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[ Summary of Results]

ALS (amyotrophic lateral sclerosis) is an intractable neurodegenerative disease with approximately 9,000 patients in Japan.
It is characterized by progressive loss of skeletal muscle strength or respiratory failure due to damage of upper and lower
motor neurons, which leads to death within two to five years after onset if not treated with a ventilator, and there is still no
curative treatment.

By compound screening using iPS cells from ALS patients, we identified that bosutinib, an existing drug approved for
chronic myeloid leukemia, inhibits motor neuron cell death and accumulation of pathogenic proteins. Furthermore, we
confirmed that bosutinib inhibits motor neuron death and accumulation of pathogenic proteins and prolongs survival in a
mouse model of ALS. In order to develop a treatment for patients with ALS using oral bosutinib, a Phase I investigator-
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initiated clinical trial was initiated in March 2019 under the Ministerial Ordinance on Standards for the Conduct of Clinical

Trials of Drugs. To confirm the safety of bosutinib in patients with ALS, a safety evaluation study will be conducted in ALS

patients. We also explored the efficacy using the ALS Functional Rating Scale (ALSFRS-R) as a clinical score and biomarkers.

Although the duration of the trial was extended by 6 months due to the COVID-19, all the planned activities were completed

and the notification of completion of the trial was submitted at the end of September 2021. Data analysis was performed and

a summary report was prepared. The safety of bosutinib in ALS patients was confirmed, and the results suggest that bosutinib

is effective in treating ALS symptoms.
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