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Therapeutical strategy of Spinal muscular atrophy by RNA virus vector delivery to h
uman iPS-derived neural cells
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Spinal muscular atrophy (SMA), a genetic neuromuscular disorder, leads to motor ne
uron degeneration. SMA is caused by reduced production of the survival of motor neuron (SMN) protein resul
ting from the homozygous deletion or mutation of the SMN1 gene. To date, however, it remains unclear how
SMN protein deficiency causes the selective spinal motor neuron death seen in SMA because of a lack of a m
ethod to express SMN proteins by the appropriate delivery to the sEinal cord. Therefore, an effective trea
tment of SMA does not presently exist. This study was focused on the potential of a neurotropic RNA virus,

poliovirus (PV)-based vector as a novel therapeutic delivery system of exogenous protein in human iPS-der
ived neural cells and SMA-derived cells.In this study, PV-based expression vector delivery method exhibite
d an insight into the GFP or GFP-SMN protein expression during an early stage of human iPS-derived neural
cells and SMA patient-derived cells.
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