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Establishment of iPS cells from spinal and bulbar muscular atrophy and the research
of polyglutamine diseases

Nihei, Yoshihiro

3,100,000

(SBVA) iPS
(AR)
17-AAG AR
iPS
( DRPLA) iPS

We established spinal and bulbar muscular atrophy (SBMA)-derived iPS cells
(iPSCs) and confirmed motor neuron differentiation. Aggregation of androgen receptor in SBMA-iPSC-derived
neurons is enhanced by dihydrotestosterone. And one of the candidate drugs, 17-AAG promoted to degrade AR
aggregation. These findings show iPSCs technology makes us be able to recapitulate disease-specific
biochemical features and demonstrate the potential for identification and validation of candidate drugs.
We also established iPSCs from other polyglutamine diseases (Machado-Joseph disease,
Dentatorubral-pallidoluysian atrophy) and neurodegenerative diseases (amyotrophic lateral sclerosis,
Parkinson®s disease). We are going to advance the polyglutamine disease researches by using the
established iPSC lines.
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