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Diamond-Blackfan Anemia (DBA) is a congenital disease, which is
predominantly thought to be caused by abnormalities In protein synthesis. Our studies using
zebrafish as a model (developed by knocking down zebrafish orthologous genes that are mutated in DBA

patients) indicates that the expressions of genes involved in glycosylation modification are
suppressed at translational level but not at transcription level. Functional analysis of one of
those genes in vivo suggests that the gene is involved in erythropoiesis during early development of
zebrafish. These data indicate the glycosylation pathway may be implicated in the pathogenesis of
DBA. To address this important questions we have developed a zebrafish strain carrying mutations in
DBA-associated ribosomal protein genes using CRISPR/Cas9, genome-editing technology. The results
from these studies will provide new insights into rational design of new treatments.
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