overexpressed
ADH5 exhibited phenotypic improvements. Based on these findings, the potential for developing
activators of ADH5 was proposed. Additionally, the utility of hematopoietic differentiation in iPSC
models of ADDS and FA was demonstrated using inhibitors of histone demethylases and scavengers of
formaldehyde. Furthermore, the paper explored the potential for gene therapy through genome editing
techniques in 1PSC models of FA and ADDS.
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