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To demonstrate the utility of a unique therapeutic strategy to preserve and
harness the neuroprotective effects of glial cells in the early stages of ALS/FTLD disease, we
tested recombinant pleiotropin supplementation (periodic intrathecal administration) as a means of
providing sufficient amounts of pleiotropin to the peri-neuronal degenerating cells. Pathological
studies confirmed that there were no significant adverse effects associated with
intrathecal/intracerebroventricular administration of recombinant pleiotropin. Intrathecal
administration of recombinant pleiotropin to SOD1 mutant mice was performed and changes in survival
and motor function were confirmed. In addition, we pathologically confirmed the increased expression

of pleiotropin and some neuroprotective effects in glia-specific FUS knockdown.
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