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Amyotrophic lateral sclerosis (ALS) is a devastating neurodegenerative disease characterized by
progressive loss of upper and lower motor neurons. The mean overall survival time of ALS patients is
3 to 4 years, and there is no curative therapy for ALS. To facilitate development of therapies for ALS,
1dentifying clinical factors and bio-markers for designing trials, efficient recruitment of patients into
clinical trials for ALS and validation of long-term outcomes of new therapies are needed.

For these purposes, we are developing the registry system for ALS which enables real-time
registration by web-based system. The system is compliant with the regulatory requirements of
Japanese government for electric records and electric signatures of clinical studies. We are preparing
standard operating procedures of the registry system meeting the Good Post-marketing Study
Practice (GPSP) guideline. The telephone survey system designed for the registry will check the
longitudinal score of the ALS Functional Rating Scale-revised and the prognosis of the registered
patients every 3 months.

The clinical factors associated with progression and prognosis of ALS, which contribute to
designing clinical trials, can be identified from the longitudinal clinical data. The large-scale patient
registry will enable efficient recruitment of the patients with specific clinical phenotype. Post-
marketing surveys and validation of long-term outcome and safety with new-therapies will be
conducted using “the real-world data” in the registry. The patient registry will play a growing role in

facilitating clinical trials for ALS.
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