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Cancer

Acute myelogenous 
leukemia (AML)

Musashi homolog 2 
(MSI2)

Studies in cell culture and in mice suggest that 
antagonizing MSI2 could help prevent AML. In cultured 
human leukemia cells, MSI2 levels were higher in 
AML cells than in normal and chronic myelogenous 
leukemia (CML) cells. In a mouse model of AML, small 
hairpin RNA knockdown of Msi2 decreased tumor 
levels and increased survival compared with what was 
seen using control shRNA. Next steps include screening 
for compounds that block MSI2’s interaction with 
downstream regulatory proteins. 
At least 50 companies have AML therapies on the market 
and in various stages of development.
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