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RNA aptamer ALS

Development of targeting therapy for sporadic ALS using RNA aptamers
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Expression of abnormally calcium-permeable AMPA receptors that have Q/R
site-unedited GIuA2 subunit in their subunit assembly in the motor neurons is involved in the
pathogenesis of sporadic ALS. We explored the possibility of stable RNA aptamers that effectively blocked
Ca2+-permeable AMPA receptors as a drug for ALS using a mechanistic ALS mouse model. Using a
subcutaneously placed mini-pump, the RNA aptamer was continuously infused intracerebroventricularl
through an indwelling cannula. The RNA aptamer was safely delivered to brains and spinal cords without
extensive degradation and effectively blocked abnormal Ca2+ influx into the cortical and spinal cord
neurons. AMPA receptor-specific RNA aptamers may be a potential drug for ALS.
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