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In vivo reprogramming for ALS regenerative therapy
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Amyotrophic lateral sclerosis (ALS) is an intractable disease characterized
by progressive degeneration and loss of motor neurons. Currently, there is no treatment that can
improve the symptoms as a radical therapy. Regenerative medicine is important as a fundamental
treatment to restore lost motor functions for ALS.

In this study, we conducted basic research for the development of effective regenerative medicine
for ALS, which has been impossible so far, using direct reprogramming technology to change the fate
of cells into different types of cells by the introduction of transcription factors.

ALS



(Amyotrophic lateral sclerosis: ALS)

ALS

@)

Ngn2 Isl1 Lhx3
iPS

Science Translational Medicine 2017
ALS
Ngn2 Isll Lhx3
GFP

(2) ALS
G93A SOD1
1994  IVF

©)
TgSOD16%3A
500u g/mi
Kondo et al., Stem Cell Rep. 2014

SeV-GFP SeV-LNI-GFP
35

4)

ALS

ALS

in vitro

iPS

Goto et al.,, Molecular Therapy 2016; Imamura et al.,

LNI-GFP
GFP
ID
ALS B6-Cg-Tg(SOD1-G93A) Gurney et al.
75u g/ml 400p g/ml

7ML/ g

Th12/L1
35 0plL



Zhou et al., 2007)

5
Grade
EE 8 Normal
7 Hind limb tremors
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