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Drug screening for Diamond-Blackfan anemia using zebrafish as a model animal
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Diamond-Blackfan anemia (DBA) is a congenital bone marrow failure syndrome
characterized by red blood cell aplasia. Although the ribosomal dysfunction is implicated 1in this
disease, the molecular pathogenesis remains unknown, thereby no effective treatment exists. In this
study, we performed in vivo screening of 1,280 small compounds using zebrafish to identify the drug
candidates for DBA. We found that four compounds effectively rescued the anemia phenotype in
zebrafish, suggesting that these are the promising pharmaceutical seed materials for DBA treatment.
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