©
2020 2022

Investigation of small molecule compounds that target the cellular defect in
spliceosome assembly and function.
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There are two types of splicing abnormalities; cis intron mutations and
trans mutations of spliceosomal components. In this study, we aimed to develop a method to control
splicing by targeting the spliceosome weakened by trans mutations. To this end, we considered
controlling cells containing abnormal spliceosomes with a trans mutation by perturbing the
intracellular environment with small compounds, rather than targeting the spliceosome directly with
a small compound. As candidates for such compounds, we tried to elucidate the mode of action of
compounds that we had previously obtained by an activity to alter cellular snRNP levels, and we
found some mechanisms that influence snRNP biogenesis or the spliceosome.
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