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amyotrophic lateral sclerosis (ALS)
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DZEEREBRBE L O X TR D Phase 3 OBRBRBIETHTHSD, SHIT,
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FRIREMES R b7 o —

myotonic muscular dystrophy
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NNz EbEW, ERBOGHEEMES A a7 o —Tik, AR L FR2RHGHET
RT, EHEMIT 55 BEETHY., 20 20 FREENL LN TR, AKEBAIT
FREERTR B, YA be 7 o BRI THD Z &b, BFITETEHR TR b
74 —ICEET, HEMEEEEORE L LTHEIND,

1 AREEC A e o— (DM1) AR 10 FASHTZY 7T NEEL SRS, 2 8

(DM2) 1 ZHARTIEZ 1 FROAREIN TN D,
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st U CI IR E N THER AW 6D,
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KETEHEDOEAORRERPBE SN TV D,
Phase3 : Lamotrigine, Methylphenidate

Phase2 : Mecasermin, Mexiletine
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ClinicalTrials.gov

93

— 339 —
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neuromyelitis optica (NMO)
7]

FEREFEIR I SRR LIE & 0 @I T, 35~40 MW TH 5, 70 BRI LV 80
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(11) BEERENE
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R
myasthenia gravis (MG)
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carpal tunnel syndrome (CTS)
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FEETIIAD 10 FASZY &tk 60~120 A, Btk 35~60 A, 4% U T TixAD 10
FABTZ0 & 506 A, Btk 139 AeESINTWE, T742bb, 3—a v ciiT
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W/ THD, ERMREEE (B, =E. 7. REOERA) O LUTIWESCERES
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Wi B4 i o

neurosarcoidosis
[Z#]
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progressive muscular dystrophy
[7%%]
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PIENISEE G ORE D DREN DR 20720 BOHOREDIZDFERET L
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HIAERFICRIE L CODERMF A br 74— T, FFADEIRDIED, BicZE{is A
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IR NTIFREFEN, [ESWHRT 21T,

DMD OFaE, A7 uA FEEITETEZMAS8R1RH Y, 7 AU I OFERFKR TIE
BATHIR 2 FRELERT 5, 74 U W OMEFES - NEMRZESTIE, HAETHE
BT D 5~6 b7V =y un rOEARELHET L L 2HREL, BIEAS
LIRAERELDVITRET S, BEHMERICIVEEENMETT 2O THESERE LI D
I N T LFEIEBIT S, DMD LISAOH YA Ma 7 4 —RETIIATrA NOFH)
PEIFRERE S TR0,

DHRED T = v 7 3R WRE D 5 2 12 1 [E, 10 mUBIEEFEESNIIT ., BERE
TTIZHE D DIBSREIR T OEAWIISE LT, T oo T v U ERBEERILER ) LR L
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[EEFRaEBR ORI ]

BEOFER ORERFBRD EE ST\ 5,

<DMD >

Y © ataluren (EU)

Phase3 : ataluren (US). drisapersen (US/EU/JP). idebenone (US/EU)

Phase2 : eteplirsen (US/EU). givinostat (EU). halofuginone (US). PRO-044
(EU). PRO-045/PRO-052/PRO-053 (EU)

Phasel : DT-200 (US). rAAV2.5-CMV-minidystrophin (d3990) (US). SMT
C1100 (EU)

<DMD Li%t>

Phase3 : ataluren (US/EU)

Phasel : omigapil ( EU ) . PF-06252616 ( US) . stamulumab (JP) .
rAAV1.CMV.huFollistatin344 (US)

(R EE]

TE, O FEMFOESRIT L A RERPBRIJEATE S LS R2Y, HROHE
EOHERE < RO Y SO MRER S 4L, RIBFEZ BRI L L7CHRERE (A VAR
U B =% W im B IEE. SP (Side Population) cell #AW/-FBABEGE, ——
fe 7 ERWTEIEBIRERE) BRER - FRINL TN D,

HH B
4 B OIaEFEST Web i
B H DFTEE Web hit
MREERER] V=7V A b
ClinicalTrials.gov
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(15) IEREEKEELE

1E & FE/KEEE
BB

normal pressure hydrocephalus (NPH)
(%]

NPH DIEMEZRFEAEMEITA L TIZR WS, RAVE LW S NZBED 5~6%03
M NPH GNPH) ThsEBX T\ 5, INPH OFRERMIL, BT 60 i
BThHO, 70 BRICZ<HERINTND, BEIICOCEENRZ Y, T E TOHHHE
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WMEINTED, K<REL-THH 31 HTA (A0 10 TASHTZVH 250 N) 23FEE
LTWARERN S 5,
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FAMEBOIET RAE) . HTEE, REEO=Z#EOVTILIr—D, HDHVITHE
AR, BEE CT ° MRI TIHMEOIEKAHER S L, NPH 2595, 272, EA
PERRANE CTHMMZEMIC E > TIHENIER LT 5D T, NPH L OERINLELRD,
BRI, EPIEMEERNC LY EE2MERHE (200 mmH:0 L) ThoHnE D
DEWRT 5, TDOH%., M 20~40 mL OFERZHER L T, FERDBET 208 9 h %
RIME @RS v 7T AN 2179, ZOBEITZARDOMLETR S, R TREIIT
D EMTED, WRY v 7T A MDOERALRE, EROUENAONDBEIL, FIFRN
B THD EBWEND, BERYERICE VIERDGE LIZBE T, vy v MREITOF
ZHERPIRD TEVY, T Ofh, RI MEER - CT SR, BESNERE, MR E 72
EEITHZELHD, TNOHOEBRE T MFERICZVEBEBENTNENE D
) EHERT AU, BIROBEREZHGIT COBERICOWTHEIET D, £, FRF
I DOBIRBA 2N & LR TE B,
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IR ST, Las L, SNERIZBE D 240 5O JR RN K D FER OO I 2315
FHI, BMEICHRAEE D EMESTER L, MAEBIND Z & THMEES O T
GRAME) . TS, JREZLR EOERIRLICHE L, NPH LWbil a2 EBEE 5| x
o3, FRRHOb D% INPH, [RENEL»2 b OEFREE NPH &FES, HisstE
NPH oFHEE LTid, < bETHML, BEHIME, BEARERET 65, NPH T
X, BAEBORT GREE) . HTEE. RAROZONFERTH 5, FLEEED
OELBRDBTNANINA 7 —ROIER EITKRE R Y | INPH ORBFERTIX, £97
LB, BEMEMETL, —BHAR—v L LTS, FFUODFIZH L TRIGREL 725
LWV ERH LD, DL D RERS R EIRICEN S AL, INPH Th
DAREMEN I bbb, E£lo, STEE TR, BB LTS RV/METEDL IBE
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LU F— 35BN EDLDL, 5 FELILENRWGR E ORISR HL
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HZ-TL 3,
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B E > TR AR T Z LI > T, IMEOY A XETICE L, MOEE
ERELEEDIREETH D,

B v v MEOFEICIE, OME-EES Y b, ORE-LEY Y b, OEHE
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VM= RT 2 ERFMDO L D720, BAE 28 O R TH LA E B T2 R FIN
T, 30 4~1 BERETKRT T 5, EROUELEL DT, —EEDOHE 2P
SEDLMENRD LN, FEROPEHENBRNC 25 L EE T AESCMENRAET S, 20X
IR BAPHEZBFIET 5720, BT TIREAPLHAEEZE> TERZEET LI LN TES
JERIER LT R0, KD BRI BRIR OmRHEM 2 B 1L T 2500 A 7 4 A & D)
NT IR EERND T ENREL 2o TND,

[ERPREABR DHRIL]
BN TIIFROFDE LR ML R T 53R, BRI R EREHERNTOh T
DOHT, FEORFE L BH) L LIZIBRIIITO TR,

[#rFisE]
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(16) BHMERET (MEMHEHE)

FHmMAEREES (8 rEEHE)

vascular disorders of the spinal cord

PR
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TR & 2 LV FRERE 5. MRI % FV CHEBORR G OMETT B2 S0
B e WL L, BEIDGLC, FHLERE 172,
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TR FRICEREL T 2 ATEMEIRCREMER, ARBIIRE EOMAZEL D IT,
T OFHEIRT & 2 KEARCH BB, HEEFBIRORE (77 v— ik, BIIRAERE. KX
BINRFHT2 &) X TELD Z ERZ, FHNOBIGRITKEIRTHY . WER2
Wiz, BMLIK BEREFEIC F— 2 RICEA HFFICAE T 5, BETRMET, B L
HER LIPITERITER T 5, BEESMOEE TR T 5 2 L R8E L WEBMITIS
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HEAHIEE TYHOEAL (BT g v 7). RITTUET 2, B L L CORTHEREIIE
EHE TR RES (Fc—8f) CHEMOEBEERTE THY | HERES IS
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