DL Or )P/
AUCSC2 70 1T

BEFBHFARERMYE

(EREMEAEEEHARER (BREFR - SRELHAREE) )

TavzUXBHIOR QAT —IZHT B
I9YU53RFy THEZE[ZLS
B RIFE R ER

TH 254K WiE- HEREREE

AR s S

k26 (2014) & 3KA



EEFBRFMREMME

(EEBRMERLBAARERX BRPAR - BRHEELEMEER) )

FalrxUXBHFOAMOT—IIWT B
IH9Y2U53RFTyTHEEIZKSD
B RAIFE R ER

FER 2 5EE BE - SEWRHEE

MEREE ®H H & -—

E26 (2014) & 38



H /8

. RIETT SRR
TavzUXBHFIA a7 4 —iZHTH=T Y 53

A%y TIRBEERICIAP2BHBERAWERRE 0 s 1
— ER2SEEOEBIRIOBIE —

HE fi—

. TR RERE

C EEEERBROIEBICETANE s 15

A BRI sk BRKF. mE B

. DMDEFH OEHFIEFEE & outcome measure DEJAEIE ccomeeeeee 17
B4 % it
N B
. FHOEROBERRICBIA2HBREICOVWTORE e 21

MHE ERE. BEK BF. KE B

. DMDIZXT BT Vv s A%y FIREEBERICET S - 25
BT D E A

KHEOEH, MBS WE

PR OTHTICE 2% e 33

5 (O K 2 B | —— 35



B4 G BRI E M &
(BRI ZAREMEER (BRIIE - IBBRIHEENTJEH3E))
TRL 25 SR IERTRRIREE

FavzryXBHI A a7 =I5t 5
T V53 A%y FIREEICL D EHIEROERRAR
— R 25 EE OEBRIRILOBIE —

|

mroEfEE KE

MIATBUENE LR - R EREMEE S ¥ —
FGUAL—YaF e AT o v H—

v E—F

Mooz kH @ﬁﬁﬁ@kﬁﬁ%@( 3

*Mﬁ%%ﬁﬁ@%ﬁ%ﬁ%ﬁ%%

BERETFIEETT VEIMBERE =

WSATEIENE B - RERMEE ¥ —

FRERTIERT B AsF R BIR AT T ER
BEFIBRENHERE £

NG ZEIC RSIATEUE NENCREM - R ERT IR v 7 —
Wb NEMEZES ER

MSIATEE NE LR - MRRERIZEE v ¥ —

FI U AL —VaF )l AT 4 ANt —

BRPRTJESCERES WRRTJiXE= R

*1 SRR 25 47 10 A DR SR STAT B A E IR E SR MR8 6 MM TR
ME SRR BSATBUR ANESTRM - MRERIZEE v X —

Fibe HEENBRZERE MR

MAERE

Tb\éo

Duchenne B2 hua 7 1 — (DMD) IZXTAMBEERE LTHEINDEZZ T Y
Ve AFy TIRBEIZOVWT, BAIIZ I VY 53 AXy T EFETLELT XY )
KB (NS-065/NCNP-01) OB EZED TV 5D, 20094 (FEK214E) LofiELn
HEFEFZEEERMSE L, 2013 F (FR 25 F) THERE~ORELRB T2 BE
WHRERZED TERLLIATHAIN, SEE, YWOTELRBY ERLERERR
EHEB~ORBRIFEBEHEZITV, EMEER BHMBERMERABR (UMIN CTR:
000010964, ClinicalTrials.gov: NCT02081625) & L TR T HICE -7, WBREMLA
AN, ROEEBEBBEOREMICE L TIE, FEORELZRDTETFTHY ., UL
BbZEMIC+HIREREZITVWDOD, FiK 26 FEENOERERTEZER T L

A. BFEREBE W

BEMEDOBERMEHER TH S Duchenne
BlfHy A hr 74— (DMD) DWW T
EOLSBIEHRIBEEORENFELESE
NCx7, 7vFEryAgERERAVET
7Yy A%y TIREIX, DMD 2T 5

FRIERIEL LTHERET LTV
BETHDL, Txldx, YA ba7 40—
EFETNA X LT, EAT Y KB
DEFEEEITV, =V - AFx v/
MHT A ba 7 4 —Zxt L THERRIBE
L0 EB/BBEZ LER LT (Yokota et al.



Ann Neurol, 2009), RIZ, HELRDHAE
EHENEDMD BEOR 3% EHELEW
TSI AF TSI ONT, 2T Vv
525 RE LTI mdx32~<~ U A HAWTENL
T7x ) I BBOLEREEITVW, =T Y
Y51 A%y TOFAMEEZHRE L (Aoki
et al. Mol Ther, 2010), =27 > 51 A% v
T OxGEDE| AL DMD BEOF T
H %<, FEDOBRKREBRIIEK Z F .00
EITHFTHDH, =7 V51 IOV THE
BENZNVEINDEIDE, =7 Y 45,
53, 44 e ERBH BN, Fxik, BANT
DMD BEDIO% L EHEDHLEEN TS
7 V3 EREMNRE L, U EEE
=IO, BB - mRERWEE L F—
EEAFEEXESMLIT. = V53 AF
v TIREEOR R 2 AFEICB W - L F

Jua TRk 21 SRIZBAM L, ARSI O ERER,

b MBI E A WIERIER EEITR o TE
7. EFEFFFROERALH I BN,
t NHMIZBWT DMD B FOT
YU S3AXy T EFEEL, £7- DMD &
FHEMBICEE LA, =7V
S3AF T EVAINRT A HURIE
DELEY*FE LI, TxITERBET
(NS-065/NCNP-01) % B #&EMELFI & L
THEE L. AEFINIRDEFFITONVTE
AR 23 IS HFEIMHET S & &b, FEI
ENTF Y JEBITCER LIS V53
2%y TORBREORFBELED D Z LT
ONWTEELE, FEERLEREER
AHEHE (PMDA) & o KB B B ) B
EEAL, EERRBONE. ROHEHR
WEDORBEZICHOVWT, R RHER
BEEREREBR O 7 1 b = — )L K& OV F BRI
WCOWTHEREITo T, RFRIZTE
B 24 IR I, HRIOENL T 5
V) TEREINTZ=I VY 53 AFx o
TR ZK O first-in-human 3Bk % & ff 3= AU
OERMBERMERABRE LTEBL, &
HEEE TICEZESN & BHHERRICY

73 proof-of-concept # 525 Z L & Hi &
LTESN TS, £, RE+TH2
HMADOEBPBRVWEBRERL R OHDER
MERMORABIZEL TOREORTZ
TV, AEBOEELERZMEST D
DOMRAEMDELDHZLEHHEHMEL
TW5, Wk 25 FEEITABED 2 EER
Thy, AR TITEHXFEEICBIT 2 KEE
RRBROEHRRICOVWTHRET S,

B. W38 5k
AREERRR T2V XBHFI A b
7 4 —BEEZ RS L L2 NS-065
/NCNP-01 o> B 5 £ 5% 84 s R 5UBR 1 13 GCP
HEYLCEE S v, BB - MR ER
HEL ¥ —IEREEZESOARREZIT,
PMDA I 2IEREHEZITWERT 5,
7'a b a—E%i T SRR R R BR B R
A4 NTHERRETH S,

C. W3Rk
1. BBRHEREYE L EHERHERER
HRER DB

AHFFETIIER 25 FROE G5B E
BEfRL. LELXBRFNZED TE R, ¥
B 23 4 12 B IS EHE U 7= 38 3 8L g FH 3R
B E (E P2) Tk, (DIEEEKR
EMTF - Ry =V OFYME KRV
QFBRLZLERBRICAVDIHERY
BEORBIZOWTHKRETH, 2h %
B E 2 CUBROIFERABR D FER., &
KRB o ba— 1OEREITR -
TEh, LELORBEZRER TR £
DN IEBREMEE KO8 B E M &
EEICESE, ER2SE3 AICER
Liz2EBBoxmEmEIE (¥ P44) T
(HODEHBERWERRABRO 2 b2 —
D FY M ROQ)BE R &K OH
BT ARy =V OEHEHEITON
THRETo . AXNEHEORKRE %
BExC.Far— MNEFEOFR



SOEEBICEI IR PBITEEDR
BELEZTVW . EELE e ha—1
ZbHboTCER 25 F5 BICEYLEM -
HREEMERE X —EREEES
SEDOARBEXT 2, FAIC PMDA IZ
* LIEBRHBEREHEZITV, 30 BHAE
KTHORE 6 AlCHEREMAAZAN
ZEHBL, BREMNIC10408A AN
FEEEZHELLZ. EELLr b=
— VI OWTIHEREFREERFBTHRT
v b U — 27 (UMIN) O R B %5 &
VAT AL, ERAEENYEERXESE
NEETOI2EEREEBREEY 4 b
clinicaltrials.gov IZE &L, ThEh
UMINO000010964, NCT02081625 & L
TARI LTV D,

2. HREFHEHLANICBITEZRAZ Y —
=V DOENE
AREBOTo ha— LTk, A ANE
DOV EDE LT IHBRERAKMRICE
{7 % NS-065/NCNP-01 @ in vitro 7 v &
A DR, VAP T 4 mRNA TOT
g 53 AFX v T RNV ANRT 4>
FUNRTEDOHREPERINTWDEHE]
EFRELTWD, =YV - AFxyT%
HHgE L7 v F o 2RI, Eise
RAEREREFETHHEBREFICHLTO
HAEDEE BTN, BEAEITE
IEERLBRVWEREXEHE TS DMD &
FIZH L TIE, mRNA D7 L—Ahs 7 b
ERP>FETH, TORDEHICEEAC
EOoTHEERYA M 7 4 VORERE
FREL, FERERAE b LT L LR
5. HEERE OB & VT in vitro TIRER
HOFEHEERRTDHZ LT, AHED
BlRohlrod, HBREOHERKRMEHED
BENOLEERLD, REENRES
NTWBEZATHD, HAEANTED
10 £ >N TiE, Fpk25F 7 ALV HE
MR ) —= v THRELZBRE LR,

AT Y == TRICHEBRE DR RE D bR
MEFMRAERIR Lz, TOBREBRL M
MFMEAEHNT, aF— bk 1 OBERE
LT OEERF D 2 — VT HE 5 TIEWR in
vitro T v EAZEREL, EERFTORE
T ERBE CLEREAFLE, £
DFER, EWHREFIZB W T invitro TO =X
7Yy 53 AFxySEeVAIRT 4 H
YRTEDREBEDER S, BIFRL 26 F
3AETIRaF—F2 KO3 b EDEE
WEBRE D invitro 7T v A BKT Lz,

3. #HBRE~OBREHELK

TR 2510 Aicads—h1EEE 1.25
mg/kg) DE 1F BT HEE 2B L
oo BERAZEZEZRRODONRNI &
A%, o bao— Lo TR IR
—FNOFE2HB., BI3IFBEICHT IR
ERBBL., TNENOMmERE 3 £12%t
THLENREORENRKT Lz, 7u b=
—VICHE L2 REUFMEESDOER
ERT.ER260FE1A LD ar— k21
HTHEEDREHBEINTWER, Faks
—hMZBWTHLED L ABEEREES
IO TV,

4. ET=XV VT - BEE.TFT—F<X
VAVUDE T ERTEDOER
AEEEERAEE R 2 GCPYERL T E M
T HRDIT, IRREEEL L EUYICER
A HE AR R Bl 2 1T > 7=, GCPLZAXE
DEHE, BEEFHRONE, ROZEMHE
FMEESOEESICEA L TERBEITV.
FmF YT cERFICOWTIIENRE
FEEERERE L, MET —F OINEICHE
LCik, EEMREAICLEREIBORKE,
BEEHE, HELOr Yy NMEESEHE
TEBL, BERT —XDORNEICEDT
Wb, EEAMBEOERELE LT, Eik
23S F HIFE L 72 AR BRE O B 5 455
X, ERSFEICEFTFREINLTE (B



53636555 ),

D. & £
AIEBREOBEREICB W TIL, FRk 23 FiZ
Moy —LARFEOMT, ¥k ¥
— N T first-in-human B ER &2 E i+ 5
TEWZOWTEAGEIZEL., FL 25 F
WCER SR R REMEBRRRR L LT,
WBE~OBRESERBEBET L & L,
FERELUTCER 25 FICTFELERB Y R
BE~OBRERBICEY BERL, T
MDAV a—VEBVITEB LD
CIX—EOFMNFRELEEZ NS, F
TEABBERATIE, 2aFk—F2 (BE
E Smgkg) ~OFEEDETHTHBHH,
INETEERAEEZRIIRBD TR,
Ee R R BRBRAARTICE Do JE R R B
RERMNLIZ, BT I EBOENE
SRR IN TR, BEADOEBRE
TROLNIBEMELEFELRNLDOT
W HN, 5% ak— 3 TFESINT
WAHEHAE 20 mgkg OFE5IHTIX, F
BLBRVWEENELUDAEMELEET
9, BERBELMEL T LER
bbHEEZLND, WREMEAHLANELE
BB invitro 7 v A X, MLPA &>
BN Y URENRE—TET
ZERDOHBTIH, =7 Vv« Ax v 7T
KAVARIaT 4 B URTEORBRE
BEHRETERVATEEEZBSE L TERLE
HLOTHAHN, BRELTEHELAANT
EWBEE 10 ZEBETYVA T 4 0¥
VRIBOERBEPBO N, TDOZ L&
NhH, TNETHREFTSNTWHRWEHHRO
T IIRTA IV A%y TS
BEOBELZED DH AT, BBRED
BNEREM - BB O WMz W
T invitro Ty A DNEERKE TR
T EDNHERINT,

E. &

AWFEBRERIEO 2EEBHBITB VT,
EHFPOERHMERNERAROES
EERIEFAE B X b5, BHBRTOH%
BREHELANIITBON TR, EAANT
EEHEEEDOTV A ba T 4 UEBRN In
vitro 7 v A4 TEICHER I L, &
EEREHAEBEOREHIZONTDH, W
FOLILABEERBREEELRIIRAEL
TV, 4B bEEEIC+HICEE
LEHBEHEZED TS Z L LT
W5, S0 FEETTINIEER
26 FEHRICEERE~OREELRT
TAHFETHY . ZOHHEITHRDME
o ROREORBRHBEZEIZOWVWTOD

BEPEEIRI»IbDEEZLND,

F. f& 5 fa bR #t
L

G. FEFER
I 5 SCFE R

[BRSCFE - Rt
1) Nitahara-Kasahara Y, Hayashita-Kinoh
H, Chiyo T, Nishiyama A, Okada H,
Takeda S, Okada T: Dystrophic mdx
mice develop severe cardiac and
respiratory dysfunction following
genetic ablation of the
anti-inflammatory cytokine 1L-10. Hum
Mol Genet. 2014 Mar 24. [Epub ahead
of print]
Takeuchi F, Yonemoto N, Nakamura H,
Shimizu R, Komaki H, Mori-Yoshimura
M, Hayashi YK, Nishino I, Kawai M, ,
Takeda S: Prednisolone improves
walking in Japanese Duchenne
muscular dystrophy patients. J Neurol.
2013 Dec;260(12):3023-9. doi:
10.1007/s00415-013-7104-y. Epub
2013 Sep 22.
Aoki Y, Nagata T, Yokota T, Nakamura
A, Wood MJ, Partridge T, Takeda S:
Highly efficient in vivo delivery of
PMO into regenerating myotubes and
rescue in laminin- ¢ 2 chain-null

2)



4)

5)

6)

7

8)

9)

congenital muscular dystrophy mice.
Hum Mol Genet. 2013 Dec
15;22(24):4914-28. doi:
10.1093/hmg/ddt341. Epub 2013 Jul 23.
Nakamura A, Kobayashi M, Kuraoka M,
Yuasa K, Yugeta N, Okada T, Takeda
S: Initial Pulmonary Respiration Causes
Massive Diaphragm Damage and
Hyper-CKemia in Duchenne Muscular
Dystrophy Dog. Sci Rep. 2013 Jul
15;3:2183. doi: 10.1038/srep02183.
Okada H, Ishibashi H, Hayashita-Kinoh
H, Chiyo T, Nitahara-kasahara Y, Baba
Y, Watanabe S, Takeda S, Okada T:
Robust Long-term Transduction of
Common Marmoset Neuromuscular
Tissue With rAAV1 and rAAV9. Mol
Ther Nucleic Acids. 2013 May 28,
2e95. Doi: 10.1038/mtna.2013.21.
Oana K, Oma Y, Suo S, Takahashi MP,
Nishino I, Takeda S, Ishiura S:
Manumycin A corrects aberrant
splicing of Clenl in myotonic
dystrophy type 1 (DM1) mice. Sci Rep.
2013;3:2142. doi: 10.1038/srep02142.
Nakamura H, , Mori-Yoshimura M,
Komaki H, Matsuda Y, Goto K,
Hayashi YK, Nishino I, Takeda S,
Kawai M: Characteristics of Japanese
Duchenne and Becker muscular
dystrophy patients in a novel Japanese
national registry of musculardystrophy
(Remudy). Orphanet J Rare Dis. 2013
Apr 19;8(1):60. [Epub ahead of print]
Ito N, Ruegg UT, Kudo A,
Miyagoe-Suzuki Y, Takeda S:
Capsaicin mimics mechanical
load-induced intracellular signaling
events: Involvement of
TRPV1-mediated calcium signaling in
induction of skeletal muscle
hypertrophy.Channels (Austin). 2013
May-Jun;7(3):221-4. doi:
10.4161/chan.24583. Epub 2013 Apr
12.

Kanagawa M, Yu CC, Ito C, Fukada SI,
Hozoji-Inada M, Chiyo T, Kuga A,
Matsuo M, Sato K, Yamaguchi M, Ito T,
Ohtsuka Y, Katanosaka Y,
Miyagoe-Suzuki Y, Naruse K,
Kobayashi K, Okada T, Takeda S, Toda
T: Impaired viability of muscle
precursor cells in muscular dystrophy
with glycosylation defects and
amelioration of its severe phenotype by
limited gene expression. Hum Mol

10)

11)

12)

13)

14)

15)

Genet. 2013 Aug 1;22(15):3003-15.
doi: 10.1093/hmg/ddt157. Epub 2013
Apr 4.

Echigoya Y, Lee J, Rodrigues M,
Nagata T, Tanihata J,
Nozohourmehrabad A, Panesar D,
Miskew B, Aoki Y, Yokota

T. :Mutation types and aging differently
affect revertant fiber expansion in
dystrophic mdx and mdx52 mice. PLoS
One. 2013 Jul 24;8(7):e69194. doi:
10.1371/journal.pone.0069194. Print
2013.

Kimura K, Takenaka K, Ebihara A, Uno
K, Morita H, Nakajima T, Ozawa T,
Aida I, Yonemochi Y, Higuchi S,
Motoyoshi Y, Mikata T, Uchida I,
Ishihara T, Komori T, Kitao R, Nagata
T, Takeda S, Yatomi Y, Nagai R,
Komuro I: Prognostic impact of left
ventricular noncompaction in patients
with Duchenne/Becker muscular
dystrophy - Prospective multicenter
cohort study. Int J Cardiol. 2013 Oct
3;168(3):1900-4.

Rayavarapu S, Coley W, Cakir E,
Jahnke V, Takeda S, Aoki Y,
Grodish-Dressman H, Jaiswal JK,
Hoffman EP, Brown KJ, Hathout Y,
Nagaraju K: Identification of disease
specific pathways using in vivo SILAC
proteomics in dystrophin deficient mdx
mouse. Mol Cell Proteomics. 2013
May;12(5):1061-73. doi:
10.1074/mcp.M112.023127. Epub 2013
Jan 7.

Yonekawa T, Komaki H, Okada M,
Hayashi YK, Nonaka I, Sugai K, Sasaki
M, Nishino I. Rapidly progressive
scoliosis and respiratory deterioration
in Ullrich congenital muscular
dystrophy. J Neurol Neurosurg
Psychiatry. 2013;84(9):982-988.

Ito T, Ogawa R, Uezumi A, Ohtani T,
Watanabe Y, Tsujikawa K,
Miyagoe-Suzuki Y, Takeda S,
Yamamoto H, Fukada SI: Imatinib
attenuates dystrophic condition in
severe mouse dystrophy and inhibits
both proliferation and fibrosis-marker
expression in muscle mesenchymal
progenitors. Neuromuscul Disord.
2013 Apr,23(4):349-356.

Tremblay JP, Xiao X, Aartsma-Rus A,
Barbas C, Blau HM, Bogdanove AJ,
Boycott K, Braun S, Breakefield XO,



16)

17)

18)

19)

20)

Bueren JA, Buschmann M, Byrne BJ,
Calos M, Cathomen T, Chamberlain J,
Chuah M, Cornetta K, Davies KE,
Dickson JG, Duchateau P, Flotte TR,
Gaudet D, Gersbach CA, Gilbert R,
Glorioso J, Herzog RW, High KA,
Huang W, Huard J, Joung JK, Liu D,
Liu D, Lochmiiller H, Lustig L,
Martens J, Massie B, Mavilio F,
Mendell JR, Nathwani A, Ponder K,
Porteus M, Puymirat J, Samulski J,
Takeda S, Thrasher A, Vandendriessche
T, Wei Y, Wilson IM, Wilton SD, '
Wolfe JH, Gao G: Translating the
genomics revolution: the need for an
international gene therapy consortium
for monogenic diseases. Mol Ther.
2013 Feb;21 (2): 266-268. doi:
10.1038/mt.2013.4.No abstract
available

Ito N, Miyagoe-Suzuki Y, Takeda S:
Molecular basis of muscle hypertrophy
and atrophy: potential therapy for
muscular dystrophy. J Sports Med Phys
Fitness.2(2)179-184, 2013

Saito T, Ishigaki K, Murakami T, Sato
T, Kajino S, Takeda S, Osawa M:
Identification of a Duplication
Breakpoint in the DMD Gene Using
Array Comparative Genomic
Hybridization. Journal of Tokyo
Women's Medical College.
2013;83(1):E20-E24.

Ito N, Ruegg UT, Kudo A,
Miyagoe-Suzuki Y, Takeda S:
Activation of calcium signaling through
Trpvl by nNOS and peroxynitrite as a
key trigger of skeletal muscle
hypertrophy. Nat Med. 2013
Jan;19(1):101-106. 2

Nakamura M, Matsuoka T, Chihara N,
Miyake S, Sato W, Araki M, Okamoto
T, Lin Y, Ogawa M, Murata M,
Aranami T, Yamamura T. Differential
effects of fingolimod on B-cell
populations in multiple sclerosis. Mult
Scler.2014 Feb 18 [Epub ahead of
print]

Chihara N, Aranami T, Oki S,
Matsuoka T, Nakamura M, Kishida H,
Yokoyama K, Kuroiwa Y, Hattori N,
Okamoto T, Murata M, Toda T, Miyake

S, Yamamura T. Plasmablasts as

21)

22)

23)

1

[FoC R -

migratory 1gG-producing cells in the
pathogenesis of neuromyelitis optica.
PLos One. 2013 Dec 10;8(12)
€83036[in process]

Mizuta I, Takafuji K, Ando Y, Satake
W, Kanagawa M, Kobayashi K,
Nagamori S, Shinohara T, Ito C,
Yamamoto M, Hattori N, Murata M,
Kanai Y, Murayama S, Nakagawa M
and Toda T. YY1 binds to a-synuclein
3’-flanking region SNP and stimulates
antisense noncoding RNA expression.
Journal of Human Genetics
2013;58:711-719

Furusawa Y, Mukai Y, Kawazoe T,
Sano T, Nakamura H, Sakamoto C,
Iwata Y, Wakita M, Nakata Y, Kamiya
K, Kobayashi Y, Sakamoto T,
Takiyama Y, Murata M. Long-term
effect repeated lidocaine injections into
the external oblique for upper
camptocormia in Parkinson’s disease.
Parkinsonism Relat Disord. 2013;19(3):
350-354

Mori-Yoshimura M, Oya Y, Hayashi
YK, Noguchi S, Nishino I, Murata M.
Respiratory dysfunction in patients
severely affected by GNE myopathy
(distal myopathy with rimmed
vacuoles) Neuromuscul Disord
2013;23:84-88

]

pRpES REME—  BIRORTTA
VU RRET AT v FRE L RAERE
OBBICHONT. EELEBRES
VX¥aZ hY) —H AR,
45(1)23-32, 2014
KEHM, RAM— = Ve XF
7. BERBRENVNT T, HF
S EZ4E, ppl187-191, 2013
FEEME, REM— o HRE B
ERIZLVFER SN A TRPVI 24
L7 Ca2+ ¥ 7 FIVITERGIERE
R+ 5. ATIEREZ, 31 (6)
901-904, 2013




4. BFEEE, HAAKTF, RHEME—H
RER~OVT T4 MEEORH. &
EORZE, 64(2)162-167, 2013

5. FEEEE, REMH— . FRE R
EEARBRICIVFRIND
TRPV1 4 L7z Ca2+> 7 F VI E
BBIEREZREETIEERRFTH
%. A ¥l T5EBRE %] Current Topics,
in press

I EEHE

<E4 >

[HBRIEEE - o RY T 4]
1.

Takeda S: Exon Skipping Approach To
Duchenne Muscular Dystrophy. The
12th Annual Asian and Oceanian
Myology Center (AOMC)Scientific
Meeting, Xian,China6.7, 2013

Takeda S: The molecular mechanism of
muscle hypertrophy; roles of nNOS/NO,
peroxynitrite and TRPV1. EMC 2013
42nd European Muscle Conference,
Amsterdam, Netherland, 9.21, 2013
Takeda S: Exploratory Study of Exon
53 Skipping Drug NS-065/NCNP-01 in
Duchenne Muscular Dystrophy. Action
Duchenne 12nd International
Conference, London, UK, 11.8 2013

s

Imamura M, Takeda S: Analysis of
Interaction of WWP1 E3 Ubiquitin
Protein Ligase with
Dystrophin-Associated Glycoproteins.
The 2013 ASCB Annual Meeting, New
Orleans,louisiana,USA, 12.14-18

Ito N, Kudo A, Suzuki Y, U Ruegg ,
Takeda S : Activation of calcium
signalling through TRPV1 by nNOS
and peroxynitrite as a key trigger of
skeletal muscle hypertrophy. EMBO
Workshop Molecular mechanisms of
muscle growth and wasting in health
and disease, Ascona, Switzerland, 9.18,
2013

Hayashita-Kinoh H, Okada H,
Nitahara-Kasahara Y, Chiyo T, Yugeta

10.

N, Okada T, Takeda S: Immune
Tolerance Induction in Canine
X-LinkedMuscular Dystrophy with
Trans-Placental

rAAV9-Microdystrophin Transduction.
American society of gene & cell
therapy 16th Annual meeting,Salt Lake
City,Utah ,5,16,2013
Nitahara-Kasahara Y, Hayashita-Kinoh
H, Chiyo T, Okada H, Okada T, Takeda
S: Engraftment of Mesenchymal
Stromal Cells That CanDifferentiate To
Form Myogenic Cells Is Enhancedby
Expressing IL-10 in Dog with

Duchenne
MuscularDystrophy.American society
of gene & cell therapy 16th Annual
meeting,Salt Lake City,Utah ,5,16,2013
Okada H, Ishibashi H, Hayashita-Kinoh
H, Chiyo T, Nitahara-Kasahara Y,
Okada T, Takeda S: Effective
Transduction of Connon Marmoset with
rAAV1 and 9 To Generate NHP Model
of Muscular Dystrophy.American

society of gene & cell therapy 16th
Annual meeting,Salt Lake

City,Utah ,5,16,2013

Murata M, Hasegawa K, Fukasaka J.
Kochi K, Kanazawa I, T. The Japan
Zonisamide on PD Study Group
Zonisamido improves wearing-off in
Parkinson's disease: A nation-wide
randomized, double-blind study 17th
International Congress of Parkinson's
Disease and Movement Disorders
Sydney, Australia, June 16-20,2013
Furusawa Y, Shimizu Y, Kawabata Y,
Kobayashi K, Noda T, Yamamoto T,
Murata M. Validation of the
questionnaire for impulsive-compulsive
disorders (QUIP)-Japanese version in
Parkinson's disease 17th International
Congress of Parkinson's Disease and
Movement Disorders Sydney, Australia,
June 16-20,2013



11. Yamamoto T, Oda C, Satoh M,
Nakayama K, Murata M. The reliability
of screening methods for dysphagia in
patients with Parkinson's disease. 17th
International Congress of Parkinson's
Disease and Movement Disorders
Sydney, Australia, June 16-20,2013
Murata M, Tamaura A, Ohata M,
Yamamoto T, Furusawa Y, Mukai Y,
Sasaki H, Hoso K, Sakamoto T.
Establishment of matching system for

12.

Parkinson disease clinical trials in
Japan. The 11th International
Conference on Alzheiner's &
Parkinson's Disease Florence, Italy,
March 6-10,2013

Toda T, Satake W, Yamamoto M,
Hattori N, Murata M, Japanese PD
Gene Consortium, Japan. Japanese 2nd

13.

GWAS identifies strong association at a
novel risk locus and MCCC1 for
parkinson's disease. The 11th
International Conference on Alzheiner's
& Parkinson's Disease Florence, Italy,
March 6-10,2013

<EA>
[HRUGEE - Vo ARP T L]

1. FH MH{#E—: The molecular mechanism of
muscle hypertrophy; roles of TRPV1
FRRER O 47 FHEME - TRPV1 & 01T
The 91st Annual meeting of the
Physiological Society of Japan % 91 [E]
BALEFS RS, 3.17,2014

2. RHEM—: EFELEE - EEHRIZE
HEZTT - EATH Y KR T
2V = U XBFHEIVAIBRT 4 —

(DMD) D&, PMDA JEZHIE 7
+—7 5, &t BEA—L, T

REX, 11.19, 2013
3. REB—:HIAIE T 4 —IIHT

ZELWIREELBERLCT. F9H
EZ4 - FREMOZDO/NERZ
BB AR~ T A IR ERD b & E i
EE - BHEEEET~, Kk, 7.6,
2013

4, RHEM—  HYA b7 —xT
DT TR UVABRBERLOBRRE.
% 29 [6] H AR DDS & FMES, R
R, 7.4,2013

5. REM— HYAbbar o —ICxd
HIBEEREOR P T T V—. Kik
REFE ZBEZE] AIEIIZHETZX
N TFU—, @K, 4.26,2013

6. REMB— : HPA T 4 —DHF
BREORRE L EELARBICHITZ
BME AN AFAuP IR T F—TLE
10 EI2fES, ILFJIIK, ZFU—K
— VR, 1.17,2013

[—¥=]

7. BHEME, kB OF, xAFA R
Hi— EFHEVATLAZHWE
MERFREOFEKR K THREEH.
% 34E HABKRERZS MRS,
R, 12.4,2013

8. EJHEAZE, KEER, BABF, /A
BEXL, A B, BFRA, Fid
fE, REH—KBLYRA MY —&
HELLERRBR Y VU — 7 EF
BIZBIT D CRC D#%&E|. %34 H
ARERREHFSZINRS, HA, 124,
2013

9. A& H, HMEETF, B, F
FEM, MMNESE, KKRE®R, HAK
BT, NRES EE =, )IH K,
BREME—  FOEBRLVIRA Y —
E B & BRRRBICR T 2 %E
-Remudy OBLR & BT D. 5 34
B AARERREBEZSFNRE, ’IK,
12.6,2013

10. FEEME, TEE B, $sRK+, RE

fB— R —BLERE R

To@EEEND Ca2+ V7T

JEXREZRETSD. FI6EDTFEDFE

£, M7, 12.4,2013

K EEM, BEE &, BAEBRTF, A

s, BAM— : Duchenne ZUfH

AbhBa 74—l THTT V53

AFx v I L D RHEROERAR.

%31 Bl HAMRIBEESRE, XK

X, 11.22,2013

12. HHE M2, & B9, Rk AKX, HHE
Lx, HR BF, MEME, K&
F, bk FER, FIL E, =% i
F, BA E|E, LR IRE, BE =,

11.




13.

14.

15.

16.

17.

18.

19.

a/)I B¥E, WAt BT, BB E,
mA B, R —F, 4K FLH,
REAM—: T/~ F 2 4-0- fHEEEER
BEeE (D4ST1) KRIBIZL D
Ehlers-Danlos JEE#E (DDEDS) D&
BETNVOEELBRIE. BARANEE
mE2 Fs8EIRE, e, 11.20,
2013 '
BEAREF, MNEEX, K& H, BF
WA, EEAE, REMHE—HY A
0”4 —lBERRBEXY hU—7 DB
ERGHIE L EE LR XE. H
ANEBEEFS FS8EKE, A,
11.22, 2013

FHEMNE, SAKT, REMB— . F
BHeRi—RtEREmERICL
DR IND Ca2+s 7T NiIE
KERET D, BAEHEAEZELSE

69 Bl K%, FH#HS, 10.27,2013
R E, KEEH, BE £ F
=i, BABT, FHEL, @

f— : Exond5-55 & /R& L7 EHER
dystrophin DH#RERIZEI DO fER. &
68 Bl H RIKNEFS, HIK.9.21-23,
2013

FEEME, SHSART, REM—
R —mbEREHER (aNOS) I
FOFBEIND Ca2+> 7 FARH
JERZRET D, H68ERAARKNE

FHKE, B, 9.22,2013
EEEZE, A M, XBETHH, B

HEE, REM— T2z X8
HmYAIOT 40— A XETFT )
CXMDJ] # W lmiEAF AT 4R
F U OENT. 5 156 Bl H AEBREZS
FiEs, R, 9.21,2013

) B, W e, FETRE,
FEHZE—8, TREF, PIRTE,
MHEEE, REME—, FHEE:2
EEOZ7I7F U REBE~ T AHAWER
WRIFH A ha 7 0 — DR &
BEFIEE. % 86 B A ALILEEK
£, HEiE, 9.13,2013

) AR, ZRET, HEHEL, W
AFsh, KEAFZ, TREF, A
Z, =k, & BB, ME,
Pl E, ExRTE, BB,
WARER®R, BR—%, FNEZ, &
EED, REfM—, MEAME . T
v H U A-O-MBEEBER 1| REBER

20.

21.

22.

23.

24.

25.

26.

27.

T—F A0 AEEHEET LY
A DIFREFENT. 5 86 Bl B AAEALES
&, ik, 9.13,2013
KHETH, FAHER, REM—:E
NTF V) T rF e AEBRG
FREENORVAENBHFIZON
TOMRT. 5 14EESH BB FH LS,
I, 9.13,2013
BEEEE, AN H, kBEH, B
HEE, REMHE— T2 = XA
YA T 4 — A XET IV
CXMDJ & W7ol A4 AT 4R v
F > OfFEHT. % —I[El MatriCell 7 % —
7 A, =H, 9.7,2013
Ishii A, Okada H, Hayashita-Kinoh H,
Shin J-H, Okada T, Takeda S:
rAAVS8/9-mediated muscle transduction
with tracrolimus in non-human primates.
FIIE R ARERFIREFESFNES,
[, 7.4,2013
Hayashita-Kinoh H, Okada H,
Nitahara-Kasahara Y, Chiyo T, Yugeta
N, Okada T, Takeda S: Immune
tolerance induction by transplacental
transmission of rAAV-microkystrophin
in canine X-linked muscular dystrophy.
H19E B ARG FIRRFEFNES,
W, 7.4,2013
Nitahara-Kasahara Y, Hayashita-Kinoh
H, Chiyo T, Okada H, Okada T, Takeda
S: Anti-inflammatory therapeutic
approach using multipotent
mesenchymal stromal cells for the
treatment of duchenne muscular
dystrophy. £ 19 B B KB EFIRES
SFEMES, ML, 7.4,2013
Okada H, Ishibashi H, Hayashita-kinoh
H, Chiyo T, Nitahara-Kasahara Y,
Okada T, Takeda S: Generation of
muscular dystrophy NHP model with
rAAV 1 and 9-mediated transduction of
common marmoset. 55 19 [E B &&=
FIRRFRFEMES, ML, 74,2013
HRETF, EMRE, TREF, E
HEH, MEME, XEME—: Ff
MEMREZAVEEHEA e 71—
W29 5 A la BT R R D AR 5T
FI4E R ARIE - BEEFS, K,
7.3, 2013
BB, MNEEX, EHHAE, M
HE, REBEEATF, KEM—: EEL
] o0 R R B ER R RBR 7 v —




4.

(CINRG) 28I 5 %k EFIRER
OB, F 116 BB A/NERFE5
WS, KB, 4.19,2013

[# D]
1.

HEMH— - HTA IR T 0 —IRERE
OBRF. F 13 EEKFRERRBR
I —, HME, 3.28,2014
REM— BP0 b7 4 —I2x T
HIREREZHE LILFAEOER.
TAT T AMEBRABNE I F—,
B, 3.27,2014

EEE—  ERMEAERICRT A
JABEIEEEORRE. BEEREDR
WExry NT—rFua T n i
BARMEBIRE v7 Vs, ®HE,
3.19, 2014

HAM— H2SEERERRESOR
L H26 EEOFH. BEEEZER
WERy NT—7Fur5h KE
BEA IPS MR 215 L - B AR AR
TR 2SEERBKG N T 7 VI RAE
2@, HRE, 2.18,2014

HHEM—  HIA b7 4 —Zxd
DT IRE DR~ REARKEM
BAR MR- BEHEI S —, BBK
REEFEHHBREE, REAXR, 2.14,
2014

REM—  fHPA IR T 0 —ICkT
DE T IRIREOR R~ NERE K
NikES, EREEE \ERPT,
B EE, 2.6,2014

FHEME : AAV R % — 8o
FEBERERICATZHEE BEEL
EFEEBREHEE I —, B,
1.14, 2014

WIRFERL, BE—B, MEEX, K
X B, FAEM, REM—, BF
ok : Mm% microRNAs Z W= F Y
A b7 4T RN A
—H—OHeSL. ESLEM - HRER
et v X — ke - MR BT E
REBEBLR2SFEEH VA a7 4 —F
FHEE, HER, 1.10, 2014
HEM—, kBAEHH, BiE £ B

SOV, HHE OF, BHE—, EK
B, /N L Duchenne B #H ¥ A
fa 7 =T 57 Y53 AF
v AL RHBERNEBERAR. B
SREM - MREREREMEE X8

-10-

10.

11.

12.

13.

14.

1. R BT BA B B AR 25 B E
YA T s —ARBESE, KK,
1.10, 2014

HEMm—: RREELER BAEE
BEBRWE Ry U —27 s T A
PREBMEM iPS Mg ZTE A L ER
e R ESmES, HE, 12.20,2013
gk o, BB, B £,
M &, KETH, BiE A/, RE
{H—, BEM#ET:DMD BEFICBIT
LR AT T A v TEY DR &
BEE~DOT a—F. EERH -
HREEWIEEE X B BRE
BT E 25-5 [HBRERRBROBEMS
FEHBE LIEHYA M 7 4 —I2kt
T A RIBEEORE ] (ZEE
E o RHEM—) TRk 25 EEIESE,
HAE, 12.10,2013

RIR e i, EARBEM, AFHBK, W
AEL, BERER WEED, LA
Mish, REEE, FRES, A
E, kmEEs, ®EA— LFEEMA
ITEBERAVWAIHFLWVWHEY A ba o
o4 — IR OB — WEEL & FEE
AL % R EFIZ L FZEMT L7z 2 -O-MCE
RNA ZHAWAHT A a7 4 —1k
BEOBRZE —. E B - R ER
Mrget o & — i - iR R B4R
% 25-5 TERARRBOBBEE BRI &
LIzByA e 7 4 —i2x4 587
IRIREEORE ) (EEMRE - RE
{B—) Rk 25 EEIESFE, HIT, 12.10,
2013

REM—, FATMW, BEE, F
A+ BE BI, Terence Partridge, 7K H#¥
o wATFY ) EBRBGREED
LDEVIAENDHEFOME — s
MRS - FRRRIR BRIk A B RO B
EERLOBELZBRELTC—. BB
o REEME X R - M
RE B RE 25-5 THERBO
BMibEZERE LEHYA b7 4 —
WX 2 iR EIEORSR ) (&L
WFges - REM—) FRk 25 FERS
#, HA, 12.10,2013

T 8 3C, Btk A #JT, Joshua Lee,
Joshua Kim, 7k T, 7§ L= J N
s 1E, HE O, AT,
William Duddy, Vincent Mouly, Z H
fi—: t F DMD BEFIZdT 5=




15.

16.

17.

18.

7V 4555 Ax v S, B
f o AR ERPFIE X — KRR -
RIE B RERE 25-5 [HIKHARBRO
Btz B E LEBYA IR 7 40—
W5t 28 RIBRIEDOER ) (4
et REM—) FER2SEERS
#, BEA, 12.10,2013
HHEME—, kKHTM, BE £ &
v E, HH OF, BHE—, BK
¥, /NEFE ST - Duchenne BUfH Y =
rr7 4 —iZHdT 5753 A
X oI LD R BEROERAR.
EfEM - REETEE ¥ B
o MR BT FEHEREE 25-5 THER
HRBORMBEZEMNELEHIA b
T4 =T B RIBEEDORZE
(EEFZEE  REMHE—) Tk 254
EHSE, HA, 12.10,2013
IRAR R, BR—E8, IMEX, K
B, EARETMW, REMH—, BF
Fode : M¥E microRNA 2 HWi-f Y
AT 44— T BEFRANAL A=
—H— OFESL. ENEWN - R ER
Mot o & — kR - IRE B R
HE 255 THRRRBORKEZEN L
Lo Ave 7 4 —ostd 387
RIGEEORR ) (EUFEE  RE
B —) Rk 25 EEFISFE, BT, 12.10,
2013
HEME—, BMESE, K& H, Xk
HEd, MANME: T2 = XE
VAR T 4 — A XET )L CXMD]
FRWELEL AT AR F v OfE
Br. ESER - REEFEE X
— - RE BT R E 25-5TH
RRBROBEZENE LEEFHY R b
07 ¢ =k B E e iR R OB
) (EEMEE  REM—) FEak 25
FESZE, HA, 12.10,2013
BHE—, Ko ZFH, BEIENT,
FEEME, HARKT, REME— B
HAFICLDEEFEGOBFEEED
B — M EMICXd 5 G-CSF
DOVERMF ORI —. E g - #
REBEME L 2 —EH - BRES
W RE 25-5 [BRERBROBEILE
BE L LYy RA b 7 4 —i2ktd
DET-IRIBEEORRE] (XEFE
FRHAM—-) T2 EFERDE,
BT, 12.10,2013

-11-

19.

20.

21.

22.

23.

RHEME—, SFRET, EMRE, &2
M e, TR, MEER, 450
Ze, WHEZ, SIETRE, MAMN
B BEHEEMIEEZISHE L7 DMD
WX D MR B AR IR IR O AR AT 5T,
EL M - RERFEE S X —F
- MR BB R 25-5 THRER
RBROBMBEANE LEH YA b
T4 =T AF R REEORR)
(EEEE  REM—) Fak25 4
Eoiai, HAL, 12.9,2013
FHAZE—H, Ma Yuran, JEEBEF, KX
B, A ER, FERYE LT
5k, SRR T, REM—  BEEHHAE
A = XD ES W B HE A R
HiroR%. ExES - RERW
Fe 7 —FErh - IR R BT R
255 THEARRBROBEBEZENE L
Ty A7 40— T B 7%
BEEOBRR (FEMEE : REAH
—) TRk 25 EEHSE, BT, 129,
2013

EERE, FHRE—MH, £ H,
HWACE A, B —, HHAAE: #E
R ATERA R O RBE O HIEEE. E
SAEM - RERFEE X K
o MR BT R E 25-5 THR
RBOBMBEENE LEZHYA b
T4 =T AEF I RIREEORE)
(EfEaFzes  REM—) Tk 25 4
E¥EsE, HE, 12.9,2013
EE M —, FEEEE, Urs Ruegg, &
ARF : Ca2+¥ 7 F Vi L » CHil
EN 5 mTOR DFEMALAFHIEKR Z
RiET D, BB - HREEMR
T RREBEEERE
25-5 TERIRRBROBEBE B & Lz
YA bu 74—k T AR
BIEORRE | (EEFEE  REMA—)
WAL 25 FEEBHEEE, B, 12.9, 2013
I R, #Eme, nEEZ, T
Wby, HEH &, dEHTF,
BT, FiREh, TEER, ]
{8 — : Unloading-mediated signal
transduction in skeletal muscle. [E 375
o REBRPRE X — K . 5
REBRMIEEEE 25-5 TEERRD
BthZ B E LTV A b 7 40—
Wt 2 RIBEEORE ] (FF
Fged  HEMR—) 25 FEHRS



24.

25.

26.

27.

28.

2, B, 12.9,2013
TR, BT B, RTHZE, &
AEEIT, BERET, OBRE, &
WA, M R, REME—, 2
B BRICELIHEHROA =X
A :MuRFl /v 277U <y A%H
W BRI, B - R
EENFFR L ¥ — Rt - iR R B
ZeRRRE 25-5 THRARRBROMKEL B
BELEBYAIR T 4 —IZxT 5
- ipEEOBS ] (E{EFEE
REM—) 25 EEBESEE, BT,
12.9, 2013

&) &, W OEE, FETRE,
WHZE—H, TREF, $HRAKTF,
AR, MEEE, REdHE—  E
WY 2 ba 7 0 —BXOEBE
BOBGTEE CEHE MR E
BLOVBEICET 5~ 2 EED
T FUOREBT TR ERWCELE
YA bhm 74— OJREEHENT & B s
FIRE. EBEM - MREERENEE
VA — R RRE BT RE
23-5 [P A b7 o —BXOBE
RROZE - InEBEBEZEEL-E
BERrIE) (EEMRE B —=) F
B 25 EEHEREE, HA, 12.6,2013
BAREF, MNE, AN H, B
F A, ERAE, REM— HIX
re 74 —BERRBRRY N — &
vvay [Zo—EROEHRRER
o fERREE . BB - RER
Wget o X —FEm - iR IR BB
B (HUA IR T 4 —OIGEBRILE
i, QENZEIA RT74 0
72 (EEWFFEE  DNBEX) Ak 25
FEEWSE, ER, 11.30,2013
EWMwE, SRET, MEGBSR, &
HIEE -, TRE -, HETH, [
HEE, REH— AAVT ¥ —%
F\Wiz DMD It 2 B FlaK e
CEEEFE. BESEHIA T
74 —IREMRESERERSE, A5,
11.2,2013
BmEZE, ANM, KEEH, FHH
ME, SFEH, REM—: T 2=
VB A IR T f—  f XET
Jb CXMDJ Z AWl 4 A7 4R
CF DN, BREIBHYA T
4 —IREMASERRERS, 58,

-12 -

29.

30.

31.

32.

33.

34.

3s.

36.

37.

11.2, 2013

BoEE, KEEH, BEE, FAF
i, EAHF, PAEER, ®EH
— : Exon45-55 & X% L 7o EHER
dystrophin O RERIEEIDOER. % 8
Ef YA a7 —gRHEEER
HEE, FEK, 11.2,2013

Janek Hyzewicz, B [MEZE, BIHE,
FREME, SRR F, REMHA—
Proteomic and carbonylation profile
analysis of mdx mouse skeletal muscle
following light endurance exercise. &5
SEIfF YA v 7 4 —TREMERE
ARz, FF, 11.2,2013
M %, Urs Ruegg, 8K KF, &
B — : #RE — L E RS EER
WWEVFEEIND Ca2+3 7 F i3
IERERETS. FE8EHIA L
0”4 —RREMESERERS,
&, 11.2,2013

&)l B, W OBE, FETNAE,
HHZE—M, TRETF, 88 RKKF,
IR TE, MEEE, REHE—, F
HENL: 2EBEO7 7 F U RE~Y
ZEAWERBUBEBH R e T —
DIREMENT &L B=FIRE. F 8 EFH
VA RuT 4 —REMESERER
%, AK, 11.2,2013

M —  EREHERICKT DM
faBEREIEORRE. BEERZESR
WEXRy NU—27Fas 5 h BEifF
BARERGRE FR25EESE 1 EE
HZEB4&, EX, 10232013
HREM— HTAME T 0 —ITH§
DIRRIE DR — BB H O EMR &
RKOFToR5FHEEL L L LT,
B HE L TEERS e mE F
T EEE, W&, 9.302013

B EME : AAV 27 & — B8k o B
LR AR BB LA T HEERA~O
ISR, F BTN FHFRFTETNE
F—, ¥HE, 9.20,2013
BHEM— T F v ABERIC
X 2MRERDIRE. HTIEA
RZA A a7y L AR,
B, 9.10,2013

H R —  ERMEERICRT 2 M
oI ORRE. BEEREDR
WEFXy NU—r Tl T A K
EEERS, B, 8.26,2013




38.

39.

40.

41.

H.
1.

HEME— B - REER
U OBV ER HOBRBEDERE
REAF. 24 BF EEFBHRZ
MREERMEE - EEFRERLRE
WrovEEE (R PRI 20 2 A 2 (R HE A
zE¥E) R - BE~DOEKRFE -
BRBOEREFICET DT (B
IE) HESE, BE, 8.8,2013
REAM—: =7V« 2%y A2
THEKRRBROBM. F2EFHFT A
b7 —BRRBEXY hU—7
(MDCTIN) V—27 a3 v, #ikE,
7.27,2013

REE—  FBEELORE., EY
BEEEREN. () B ZFEivER
W DTEBREEE Z— T34
FTEELREORMARERL, £EHK
W2 —2vavr), ®iE,
7.18, 2013

HEME—:TMC (FT7 AL —T3
FNAUAF 4 AN E L Z—) IZDONT.
TRk 25 EEESEM - MR E R
v —FREFRAELS ) T —
vay, ENEMS - mRERFRE
vE—, I, 41,2013

HMEPFTEEOHE - B&EWRN
R

Bk

1)

2)

anli
1)

2)

REME—. KETM, EDER.
EREEE, (7o F v AR,
BEEFEE 5363655 5, k2549 A
13 B & &%
HEM— B F., SHAREH. &
AEF, la—ru 74 BIEF3E
BREBRMEOR 7 YV —=v 7 ),
FF5 5250810 =5, SEEL 25 4 A 26
BN

REME—, KEHH, 75
AR (AR L LFE)
201349 A 5 HHE HEES:
H:FE 2013-184193 (45FHE
2012-531987 D4y EIH FE)
MHEEE, SREF, REH—:
MR SMEE O oSk
(MSC sRE ik &L BEshRE ki
B9 5 5FEF) FrREH 2013-108408,

-13-

2.
L

3.
L

20134 5 H 22 A HiFE

5 P 2 R

O, FILEE



BAEFBRFETIRE M &

(EEFINERLREHREE (BRWE -
B 25 4R BE

AT EE

]

Moo EE Sa  EAl

BBREENSEEZE))

SR EE
BB OB I 5 F5E

MILATBIE NE LS - RERIEE ¥ —

NI AL— g T 7‘7‘4’77/1/'12*/5'~
FRER AR 0SB ED BRIKIF R IBE ER

1 FRE25FE 10 A LB MITBEAEELERE#BERS
AT ﬂaiﬁﬂ{ﬁ)\liﬁ%ﬂa MREREMEE X

WHEEw A R

BT R

NG ALV— g F )L %T%ﬁ»ﬁy5
FEIR AL X280 BRERAT 28 X2 AF %R

WAZATBUE N E LS - ?Eﬁfx[:%%}?n? v H—

KR L— g F L. 7“7‘477/1&2/&’**
BEIRBF 22 1B ERIRAF S T iE = g™
*2 ERR25SE1I2AUE MYITHEANERLERBSREEBETRE

MAEE
TV 53 AF T

EDHOLND XD, RBROFHEIE,
i = R B 2R 1R

£ % Duchenne # T A b7 1+ — (DMD) JEEZE
(NS-065/NCNP-01) O BRHIBERWERARBOEREXELENE L, HIB
ZEMFEMEER
A HstE (PMDA) ~OSSEOLE LT - 2,

IR BR
SDEE ., MITITHEANEE

A. BFREBER

T V53 A% v 71T X B Duchenne B
VA +m 7 4 — (DMD) {hE ¥
(NS-065/NCNP-01) o BEJIEZREIEE IR R BR
WZDUWNT, AR 24 FEE TIZELEM - 4
BREEHIEE X —NICERBSNZ7 2 b
a— REEESZEIIBW TR ELES
o ha—)L (FREMESE) IZESX, ¥
25 EEL Y, ERMEERBREMG L,
T DERIZE T2 > TOERSIER R OXEIC
DNTHET 5,

B. MFEFE
AEEREIERIT, Firstin Human (FIH) OE

EEEEBRTHE, ZOEBRERKIIB VLTI,

EBEENS T AL —Ya T AF 4
IntorE—lcvadzl v R —T r—
PEEX . FL LTUTROVWTOXEL{T-

-15-

ToiEns, FEE

{TH>TW5h,

TR E & & O

PMDA ZEEBRIEFHE A

‘?é‘&éﬁ‘@ / ?ﬁ%ﬁ%ﬁﬁﬁ)ﬁ =
LN MEESOE

ZREOE T, MR

® OO 6

C. R E
O RERIERMELES L OB
NS-065/NCNP-01 22U T ik, FERER 25
XV IRBRERMEE (BAFERAST) LE
BEriToTWB, EBEROT —F \y r—
HEL  PMDA XHEH BB IT 2 B H AR~
DFEFMICXET 51E0, EHHICEEEZHT.
TRAE LARE 0D BE 38 BRI OVR B E R R IO R
FERIZOWT, BRERH - EBWRB RO
BRI CEREFEEIT o TS,



© PMDA ZEIFHEREAH R

NS-065/NCNP-01 D [EEiEERFRO 7 v b

a—VERBRETAICHEAEY, 2 EllbEyxt

mENE &% T T,

1EE (2011412 8)

o BEMT—F v irr—T (FEEER)

o ABRFEOLE

2[EB (201343 B)

o BB m ba— DY

s BREEUCHET & v r—Y0%
M

ERIER S E D, HREANEDIER, PMDA 2°

b ORI 2 EIEERICEE L, BEERR

HIZESWEBE R U EZITV PMDA &

OHEEITo T,

@ IRBREHEE TRBRETEZE R

R 2595 BICIRBRETEE O EH E2 1T,
7'm b a—/VEICRT S PMDA /b DORE
FHIZORIS L, BT e ha— L2 E
% L7z

@ REMFMEESOEE

AIRBRIT, 3 2Fh— b7 D EHEIE
ERBBRTHY., ak— MEICAK 4 THEHE
BT b, £7o /NEBEERSG L L FIH
DHRBETHDHZ EbEFEZ. LVEEREICER
BRI 2720, IBBROEITE L UEek
T—FEREOREETIHMML, 28— 0B
ITOFECIEBR DO DEL LT 2>\ TH)
E-BEETOREMTMEESERE LT,
AEEIL, 1 BOZESBEZLTEBY,
FTNETHLNELEEREEIZL, ak—
FEATIZOW T ORETEIT - 72,

D. &£
PlEZdil & LT, ERMEERROERT
BEIToTRY, BED LA, RIFRITY
WA o —/ViB Y EFRICEIT LTV 5,
AIGEBRIT, U X —E LT2oH®FIHR

-16 -

RTHY, ElXELZITO L LBII/LNL
RBREEEL., SROEMEEIRBROIED
HOHTERFLTKBERDHD LB DbND,

E. #& &

INETOMADERIZLY., BIEHEE,
EHH 2T Lo O MBICIBROEIT 21T
INED, IBBROKTICHIT T, 2hEEN e XE
RBEPITAD LD, 575 EHIFEARECmH
ROBEBEEZRY 120,

F. BELRIE#H
2L

G. FEEFREE
[FaXHE
2L

I %K

1. &K BKT, BH HF—, EH HAE, &
K OET, MEEX, KR, KE
—: JSLAITECE NE SR « MR EEN
X —IZBT B TR ERR ~7°
Yzl hvR—T Y —DIFND~.
%5 E B ARKRRBRESZMESHRE,
HRRFEFRERENEE 2 —, X
RIX,3.14,2014

H. HEFABEHEOHE - B&ERKR
RFEF
L

ERFERH
L

O, FELFE
2L



FEAEFEHBF R M &
(BEREIFERCREITIEESRE (BRRIZE - IeBREENRER))
YRR 25 FE B HREE

DMD #2#E DOIEFILEFENE & outcome measure D B[ 12 B4 2 f gt

Mo nEE N R

XS

MSATBIE NES M - MEERTEE ¥ —
e /AR

=&

MEESF

v VRBR) EEBRFTH DN,
=R R

Fxld 2013 BV T a2V XBHFIA M7 40— T 57 Y5
BAF Yy TIREEBCL D2 RHBERIOERAR (77— h - A
KERARBRICESLANONL TV LIEEFEOY
REOBARAF L SBEICERBREZF LB T2 7 YV 53
AX v THBEOHESLER A, WRIKEEKARICEB T 5 outcome
measure DEAICOWVWTHRF 2Tk, YA b7 40— EOHFILER
R T2 BEIITOIICE, BEBEERFZHAVWVEREFEEEOME, T
I outcome measure D BICE T HWEEKRFEBLETH 5,

E =z —

A. FEE R
TrFrLA AV IXT VAT FAO)E A
Wiz Yy s A% v TIRER. RREET
NRIEENTWDIZ S b LI IREED 2
WTFERBOBGHEGFGER TH D Duchenne
BlfFET A hu 7 ¢ — (DMD) X9 5 EHIA
ke LTEESRLTWSD, Fixld4e DMD
BEORN 10%Rd&ELRbzr VY 53 %
Z—ly he Lz Vv« A%y TIBED
BHIEROERRREY 2013 £LVEHRLT
W5, BRRRIEAAN DN TWSBE,
U@ EICRBITATZ I VY 53 Ax v
REEOT 0T 4 —VERET DL L BIT,
BELIVA N —Z2RAWEAEREEDR B
BT A FEREERS Lz, WERBRO T 2 k
a— L EBET DD X TEEZR outcome
measure (2B U CIXimEER SN TV DR
RER COFEMIE B LM R R B 2T VB
L7z,

B. BFE ik
U/ NERHRERHNCEBREOL DT 2 = X
oAb T 4 —BE2NRELEDINT %4

-17 -

FRENZFRET L 72, MLPA ¥, % 7213 multiplex
PCR EZ WY R v 7 ¢ VBETFHET
DFERND, =7 V53 A% v I5gdE (=
7 Y2 10-52, 43-52, 45-52, 47-52, 48-52,
49-52, 50-52, 52 RE&=HT HBE) 2HH
L 7=, outcome measure {Z B8 U CITiTEEEE S
T2 ER PR B T ORI B ROSCERBY 72 13
RETVWEZR LT,

(B Em~DEE)

PEREL & & AW TR RINE L& R
FHZBI L Tit, MEZESORFIIT-oT
20N, RERRAERRERR OHBRE M AN
IR DREHZ DWW T, BB - HRER
Wy 7 —EREEEZEESOAREZITT
EifE L7z,

C. W FE

QNEZD D) BRANT T Y US3AF y SRS
EThol,NRRIZT= 7 Y 4552 R &1 114
48-52/R % 1 94, 49-52/R K% 54, 50-52R K
24 S2IRIS54 TH o 1o, BE DOEEIL0-55 -
34, 6-108% : 134, 11-15k% : 74, 16-205% :



74, 208800 E 1B TH o7z, BITHEERSE
X164 Th-oTo, 328 DR TI04 NEESE
fE LTV 5 BEIERERRBRICS ML T
D, FOREITHFETT TITHEE L TV
BELILHBRHGEREEBEEEF LA NI —
(Remudy) DIERAICEY, 92 » A TRED
HHAANDHET Uiz, HAANDILTIES D
FEfpiLe-165% (CFH1125K, RET I YV U0T
45-52/R 5K 544, 48-52/R 5K : 4%, 49-52/K % :
14 Tholz, HITREE/ FREEE LT 34,
AT uA MERBEIX6A THoT,
EENRASRTMICE L QB EERB I TV 5D
R PR FUBR C DRI IE B °SCRBY 2R R R & ATV
ERLIZ,

D. & £

T 7 V53 A%y TR EILDMD BE 2K
D11.8%TH Y., (ERBRHENTVWEHEE L
DITRRED TH o 2A, THITARBEFRAR
BYETF—TITo TR DHDNNA T AN
EELTCWELOEE L, EM, F=M4
HREBEVWOIRHEEEZ D LAEIRETE A
EROBZTITIEBROMRFBIZIHEETH Y .
Remudy # W2 BE Y 7 — b Fpk 24
BRI LTERREDIRRAR Y NU—27 Th
LDEHVA T o —ERBRBRR Y U — 7
ERRx e iR E AW TER O A AN E RET
TAHNLEND D, Remudy IZHEHFEINTWVD
VAR T g ) NF—BEIT 1200 405
VA a7 —RRRBRRy NU— 7 TiiE
STV 5 DMD BEHITK 1500 £ TH Y |
TNENEEIIERTHZLITL T, 4
BlO XS BETFERICEESINHIER
DEFRREBRIC BT DEFMEAANZ IR I L
ITHZERFREE D Z ENEFEEIND, E
RIS [ D R HEABR SR A ERRBRBR T3 2 ~ A
TI0ADBEEZMABAND Z LN TEZN,
AFRER DR B 0 100 LR LHBISh
HZlEEXDE, BELUAN)—FHAN
T SEFIEERE M 1A L5137 DR O BR R BRI
BWCHEKRERN o T0DB I EHFERKL

7 :

EEERETIIC DWW T, FAEETIZEFDRY
HERBRIES Lz b 0, FEFEHIER
DELIL 6 HEBITT AN TH D, =7 /v
510 e Loy y s 2%y 7HBRITT
7V BT LTITON TV AR &bk
BENRTWES S IVRAIRY T4 U HRE
M L-ERERRR (CEERAR) OfR
X6 HRIBITT A NT, 7B R EERL
DR THBERLEWVWIBERThHo, 2D
FEREROTHEHEISESERERNEZD
DM, ZOX D REBICKT DERKRBRO
P & LT 6 RESRITT A MBS R L CEY)
R DRDOPOBRFVBMLELEZ BT
Do 6 EBITT AN E 2 MBITT AR &
DB O EERSE, BRI EE T 5 FF
M EDOH R/ EEE TITOhEDTE Y,

R THLIERHEEFE O —B L L T outcome

-18 -

measure (ZB9 5 ERIRWTSE 2 M3 2 RefAC
ETVD,

E. #% &
FAORBIT T HEBREIT O ICIE, BF
Bok, BARRBR - 1FBRxy PU—27 L
B LEEMEBEORMLEBNLETH D,
R BOERAEH OEHRO—F L LT,
Y RERFTFMIEE OFEIWCE T 3 HIEK
MENEHEBERETH D,

F. f2RARE#
Bl

G. BFFEHE

I f SO

1)  Yonekawa T, Komaki H, Okada M, Hayashi
YK, Nonaka I, Sugai K, Sasaki M, Nishino I.
Rapidly progressive scoliosis and respiratory
deterioration in Ullrich congenital muscular
dystrophy. J Neurol Neurosurg Psychiatry.
2013;84(9):982-988.

2) TakeuchiF, Yonemoto N, Nakamura H,



