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3.1 GFP R X —% AWVWiaxz 7 VU AXx
v 7 EHAM R DR ES

Sazani P. (Nucl. Acid Res., 2001) # &%
1Z L T pEGFP-N1 (Clontech) % E &1k L.
EGFP Btk 78 tHE D ELIC 850 HE D &
k B -globin (HBB) intron2 ## A L7z,
WIZ, BE 25 FBEUN~yRADY
A b7 420 exon BLOF DRI
ALE T 5 intron Z Al & % 300bp (27
Worm—=v7 Lz, 4 BEOA Y —
P (e hAfvbay 5205 53, B b A
yhay 50 b 51, SURAL U R Y
525 53, E AV bRV S0-v TR
7 V51— bAoA v by 51 BERL,
HBB intron2 @ 425bp DI EIZHEA L2,
N7 F—2ug % C2C12 B L ' SH-SySy
IZ nucleofector II {Z TEA L., #¥.
RT-PCR IC T L7z, A v ¥ —F %2E
LRI E =TI A I N—T 3
YIZL Y EGFP EEFRT7 L —LAT 7 b
EAEUEEPRBEINDRVDE, LT 4
Y ) EEEE 64 M @ Endo-Porter TE A L
LA BRI Y UNRATy TS
LIk Y EGFP B FOT7 L—AT T
FAREE L, mARBEIND L LB
Bt &7 mRNA S EGFP O 7 V> D
HINBRER S LT W,

32 =7 VY 45-55 A% v BT A
?Tj‘

mdx32 < AR LT, =7 V52 %K

W7z 7 Y 2 ® exonic splicint enhancer
ERENE LR - EATXV BT T
NEEIREHICREFIRELEZEZA, =
T UASSSS ATy LTI Y44
L 56 BEEE L7z mRNA OFBHEPED 5
N, VA7 4B R_"7EDxy
Y 57 Bk E R 25 TIRAaEE
BIbFRhEICEYV VR e T 4 VORI
REHInsn, B r Y 50 @ERER
BT APIETIEIBRETE ol £,
BE LB TiX 60%EVWT X e
T4 EERERIRD LN, I HIC

mdx52 < U ATEBRPERLTVWDEHY
AbaT gy - FEEURNTEEEEROE
SFORBEN, BEBITITRHAIPEEL
TWeEZ EbERINTE, RIZEFRSE
EiTollZ A, ER-FEALTHIV D
I TNVEERIT, DHERSEFDOEK
HICTA b7 4 COREBEPRBD b,

ZOREFEE~TV A (BL6) @ 10%T
bole, e, ~~v XV v FY
VREICLDMEBMFENBITE T oL S
A, mdx52 SUATRDLND L O 7
DB R HE S0 R AE O R/NTR R 8 D 5 R B
FTABIRERTHEIREL, EEvURLE
FHULEZFmARRD bz, RERILER
BEREBELEBELTLE VT F o —
EEOFERBALBIRDbN, 7V v
TARM, Py FINEIZLDHHEEE

FRICEE LTV, £2FZBLTHL
DRRBEEERTIIRIIRO bR o,
UED XSl REEEx, =7 V045
55 B AX v FERTEEBE A e
4 VOB EFEMICEIT T ENEHE
LEZONELD, Hfife VX be
TAVDHERRATHIN T VAV 2=y
7 < A (A45-55Tg/mdx <~ U ) & {EH
L., TOREFRR. EFEBEEIZOVNT
BT Z Efa Lz, MIrofR, EHEO
dystrophin IZHEfEIEIC —#RICRE L TR



D, PARraz v FEEUONTEES
EDOFEBEBEE L T\, A45-55Tg/mdx
T ADEBRGBEIIEE Y X LRE
EThy, BHEEYA M7 4 VIIER
VAT 4 ZEREOMEELET
H BRIk, —FHF T, A
45-55Tg/mdx <= U A CIIREICHEI KE
DWEMAREE~T A, mde v U R L LB
L TR T, 20 BB O RIRE & O 5%
IOV, BEE. FHHWEREIT
EH~UALHBELTCHEERIETZRD
7z, Fiber type AT TI A 45-55Tg/mdx <
7 A TUE Type 2A #HEDHEM & | Type 2B
BHEOEENRD b,

33 BT Y JEBEORY AHREEIC
B9 2 MEt

mdx52 BLOEH~ T A ZHREIC, TV
7V /7 (80-640 mg/kg) % 1 Elam#
51 2 BRAZICEEHG 2L RT-PCR
BT EAT o2& 2 A, mdx52 = U ATIL
AEEENIZ Y Vv« A% v PRI
FHELER, HBER X TE=7 Y
VeRF¥F T EFETCE R»o, 2
mdx52 < U AEREBIZ, EALTF Y J 10
Lg% HBAEPKBIERR 45 BEBICE
g5 LB, YA M7 0 Vg
MHEOEIGIIMORH L ETHEFEILRE
LVEDBIIYA M T ¢ VBRI,
BrdU B D /NMEFL#RME & . BrdU B
REBEGREDO 2BEHDHZ L R¥bhoi,
FZTmdx52 <7 AWZBWNTHNT A B
XL ARG EAEELTEE LA
JEERHIZ, L7747 10 pg %k day 4
RIS LEEaE LA, VA T
4 VBB L UVIERN 25% EFEICE L.
INERTIRIBRL I o o HESE B DR
EEHERD, ZONRBAEBEOENIC
IZFRAED mdx52 T ADEN & T,
0L EEAL T 4 U ) BEFEETDHZ &N
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Girote, —FH. RPN GBELEFTERZ T
T, EE~UVARZBWTHLELT T/
LHBETZ Iy AX Yy SEFET
&7,

34 Ay RBEBEREHA bz
4 =R TBZT I Axy TEED
HET

dy3k/dy3k = 7 A%, LAMA2 Bz 2 =
—FT373=va2 HOXREBIZEY,
HEEMARE, HAKTEELAER 638
BWCHTT D, HREFTRTIX., i
DEREFBEHEBOEMERD S, A~
U A1 LAMA2 B+ 07 V2 41
ANENnNEZxd~A Vo MEERFIZLD
TVU—AYVT MLV RET LD, T
N7V IRV EFET T B ATy
FTENE, EME A UNELESR
HEBEZOND, R RAX Y TETH
BI5ENT7 4V JEIIZERL, BT
EERE2HFEREEZTV, REEARD
RT-PCR T L=, TDORER. RET#E
BIZXVEIEEHICBTA= I Y 4 R
o7 ROBREERNERAEICLD AR Y
VORBPHERTET, BEERNE2FRS
DFER, MEBRFEEZETIRVbODAE
TFHEIM OIERME R ZR DT,

D. Z%

1. 2770 53A%y PIHEBEREDIERE
RRBRIC/R DR

A SREOBRRIE FIAToTez 7 Y
V53 Ax y TIREEORKRARE T 0 Y
=7 NOERIRFTZEL T, BEBREESRL
SRR SN DIEERRBORAREHE
B OVERREEIZ W T, BEAICB,
THREREHIEFIATVWRNWZ &2
&R, PMDA L OXEBIEZ D
T AEBEL I EREECHDL LN



B SN, TDORDERICEEERIKAE
RAEHE 21TV, BRHERAERAR
EHICMLBERIFEBRT —F RNy r—2IC
DWT, BENLERETE L TEEHNR
FeERIRETHIENTE R, iz, %t
SRBOWBRME O FERMEIZ OV THEAF
ZEFLESAT, BOSVWREBRHEZ
BT 2720 DEBREITA TR, HRE
DERICKHTEIZAFRELT TR,
e BIRERF MM, E5BEERN L
ERERIZOWT, BERZR REETR -
A IRELNERREITIRNICER
Thol, ZTOBBITE W TITELEE
R, TEMEERR. SHSHERE,
KEREEEAR., BLEERR. KO
EYEERBIZOWVWTS FHEMREE
TV, RKIBEEDOBWERIE L ZEEE
ERLTEREIATHD, —HlELT
EoERBICE L T, HEL L URBRIE
TLTWBEALT AV IR BT
51 A% » FIREE eteplirsen TldifL A ¥
WEIAAE W (1.62-3.60 BERE) = & ANHE
SNTVDEHR, RBEEIZONTHEL
LERERELNT WD, E-3EHEER
BRA S ET ABEBICBWVTIERLZER
ERFEEEFREIL. RREOHRENE
SE#RNERZ, BIFAZBTCTR—O
BRECHLITOHE T, T
WBREBEZEMESE D Z L, HEE
BiZkavA e 74 UEBEOKRE., &
VCEIRNBEEZTOMOTELE 2 W
H 2 DYWHREZELHIBEAO TR, I
CNCHE 1 EEF 8 EEOREREEICLD Y
A bw7T g CVEADORER. REOEKRR
BEENEDOZDOFEHRNELBEX Lz
LD Tholz, BEMBEIIBITHES
B, TOBRICEBEINDIEERRBED
FEREBE X, REMRERMEL LT
HESELIFECTH-T, ZTOEBFEIT

ZTOBICHLNE IR o e
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REEEEERBREOKR. W OITEIT
THZT VY 51 A%y TIREEROERK
REICBEA L TARI N TEBITERS
EEEEZ, RECAREENDZZ LD
2. FOBBITARAREEL WITLTE
IS TWaERFENEALREMESE
EIZLBW TR EZTomZ b ARBT
EHEICBY, YR EECETOH
BIEBWTHMEZRVELDEIFETDH
%, DMD IZX T D10 EEDOHREIZ, H
RETHDHZ L., ROBEKMESEDORKR
EFEREFICHEL I N T W W &7
EBBROERICEL CORE I Z /40,
FEEBEELBEDLERHUHT LD T
I ESNE D, Bt A8
EHEUICRIET 5 FIEICREEENEE
T5, KIEBREOHE ey =7 FTiE
UHAF Y a—LDEBY 2013 FEITH
BRE~DBREZHIET D2 &N TERR,
CHNIIEEEEEREEZERA LY
LOREEIZ LY, EROBRBEITEY K
el EEKRBBRIBEBONEELZHD & L
TREFEHOESHERIIRBRIELI L
B—EEEZ BT,

2. BRARARIIBITIDZRI Y —=v T
EOEDEFMFES KR IBRH
NCNP (ZZZEDH 5 DMD BEEED
Yh, T V53 A%y FREEEIT 9—
0% THY, ERIBMETHRES LT
HZEELIIERZFE T, EXRLEZR
BT 5 EHEREOERRBR, £ M,
EoMARREVESBOBEEEE XS L.
ERARERBRERIIRPI VO ETH S Z
ERBALNERY | WO THDERICK
TOHEEMEERORENZEEH L72o
oo ZTOXORBEICH L UL, BF LV
AN —ERERAE LEgRELAARAN,
Z R L FEREBREZ SEICBWIZERRAER



Xy N —7 OBEEREORVMEARE
HAEEZONDN, ZALIZHSOWVWTHIE
TLCERFOEREZNERICRER
EEOREEZFEAL WS I LEEEL
TW3, 2oL RRNEEE X, &
IRRRER A B N RAY OB T B AR BRI
MMAAN, SHIKREDNROBEELE
I A2 7-0cb, A7 Y —=
7 I FEOREFIIIEREREEO—D
Thd, WHREMLANICEL TOBEE
HHEWCERATH I EEEME LT,
DMD BEHRBMEFMATICL br A
WAR RV F 74V A%EFANTMYOD
BEFEEAL, HokeFET HFE
B LI A TUFRVAERD
B % in vitro THIET D Z & N EE
Thole, ZEEOHERAROSE TIX.
BEWREOBRER YV a—itBIiT 5 A
7 U —= 7 R OB &K O E
BERY, TOICHBOEEERES Y A
WADAMEBEELZ, Viar UL LR L
VVTFUANADBEREZEIRT 52 &0C
RBHEEZLNTZ, THELV e AL
Ak, RGeS IR Ay e B M B
HELTWAHAICZEMICEEL, BF
ELTH ML EFERRRMEN TS E
HHRTELoIETL, BrOERLE L
CFUANARTE, BRGSO
FERMHEEZER L2V DD, TAIVAD
T A EERES, RRICEBNE T2
MIBONEIZHIBRE D72 dTH D,
FEEEIZ NCNP/DMTO1 (231 5 #hBr& 1
NN S, BEBRE B KO
FHEADE SRS L, WThoOMIEL
JEFR 72 AR E R L TR, Linry
ANAEROCEEGCTEANRE & X
bz &b, &fficd LTl hry
ANAZR NIRRT in vitro 7 v A%
1ToTc, TDRER, R 25 FERE TIZ,
BRRBOMLANTEE2FAIZBWNT
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in vitro TOIT T Y 53 AFx T ETR
rR T4 E NI EORENRERIN
7o BEIMAANTZT 7 YV RENHF —
VX, =7 YV 45-52 R, 48-52 Rk,
49-52 R&D 3 RE - Thotz, BIC
TV 49-52 RERIE, IRBREICKIGEL
T2BE 49-53 DA T L —ARK LR D
B, INETOLZARRRIIBITDY
AN T4 VEEPREINEHAN 2N
7=, SEIOERIX in vitro TIXdH 5 05,
49-53 £ V7 L —ARERIZEBVR b
T4 DERBID THERBINTZER L
EZzbN5D, invitro7 v A%, MLPA
ENPLHBONDIERBHROATIX, =7
Ve AFX IR BVARAINRT 4 UF
VRV BORBEEHEBFETE RV REEY
EZELTCEBLEZLOTHAN, BRE
LCIMEAANTESE 10 HE£BTUX
fa 74BN EORBEPED LI
oo ZTOZEED, ZTRETHRFTEINT
WhRWHHEO Oz 7 Y it A s Y
Ve AXy TIREEOREEED IHE
WX, BBREOE MM - #BREFOE
BB W T in vitro 7 v A DNE
E BB A RETZENERTER, £
TR _EENRERAICIBVA IR T 4
VEBEORSICEL IR, ETETL
T URERWEKRFHZELY , EBICZ=Z
Ve AF IR BTVA IR T 4 F
BOMIHNEZILPTTRTHDIZEHDL
MNeipotz, ZOZ EiF, B MEREICE
WTCIE## ., DMD,/BMD REFE ] TR
DEFTFEREIELNNIE, B MW T
Loy Yy s Ay TIREBICHERT S
VAP T 4 E RN IBEOREYHER
CHIEHEAECHIZ LaRE L, £
BROBKRRBR Tl () EEMEaY b
— (BEEEBEER) b) 5T
(T rFer ABESRBEMOERE
HRBEE) (o) BEBRYT IV (T v F



U ABBEERTEOWBREHREE
) O 3BEOKREEZR—DARAT A L
TYhaE - BELTHEITLIZEABES
nNo, QEEL L TEHESEZOEB X
CC)DEOEMNE, BEIIKISLEZY
Z b7 4 URBEOEME LTEML.
FBEO R REOTFMFENR L&
I, aA— MNETREELEE L
HEORHERGEROEHTZZ LT
BBEEXOND, RFEORKFEEITIL,
ERBEIZe MEE (IEHW. BMD,

DMD H3k) # VW HRa 2@ LT, B
THELNAVA IR T 4 VOEEBEL
EFEXREEEL LEEMEZETERT
TENRFRERTH o, 2 LA EORE
T, BMD & DMD O ZIZOWTHRIHT S
CTLETFEETHoEN, B MIBITSx
7V v A%y FIREICH T 5 A R R
L, BRRBRICBIT 2HRENPER I
LZETHEBROLEZAHENRETH D,
SBREIAEREABRLZBELTCELN AR
EmErRANT, RFEEORKB R
EITW R b, B EERMENT OER
WHET R EZED TS BERD D,
723 DMD EF LT RICELT, T
F F — LRI A WD SILAC (Stable
Isotope Labeling by Amino acids in Cell
culture) Ik L BB EZERA LIz X
NRIBEREEEN, WEREEXY VX7 ED
BITICERTHHZ E2HAIIHELT
V% 728 (Rayavarapu S, Mol Cell Proteomics,
2013), S BIEZ DL BRFEET T Y
Vo AXy TORMEFMICIEA TS Z
ELBE LTV LERD B,

3. 7YV AXy TOBRBRHENR
B3 IR D RRET

GFP R X —H AWV A%y FEMBED
BT LTk, —&AIZIEX RT-PCR I
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FoTHFIs7orFRerrAEBO 7 Y
Yo AX v THEOFMAE ., GFP ®¥ K
D RMRAICEEM T D FIEIC DWW THRET L
oo TORER, EALT7 4V JEHIZLY
Ny F—HABRENTER S VD
AX v ITMAETT, GFP OREBE L
7Y A%y T EE LT mRNA O AR
DRI, RFERXEBEOT Tk
VABBOBIIA T Y —= T ~DIGH
AREME T L, RBESEZOBREE N
AAN—T v MELT HAEEEZRD TB
D, =7y - 2%y 7EEOEROS
ECFESTHA@REEMDTND, £
e Yy e A%y TORSBREEILKR
THI L, TREHMENCENREREY
A buT 4 INTFET DR RE T
HZEEREMELT, ETAVYURAEH
Wi 7 Vv 4555 iILt T A vF o s
VAR y TOMEEIT o 72, DMD &R
FDT T Vv 4555 (TEEGFEEDEME
BETHY, ZOoEEEEDOTALF S
Ve AX T RREEZFETDHA
ED 0% ERREMGE L, S HICE
BHEREBD TEMICT S & B3 ER
ENTWAD, EEICT 7 VL 45-55 BK
KLTWVWDLEETIEH, BFOLBHERD
RBOLND OO, BEDG TIXIZIEEE
WThrZ erBEINTND, Fxl
mdx52 < U RAERGIT, BEEERLV
WEFEEIZXL > THEHND 10 #EO
TV U ERBRITT LT THERD
Lz TR, BEINTEEREDY
AbBRT 4 UDRFERCHEEEET L L
ZROEMNC L, RIFERIT= 7 V45
555 FTOILEDT Y Y v ERWEZE
WROTA a7 4 VOMEEZ L, &
SBIZEWTT L ERWTT Z V2 4555
TNFTI YV AFX o TFTOFREEEE
FELERPIOBRETHD, SBITLIVE
2 BHEICENET VT AKER
ERAWAZEICEY, £EFOFBEHICE



TAREN N T TV AF S
ZEETORBRLT. LHICBWTHHE
BROMREZ L TIBEENOBRRE &1
DTN ZEREFEND, b2, FH
TV ERRLEN I VA 2w Y
~ 7 A (A45-55Tg/mdx ~ v A) TiL, IE
B URAEFASEOHERN - HEMHEIEN
BODLIN, =7 Y 4555 EREE Y A B
n7 4 DENEPERTE L, —F T,
[~ U 2 CIEF R HES DR R fiber type
BRLEOEBMNRBDO N, iz
VA5 Pa— R L TWAHAY R b7
4Py RRAALVOEBEN, —EHD
PR —ILEREESR (aNOS) @
BEEZMEE S HMEE IR EE, M
fa & CIEMEIL Sz nNOS & /NMEE O
Ryanodine receptor = bz & /L{L L, 1E
EHICHEIEN C2+BER2 FREIE 32
T, BHEHEEEERET D Atrogin-1,
MuRF1, FF#pMEMERE LS5 PGCl
ot Vol ST ARKBEEEILSE
fEREEZBNE, 5% DMD AL T
EVHREBRESET LT D 7 V5],
538, bbb EstGgE Ltz Y
Ve AX v SIREBEEOBEENED LD L
Zxohbd, TORKR, A%y 7OHEIG
BT VLT NEERE - O
BERBEMT 50N, A%y TORKER
EESNIEBEEY AT 00 DA v
TV —ARENRZ - HEHFELLLTNL
EEZOND, TN DEERIL LIER
BRI T 4 o BREDL D IS EE - &
HEEHL, TEETOHENERDOLEIC
DORPDZLDTHDINEMBAL TN Z
CRBOCEETHD, ZOLIICKHE
REBEEATHIEMERE AT D
NWE =V ERERRL TSR IZEBNTH,
SExm 7 Y 45-55 BRELIZ N T VA
Vrxzmy 7w UATELNMRILER
TELH bOELEZLND, —FH., EALT
VU B OFRMESDIY AL HEEIC
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B4 5B TiE, ET VI UATTZY Y
VAX T OBRALEV A T 4
VEEREDO S B, TuET ARV T
v (BrdU) BHEO/NERBMEIT. EBREA
1 DNA &5k S $i &2 @B L2552z
BABKETH Y . BrdU O REBRHMEIT.
ERABRFICERICEARHZBEL TV
REBRETHDEEZ bR, YA D
07 REH TR FICHEEOREIZ,
EEEOFBESTTELCEAL T+ J
BONDTREZENICEEELZBIRT D
EEZDNTELEN, BxBRH LS
FRBEBE~OELT U JED AL
X, BRI E S WY IALERE D
GHEERBLTWVWD, $LHALR TR
ZRAVWEERTIX, AHNHBELEFTEIC
0 FEVR T 0 U REFH (EFH)

WHELZ72V BBV IAENRZZ &0
b, VAru 74 U REOFEIZLLT
EFEANT AV ) EBDETIBEERLE
DMD LA DFEBIZHIGHA T 5 A48
MER LT, £ Z CTH~A L, DMD LSt
BEEHERSOEGIERIZOW THRE
THED, Ar U RERERMERS TR
rE 7 4 —DEF A TR T AT
Vo Ax v T ERATE, TOBR. [
TURICBWTENTZ Y Y ORX v
LA U DOEGBREIERRD b,

EEHHANCAEE TRV OO ETFER
MOERIZZIDERUKEBDNRGED O
oo TOT NG, HEAEDNER RER
Wt LTIREA T 4V EBE R WA
BIENISHA T DREENRER I, =
IV AX Y T OXMBEBEIERK LT
WS ETEERMABE LN,

E. ¥

AMEBRECHEZED TCE s Y
53 A% v SIREE (NS-065/NCNP-01) D
BHIBFROERRABRIZ. PMDA & OXEE



BRISFE IR 2R T 2013 € (ERE 25 ) 5
AligBEtEEHZ1TV., 4 10 AICiX
F1H~OFEEZRIE L7 (UMIN CTR:
000010964, ClinicalTrials.gov: NCT020816
25), YHFEL Tz 2013 FED 5
WBIZE o722 b, FHEEEE LTIE
EFMHO B R ER LI LFHETE 5,
EHHENICE DN - IEERRB R,
TRICEERRBR TCAWDI A Y —=
R OVE M REE R i, RIBEER
EEINOENLT 4V ) EBRICE 5 EER
ThHI LeliExr, ZOFHREICHE
TOHORMBWEBERITE Y, REER CIXmM
FHE BRTRLERRELDAD, BEHE
DERBIZENAREZED TN, £
7 V4555 D=V F R v 7 (Aoki Y,
et al.,, PNAS. 2012), E/V 7 U J KB E
DIALMEE OB (Aoki Y, et al,, Hum
Mol Genet. 2013) 72 ElX, =7 Vv « &
v SIRREDE K ORERRICEN D FEM
MICEELRRETH D, TEHE CORE
ELTiE, MEEBRTH S DMD 1TEE
e HOEEBRTHY, ZOLIRER
Wt AIRREOHRREIL, BRAEOER
KEDE £, FlFizREEEDER &
WO EERENDRIBEFETES, £
AIREE OB R IL. PMDA & O EEERL
FHRRZ B LK SR L OME 2 MR
EOSWTEY, BER—XDEHRL
EETHEHAEEbER LEET AT
— AL LTOERDAELTNVD, BESE
B oo R EIBR SR EE SR EER ICBE L T,
RBRT A VRE, HBRERL AN, £
=E VT R THRV AU
HEORRBEEL Y, EERINERLR
EWREFELZFEAL, FICHETEORE
EITHOARBELEEZE L SOEmEL TV 5,
UHERRRILIT — BTS2 E&05 L
BTHER 27 EFEE Tkl 25 A
ABTHDLN, RBEEOKTHIZ, %5
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RBRICROBINREORFN BT 5
MHALDBENEELEZOND, B E,
AFERBETIE,. =7 Vv 53 A% v 7R
BEOER{LEZBE L, RHEROER
ARG M T BN REORE 21T
S TRz, EfREEEICYZERAR
DOBRBIZEY . FTHOEMIEER S
LEZOND, SHBRITEBERRBEOERSIZ
WAL ETFRIND, FoRBEiTH
MBI MmO DEFIEEZED T
W<

F. BEAGKRER
L

G. MPREER
I B3R
(BRSO - ]

1. Nitahara-Kasahara Y, Hayashita-Kinoh
H, Chiyo T, Nishiyama A, Okada H,
Takeda S, Okada T: Dystrophic mdx
mice develop severe cardiac and respir-

atory dysfunction following genetic
ablation of the anti-inflammatory cyto-
kine IL-10. Hum Mol Genet. 2014 Mar
24. [Epub ahead of print]

2. Takeuchi F, Yonemoto N, Nakamura H,

Shimizu R, Komaki H, Mori-Yoshimura
M, Hayashi YK, Nishino I, Kawai M,
Kimura E, Takeda S: Prednisolone im-

proves 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.

3. AokiY, 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- o 2 chain-null con-
genital 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 Hy-
per-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 rtAAV9. 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 splic-
ing of Clenl in myotonic dystrophy
type 1 (DM1) mice. Sci Rep.
2013;3:2142. doi: 10.1038/srep02142.
Ito N, Ruegg UT, Kudo A,
Miyagoe-Suzuki Y, Takeda S: Capsai-
cin mimics mechanical load-induced
intracellular signaling events: Involve-
ment of TRPV1-mediated calcium sig-
naling 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, Koba-
yashi K, Okada T, Takeda S, Toda T:
Impaired viability of muscle precursor

cells in muscular dystrophy with gly-
cosylation defects and amelioration of
its severe phenotype by limited gene
expression.Hum Mol Genet. 2013 Aug

-16 -

10.

11.

12.

1;22(15):3003-15. doi:
10.1093/hmg/ddt157. Epub 2013 Apr 4.
Echigoya Y, Lee J, Rodrigues M, Na-
gata T, Tanihata J, Nozohourmehrabad
A, Panesar D, Miskew B, Aoki Y, Yo-
kota T. :Mutation types and aging dif-
ferently affect revertant fiber expansion
in dystrophic mdx and mdx52 mice.
PL0oS One. 2013 Jul 24;8(7):¢69194.
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, Mo-
toyoshi 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 Du-
chenne/Becker muscular dystrophy -
Prospective multicenter cohort study.
Int J Cardiol. 2013 Oct
3,168(3):1900-4. doi:
10.1016/j.ijcard.2012.12.058. Epub
2013 Jan 17.

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.

Nakamura H, Kimura E, Mo-
ri-Yoshimura M, Komaki H, Matsuda Y,
Goto K, Hayashi YK, Nishino I, Takeda
S, Kawai M: Characteristics of Japa-
nese 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]



13.

14.

15.

16.

Okada T, Takeda S: Current Challenges
and Future Directions in Recombinant
AAV-Mediated Gene Therapy of Du-
chenne Muscular Dystrophy. Pharma-
ceuticals (Basel). 2013 Jun
27,6(7):813-836.

Ito T, Ogawa R, Uezumi A, Ohtani T,
Watanabe Y, Tsujikawa K,
Miyagoe-Suzuki Y, Takeda S, Yama-
moto H, Fukada SI: Imatinib attenuates

dystrophic condition in severe mouse
dystrophy and inhibits both prolifera-
tion and fibrosis-marker expression in
muscle mesenchymal progenitors.
Neuromuscul Disord. 2013
Apr,23(4):349-356.
doi:10.1016/j.nmd.2012.10.025.Epub
2013 Jan 10

Tremblay JP, Xiao X, Aartsma-Rus A,
Barbas C, Blau HM, Bogdanove AJ,
Boycott K, Braun S, Breakefield XO,
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, Lochmiller H, Lustig L, Mar-
tens 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 JM, Wilton SD, Wolfe JH, Gao
G: Translating the genomics revolution:
the need for an international gene ther-
apy 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

-17 -

17.

18.

19.

20.

21.

22.

Saito T, Ishigaki K, Murakami T, Sato
T, Kajino S, Takeda S, Osawa M: Iden-
tification of a Duplication Breakpoint in
the DMD Gene Using Array Compara-
tive 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: Activa-
tion 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. doi:
10.1038/nm.3019. Epub 2012

Ota M, Nakata Y, Ito K, Kamiya K,
Ogawa M, Murata M, Obu S, Kunugi H,
Sato N. Differential diagnosis tool for
parkinsonian syndrome using multiple
structural brain measures. Computa-
tional and mathematical methods in
medicine. 2013;2013:571289.
Mori-Yoshimura M, Oya Y, Hayashi
YK, Noguchi S, Nishino I, Murata M.
Respiratory dysfunction in patients se-
verely affected by GNE myopathy (dis-
tal myopathy with rimmed vacuoles).
Neuromuscular disorders : NMD.
2013;23(1):84-88.

Furusawa Y, Mukai Y, Kawazoe T,
Sano T, Nakamura H, Sakamoto C,
Iwata Y, Wakita M, Nakata Y, Kamiya
K, Kobayashi Y, Sakamoto T, Takiya-
ma Y, Murata M. Long-term effect of
repeated lidocaine injections into the
external oblique for upper campto-
cormia in Parkinson's disease. Parkin-
sonism & related disorders.
2013;19(3):350-354.

Relucio J, Menezes MJ,
Miyagoe-Suzuki Y, Takeda S, Co-
lognato H: Laminin regulates postnatal
oligodendrocyte production by promot-
ing oligodendrocyte progenitor survival
in the subventricular zone. Glia. 2012
Oct;60(10):1451-1467. doi:



