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Amyotrophic Lateral Sclerosis (ALS)
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Confirmatory double-blind, parallel-group, placebo-controlled study
of efficacy and safety of edaravone (MCI-186) in amyotrophic lateral
sclerosis patients

Amyotrophic Lateral Sclerosis and Frontotemporal Degeneration, 20143 15: 610-617
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JAMA Neurology | Original Investigation

Efficacy and Safety of Ultrahigh-Dose Methylcobalamin
in Early-Stage Amyotrophic Lateral Sclerosis

A Randomized Clinical Trial Sl e s

Figure 2. Primary Efficacy Outcomes
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The mean and slope of the Revised Amyotrophic Lateral Sclerosis Functional
Rating Scale (ALSFRS-R) total score in the full analysis set are shown.
Data are shown as mean (SE). Errar bars indicate 95% Cls.



AMXO0035

Trial of Sodium Phenylbutyrate-Taurursodiol

for Amyotrophic Lateral Sclerosis
Paganoni S et al N Engl J Med 2020 Sep 03; 383 (10)
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Ropinirole, Retigabine, Bosutinib

Dopamine receptor agonist

Kv7 or KCNQ voltage-gated

Retigabine . .
& potassium channel activator

Bosutinib Src/c-Abl inhibitor

1. Suppressing oxidative stress

2. Inhibiting TDP-43 and FUS aggregation

3. Improving mitochondrial function

4. Suppressing neurite retraction and cell death
(sporadic, TDP-43, FUS mutation)

1. Inhibiting motor neuronal excitability

2. Decreasing activation of endoplasmic
reticulum (ER) stress pathway

3. Suppressing cell death (SOD1 mutation)

1. Inducing autophagy

2. Inhibiting misfolded SOD1 aggregation
3. Suppressing cell death (SOD1, TDP-
43, C9orf72 mutation, a part of sporadic)

Most of sporadic
TDP-43 mutation
FUS mutation

NOT SOD1 mutation

SOD1 mutation
C9orf72 mutation
FUS mutation

SOD1 mutation

TDP-43 mutation
C9orf72 mutation
A part of sporadic

Ropinirole, a New ALS Drug Candidate Developed Using iPSCs. Okano H et al. Trends Pharmacol Sci. 2020
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