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XOXLITbNE 2 ELTWAELD, BikL TEBTIE RN TRWVWERS, FEFICENL
ERELOBIETH-TH, 2 bITON DERRBRIC LI R R A b DRI i
PIT ZETHAH, FIERIT., WEMPITOLINLTND ), WO, EZTHEYRIBENZT
BILDEMDICONWTHEIZEFTD LR — M EHA T LERNDH D,

KT IUARFY T LEETFEA>

(=2 Y v A% ¥ 0 FIL5ERE R IR Tl 2]
:y//z#/t/yebw#%&iEﬁ@DMD%iDﬁ%@?mBMD«& FZ DR

HIETHD, BoTOROEFELEZ DO TIERWE, BREOH LB T ENDHE
BACAER T2, =7 VY AF v B 7% DMD 1237 55 %&ﬁﬁ&_@bﬁtwh\E
WaET 21EHE AT 21RRIETH D,



TA)A-BHPAMAT—EH DS (PPAD) 4R (2007)

WA ORS, B, SERL VS EERN mRNA OFARY 4Tl L, DMD % %E
DM, AR BOTILT T AF Y & HVT mRNA 25 1 {E) S EEEO
7Y o NIHIZERD RS 2 & TEEIZWETH D, 7 Fr o A4 Y 1380 RNA T
HY, ZOEHNETT L mRNA O 7 Y oNOMMKRES], b LiF=r YA b
YOBERITH HESN L ERIC BT D L OICEEI SN TR Y . ZALANOEITIC—ET 5
Loz lidewn, ZOTFRIAFTY FFAT T TEEIER L, B0
Yy mRNADGRET A& 42 HD, ZNURAFYEL T ThoH,

A%y B TREZ TR, mRNA @ FO SO X VT <720 mRNA 32— R
L7 BV eD, Ko7 JBERey RRAA Y (rod domain) O X 9728
RO L O TRWEGS, W LB X7 3 RSO TR E 2 R
ARDEE ZRT-T LN TE D, 2T KV FEEDO DMD 23 L 0 R0y BMD 124 X
LNDLEDTHD, BAIOTT VU AF v B TIZONWTORKRBRTIX 2 FEOLFEMNIC
SRSV E DI 2 ST v F R 24 Y TRV, FO X ) R E LR
X, RO TR SREESE 2 VD b ONRIEEL, T FEUAF Y T2/ LTL
FOMOLTHDL.2HEOT v F ALY D H 5 —D1F 20-methyl-phosphorothioate
Thh (—XIZIL 20-methyl) . &9 —DIFEL TV VOO LDTHD, ZILHIE
BLWEEZLTEY, L7140 W TEEBIIEX 7 LATF RTHARL, TV
FHE ALY TN MEREIXEMER SO TRV, LM LEL OREMEEICEb TR,
COLR—FTHEEET TR RAFY T2EH L LT 5,

(4T v ZThHzr VA% y 'y 7 OREKRER]

BE, 702074 T NZHDHEWM T FDE4E0D Prosensa BV.OMETH D Judith
van Deutekom KKIZ 7 4 7T /V 7 4 7 OEHIIH D Z LN TE ) o 72729 international
United Parent Project Muscular Dystrophy (UPPMD) OftZ T#& % Elizabeth Vroom 2%
2006 FERICK T Lizm s Vo A% v U 7 2 AWEERARBROBE 21T 72,
ZOBKRRERIT= 7 VY A%y B 78 DMD BE TIEITAIEER B DO E 9 DIT OV TH
REEbDTHD, ZORBRIT—2DOMHKWNO/NS 72—H5r (BARBNIZIIRTEE i & v 9 it
) LW ROENIZGFTTITo72bDTHY , =7 V2 51 ZAF v 7 EH % 2°0-methyl
TrFroAFY T HWic, ZOBKREIT THBRTIEOMHR ThHO, EERICHEREE
BT D HDTIEZRYY,

T U OMEET-BIXT Y V2 51 Ik LT, 20 methyl 7> T A4 Y F&RIN L
. FODLIFHIHMEBNCRE LT v F ALV TLLTIOEALTOT o FHA
FYV FZONTORBREEE IR > TWENDH Th D, 5 IT3ERE O O fiHiid o ia i
TR LTE R, HERICAEWICK L TR R 5217V 25 O RIC/EH S 7254
FfoTWie, =7 Y v 51 N@EINIZHAIZ, ZhEAFxy 7S5 2 LIk VBN TEE
IR, =T U RIKROERZ RO DMD D 25%LL FIZW 5005 Th 5,
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TA)A-BHPAMAT—EH DS (PPAD) 4R (2007)

T VAT E S TIINVEETIZRWHEINTH D720, BRIKRERZ 15D 2RI, Zi
ZFNOEBIZBEWTRUER 2GR, &5 W30 FBIEFHRBN AL ETH D, 704
DRI R R ARBRATNC EM A T3 5 2 & 228 U7, Mk T e A2 v
TRBIZ®oTl,

[ XVURTOTZ Vv A%y 'y 7 OEEKRER]

T4 TTINT 4T CORFETIETI VU AF v B T OEKRRAS phase [ [IZOWTOF}
AT STy, FDH LIESH < LT, 2008 FEDOHIDITA F YU A TRER IR DS B 45k
ShDZ EiThholz, ZOBRKABRIZE THLEETH LD, v N TiTbhiz 2006 4
» PPUK O LR— FOWNENPDL S 5 —ERYR Z L 20K L O~ EORILZ DTN
A TCHRET 2,

MDEX #h=F= 7 Y v A% v B T K DIBRORRE L RRRERZIT 9 2 & 2 HIIC,
A XY R T 2005 F 1 HIZANLESNT-, ZOWEd=EIE Francesco Muntoni K, Kate
Bushby X, Volker Staub K, Dominic Wells X, Jenny Morgan X, George Dickson X,
Ian Graham X, Matthew Wood K, Steve Wilton X, Jenny Versnel X TH 5, £ XV
A DR, B2 (Department of Health , the Medical Research) & A & U Af5
A7 A4—BREHVA I T 4 —EHG Z ORI Do TS,

T E KO Francesco Muntoni K iX MDEX O&ETH 5, HiX. 2006 For > Ko
T, 20%0 DMD % (BARICIZ= 2 V1 45-5047-50, 48-50, 49-50, 50, 52, 52-63
DRFEBOEE) WV bl EAX Yy T IELHIETIHRETE L AREERSH D720,
ZOMKRBRTIL, =/ VU Bl AAF v T IEDLTETHD Z L ERE LI, 6 FHDR
257 FrAA Y T (AON) AIEFH Ot MMi#ild T, DMD 83# O ffila, Steve Wilton
KOMBHWIEAR, DMD BFOFMinZ Z0fv A a7 4 —~ T ATT A hSivlz, —&F L
WAERTE ST DX, Steve Wilton KOWIEETESTEL T+ ) T o F R AFY A
H51A Toh > 72, Dominic Wells K| mdx v~V A ZHW=FEBET, ZOELT7+ Y )TV
Fr o AFY 213 DMD BIRZHKET 5 ETREICZEL TWD Z & amR Lz, ZOfER
FAXYVRA FATUH A=A T VT O 420%EFT LB LELRZHOT, 2007 4
9 H ® Human Gene Therapy (18:798-810) TH& Iz, VAN btz L olz, £/
7 4 U JAbEWIE BRI IT R 2 273, 20-methyl L& LG L - TR Y |
FNPRX T LAF RTIERWA, IRELZBET 2720 20 LAR— M CIIER L7 v Fk v
AFY LT D,

AXYVATHASNETLTZ4Y )T o F P AF) TRFLEE0 2=y T, AT 04
THEHASINZE2EKE 20 2=y F® 20-methyl 7> F & 24V TOEHN & 552 ETy, £
LLOT Ik v AR b IEMEIZT L mRNA =7 Y > 51 ORNEICHFET 5 =s Vv
AT TA Ty —El (ESE) LAHMANICH G 2. ESE ZETD 2 &2k
V. RNA—Z U\ T AT T2 TEAEERORERN S Th D SR ¥ /37 DR #ET
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TA)A-BHPAMAT—EH DS (PPAD) 4R (2007)

by ZOFER, MR LD Y URT L mRNAMLLRY B, =7 VAR oS
MWERT D, SEIERBIEFITHDHTZ VoD ESE FEFNIIN L 20U L - 72251 % &
DN, BEICIIR ST bDTHY, ZTh i, BN Y U A% v B0 7 A A]EE

%5, NEDOERYT ) LATRATHMBREASNN 2 EFFET DRI E AL E
20000 LA EDOE FOBIE T TR ERDBL OB VL OBRNBRATy T IND, &
Nz, ZOBGFREMENOBIGFICHET DRIFRANEZ S0 5 Z Li3E i<
|

A XV ZADBRRBRTIZIK I N—T12 2 AT HOD 35D 7 /—FD 12-18 %D DMD H
BRSNS 2 FETH D, 0.9ml DIRIKIZEME ST 3 DD - 7-F G5 (0.09, 0.297,
0.9mg) DENLTHV )T o FRv ALY AWK T N—T12ESND, BATIE, 2F%%
T DOIHER B DOIMUNZH D 2 >OFEFRMFHD 5 HO 1->THRW 1 352 FI2 9 [H
Bhand, ICERZRERANCTRLE LTH, ZOHERLREORIITRET 5 2 &R
TEX DT ThHD, IBEOREREMERT 57202, IRIFERTET5E% 30 BICHERE &N
IO AEROF = v 7 BT 5,

F T X TORKBBROL I, A FVATH, EATHV )T FRUOAFY I52H
Wz 1 DOFRASDEADLZEIITZA T, BRAULDDOT A M7 4 VOFEANAIRETH D
EVORROFHIOHERZ T HHDICTERY, SESERFEEET, HilifEORKIKTSH
10%LL EICRGERR VA MR T 4 VERDD Z BRSNS, SINFITRED R 25 2
X7y, Lo, ZOREROLIZ, TXTOHBICERT EIRNES & o2l
B H DRI DT HTHA D,

BHBLAT, 2007 4E 10 HIZA XY ZOEEE-HLORANBEBY | BRRBRETOM
BENRET LI=OHD2008FEDHDIZT »F o AF ) TOFHIRNZEERBEESN D TET
b,

Janet Rose Christensen (X7 AU I DAL TN, A"— K72 FiZH D Regulatory
Affairs and Quality of the company AVI BioParma ftDfE£ CTh 5, HiIA XY AT
DMD BE M RIATbNIlTr Y o X% v E 7 ORFRRBRIC IR T D1 Lk D2t 5E
[ZONTORTZ, MHELDHNE, BISHHITL < OLMERE, U4V AMERE, PR
BT 2B FIREELE LTEAL T+ ) 7T FRURAFY A4 L TE T, 2O
DILEWZE LB, 11 QRN T TIZ 300 4L, EZxR L L TThbT& iz, Thw
Z BEESAITT TR R L TE L ORER, BRI EMAFHE A L TV D,
AR T4 U EENE LT Y ATy B T | EEZTESNEIA—A RN T VT O
=D Steve Wilton KD /104 &\ CTITMIH SLTWAH MDEX 2D 10 E &
TR LGRS phase | TR E I, BIE, A XU A TOHRLGOHEFR SN TWD, =7 V>
51 DA v B I S D AVI-4658 LIFHINDENL T 4 U /X 30 DY T 2= Fin
5725, HFETIZT TIC AVI4658 32 Vo 51 DAF v BV AFES 5 Z L VREN
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TA)A-BHPAMAT—EH DS (PPAD) 4R (2007)

TWb, AVI-4658 (X & THIEREICTZ V2 51 OFRIZH HIER & 72 HEANCAEST D,
ZOENTF Y IE 1144 OpRFE, KFE, EHF, BHR. JanHEn6Rb, T AVI-4658
X MoOFELD & XIEN A HIRE T2 B AVI BUES CHR S L5,

A XU AOFRERT AVI-4658 2MEH SN DHHIIZ, 4 XV AIZH 2D Medicine’s Health
Regulatory Authority (MHRA) D7&iR % 5 17721772 572\, Janet Christensen KX
T AV BZRT DI AR AGR DT D DFH IO TR TS, DMD % “thx i
HEAITLEFH L TS AEMThHrrbIEE ‘L LTRSS TWaH 20, FDA HiE 21
CFR312Part E ‘& KT sBENEH SN Z RTINS, B, L2t A%
PEIZBE U Tl bl 22 RAE 2 MERE 9~ 2 & [AIREIC, (B R EMEZ IR 35 5 2 C, A< WIS & 1T
FFT20IIRYTHDL, ZNDLDOEMIT, AmEENL, RAICEF L TWHEBEET
AREMED H HE, L VBIEORBEIET RIS TR ERAEREEZ 1T O A, BEELREIE
%&b O EZ BESCEZ DM L CTND Z L2 L7 O ThIFIER 5720,

Janet Christensen KIZDOEDFETHEZMOI K o7, [ZNHOHEIZL Y FDA X
B OMRAHTE IR L 1A DD LR 5 72T LA, DMD B#F IR 281220 T
HDHTENTER, ToTHERZ &L, TAT7 4V 7 EHOEERRBREZITV, LW
FERANT 2L Thd. bILbiUuI=Z VU 2AX v B 7T L A 1EE A >4 < © DMD &
RO Z OFFKRRERD, RIS, KBFHE e TET I LE2HEZATND, |

DT T Y A%y &L T ~DRYOA]

U 2> k@ Children’s National Medical Center @ Terence Partridge [XiZ— 2 Y &
Ty BV ITOMBEIZOWTE,R LT, /2. 129U O Y U AF o VU T HFEL, ¥
A v T 4 DAY M ERICR TR 2 LE S TS DMD BIRICHT 265726 L
BRTHLEEOE Y AKXy B TOARENREZRHL, A XEDhoTc 2 DDxT7 YV v
AF v B IOV T OMEERSE LT,

mdx vV Ak L, =7 V23 x5 & Lz 20-methyl £721XELT7 4V ) 7T E
VAFY Ak, OB LEGEGEToTEZAMERDHY , WL ODOFATIXIER D
0% LDV A v a7 4 VORBAEDT, L L EALT 4 U LD ER 2803,
ZOBRITEZRAIN TR, B R RFO Dominic Wells Kidm > K ThfE X
M7z 2006 4 PPUK O LR— T, M1 CEEREZHFMTS5Z & TEALT 4 U HPDLHIC
B35 Z & 2k ~7-, Partridge kb Z ORIEICKT L THI9EZ1T > T\ 5,

mdx ¥V RATFRIZT A b T 4 CEF SR T ATH LM, TOMERIT L THEIE
Thod, Tz, & F® DMD OEF/VE L TIHBNZR D LITENVE, 51T,
ORI ADHEMIT 2 ETHDID, DOV A& TOREIT DT 2 RWIR 0 EZEBRR
TR, AXFY VAL FEMBRELS, FEHBIA IR T4 —DT =T L Y A—
(GRMD) [FHEVEREZZT 5720, ZOA X & MW ZERTIE, EROEIT L7z DMD
BE DK THAON DR E RO REETZENTELTHA D,
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TA)A-BHPAMAT—EH DS (PPAD) 4R (2007)

GRMD A X ZAEH L2 FEZEBRTIL, ENCHREDRH L, 7 XA XU A TiThil
DMD BEFEZHN\NTT27 V2 51 #AF% v 7 SH LKA CITIERIC=r VY o AFxF v B
THEFEL, A% LILRDERNTHEEZD, ZNHOEKRBRTIE, 120O=r Vv
EAX T SELEBRLMIBIZ2bATH R, LML, 74720 DMD 7—4% _X—2X
ICHEEREN TV A REK, BHE, MUNEREZ S o7 DMD BEDOK 50%i%, 2 2720 LZEh
VDI Y B AXy STIEDHIEREENLEL LTS, O Y AF B
TIEREME LT HREFITZ N, LEE, =27V 45-55D 11 D=7 VY U DAF v ¥
Y IER KA SO DMD IR D 63%% K DEJED BMD ~E A2 D1ER TH D, v A b
07 4—DETNAXE 2 DOTI VU AX Yy EU T ETHUERD DD, Z0A X%
o 72 FEBRIT LV E L XA TOERITH L CRIEEIT ) EE R CE D[RS D,

VAR T 4 VBB I TDAT T A RTEHBIRENICERN S 5T VA XX,
Z® mRNA TlI=7 Yo TIIXREL, iR BEOTNEEL, Filka Fo2E L5, 2
DYH, TV 6L 8D2ODTY ) EAF Yy T T HIET, HARYMEIMEIETE
Do

TV 6 EENELEEAT ) )T TFRAFY D V8 BENE LT
NT7F V)T oFr AT AORGWEFREA I2& T, 5\ GRMD A X OHIIEE I RPT
B b Ui, WREO 2 BRBICHAEREZBIT L 2 A, HEHE LIEAHEOFRISHET LW
WhMEZ D, R O#E DO IER L EZRD T,

Partodge i, Hi¥T. HI{®D General Animal Research Facility ¢ Shiniichi Takeda
K& HFFZEEZAITV, 4 XOEHFEETIVEREZED Z LN TE, ZOEROFEMIC
ODNWTIHELEREIN TV RWNZD, 22 TOEKITIIT S,

ENT AV AV IX T VEFF REHW Y Y U AF v B0 7L 2R i E S D,
(1) 2HELENRAETHY, TXTOMNTHRERET S, 72720, OHETEES
ThbH, (2) BERE, (3) WEDO L ZAFEMEFHEGEEI T, (4) ARTHR
ot Rz T RICHRE S D, (5) MEARFRIE W T2 ORI O 52 LB &5 553,
EPORFFIRREPN 725G T ITHIE LT LWIRIRICEITTE D (6) AERIZE > THRY
EEERNWEDT VX —ISRBIHR, FIHLIIELNL VA e T 0 U HiiHRA
PIC DI LOMFELE L7,

EFENTAV )T oFRCALY Tk b ERD Ko MEE 2% < OMFLE TN
b DD, IEZDOWILIE & FEEIZ DMD BIRICBWTHSRERH D &0 ) RAEICIE e
RV, ZIEEOHERITZ TR TEAT Y )T T A Y D), 20-methyl T T
B AFY ARV D TH D, RIS, TR, =7 Y U Ax v B T DRKROZ)
BERHEL, FEORVWIELRZ LD, 20 2 SOFATOT o Fr A4 Y TORE
L7t THAH, LL, ErOT7orFror24) TEDRBALELONRIVON, £
STELBIOT v FE U AFY TERALEIEI VLD E WS TR Z b
FBETDHE Ltz
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TA)A-BHPAMAT—EH DS (PPAD) 4R (2007)

<\Wo, DMD BIRZBET DI VY UV AF Yy BV TR TELEDN? >

DI LIF 2004 1 HDA »# E2—T7 47 »DGertjan van OmmenX(Z Z OERM %
BT T T, BN e N @A E LN Z 2 TR0 L ICAKT 5, 10 4FEDINIZIE
XDH1EAD FEMIE 2004 FEDOE ST D LR — MIFE LT, (www.duchenne-research.com) o
104EE WD T & FT, EMEIZERRIZ 10 &0 9 M 23R LTI 2R, 3 LWTER OAFZE

IR NETH D Z &0, FERITITZ S OE L2 TR 672 0WEEZ I T D
\_k%%ﬂo’Cb\é\ HEFICT SR FEEPRH LA LY TH D, 2007 FHHKEDVITH
MY, ZOFENTTHDL 4ENEL, OZVIX6HFETHD, LrnL, birllbizt -
TiX, TOFEATHR/RTRNWI EbHD7EAH S, Ll BEIE 8 F. 94F, HDHVT 10
EDRMDLE LR, 9 E MR EDIX, 3HFRWL 4FETHDL2 S LiLRu,

KEFI OB T RN BN DDENE 25V VD EDRMNITIE, ZOX I MEEDFIEE
R EBVIZOT, OZVOFEAZERZIILDENTEN WD Lvy, —F, BLE
DEFNED L 572 b D, L SICHEORZHEME NI bONEDL RO E -
TWLHEFAORNE ISEEL ROFELEZLISEBELTODIABND, TORE LI
Francesco Muntoni X & DA TH 5 van Ommen KO THER SN2 b D TH 5,

(BLEARIERERIET LN b0 L b EERILTHD, LI LITERD, 4% 6
FROMIZ, =7 VBl DAF v B TITEIL, TODOEL, 1FDhOWN DD xr Y
HAX Yy TIHLT TFR AT TORGEEGOERETRIEDL Z LRI TE 5,
WIRICD T2 ERAZR L THBISERWESICT D2 ZENEETH D, & 2 ITHEANIT
EORRTHH LV DONEFEIN TV D, DI LICIE, RIOIREHDETIZ 6 F1
D LIFEER S AR, Ll ERE T Jﬁﬁ'ﬂfﬁﬁ LTWAEATDT v FrUR
FV IR, SOEOEGHENEDLSTNDLENE LARNEITEZEZTVD, 5% D 6 FiH
DO BT, EERIHENTE 5, <ShEROHDIRFE—T o F o 24 ) A0 HEIER S
MEEOLD LR | TINEBKRIREHITLZ 2R THD, FARFICHhhbET
B, AR, KD T ES, ETEZRE LRITER bRy, £ LT,
B LWIROH L7 o F R AF Y AV SN, FIITEADESLEIND Z &b
AT D722,

FRARBITIRG LI WA A M, T T 0 e DTIERLS,, SEIERERHD &V
DL, I, MEPHIASEDIILTEFIMIFoTWNDLHDTHLEWD &2 &
2o ETMODLRFI VB, bbb OTREY R, MELTTRE L bEIT
EZLTHhHD, LNPLEIVNH ZEIFATLTTFRETERNWLEDTHD, T T EBUVAS
U T2 AW ROBKRRBRNOZ O Z L 2FERTER R0, SElbivbh G
Z LR ARG GE IBROE R, AN £ L TIREEZRFOZ < O AN x OFRfE 2 B
HNTHR LI ETH D,
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TA)A-BHPAMAT—EH DS (PPAD) 4R (2007)

[CA ba 74 VBIRTFOBEAN—T A NVANRT Z—% PN T T OEFIRER]

DITFTOXEIT T T 4 £ v R4 T Asklepios Biopharmaceuticals #£® Scott
McPhee Kk &AL U 7 4 /L= 7 KFO Xiao Xiao KOHEROBEKINOLDEDTHSH, AN A
FN =z m R ZR 28 D Muscle Gene Therapy 7 # —® Christpher Shilling KiZ~” o« 7
TNT AT RBCBNTE L Z—THEM LEBRRBROT LT —2 2R LIz, VAL
ZRT B— (HLWELGFZERT I VA LVR) 2bbWEY R ha 7 4 VEGFOEA
(T DMD (T3 21GHFEIE D 1 >Th D, 77 /HE T A /L2 (AAV) 2TV < 2ok
Fid %, ZOmEEE, HRROLAHICE /BRI L, DMD QRO X A 7272 TR
ARETH D, ZOWBEBHAINE S DR T 20T 1o, YA bunT7 1 —D< v
ARA REONoTZFERTIE, BAINEVA M7 4 VIBIR T AR T2 2 LR TE T,
Ry H—E L THWEDIXAAV O 258 Th b | —i%IZ13 Biostrophin & L iX41 Asklepius
DRI LI D THD, TNHDOTANAE, MIENIZALD, VANV ADBEFIRIZE
A ERVBRNTH D70, ENTHAET 2 2 LT, 29 Vo tBEEIT), BASH
DR F DR OGNS ZA L D,

LML, AAV RXT Z— (32O A XN W7o, #) 5000 HIELL EDFWELSI & R EF
THZLWTERN, 79 DT VY UInbRLEFOY A a7 4 ® cDNA 13 14000
WD, X7 2 —|THBAL T OIITZ O A X2/ S LRTE R bRy, 2
DX 97 =85 cDNA OEATIEZ DMD ZiGHT 52 EIXTERWA, K VBIED
BMD ~Zft3E5HZ LIFTES,

2O LIEBNG, RYOERTHEHI N =X, =7V 1TO—ffE, =7
//18#%5&I7//70W%79%@“ﬁ3%0ﬁ%@l:yxFD74/Lﬁ%#%
ASNTz, ZHid BMD IZ725 3B E OV A Ra 7 0 >0 1/ 3RENRSIIX5 & T
SINDHMMHLTHD, F1E 1990 F1Z 61 5% T BMD L a2WrSizfinnd 525, 4T +554
LZENRTE, TOHEOTA I T 4 ATEED 1/3BRETH7=DOTH D,

FEIRAER phase [ a 23, a2 T RIIH D, AA ML KFEFILZ EHIFBED Jerry
Mendell XD & & THETOILTWAS, AAV DI = A a7 4 V8GR 7 ¥ —3ER
;W oo TR T, FOEEMEFBIEICO W TKEREMEREMNF (FDA) 75 &GR
T 5, 2006 43 H 28 H LV mMIOERM B S /e, big 83/ 0.5 & F 47

3 AT Blstrophln VRS Lo, E 7o) o B SEIZ X O 7o O AR BRI D A %
/}i%# L7c, ZoORBRIZIZEEHRBRTIThh, #BEICH 0Bz 225 RE -
IHRBRAKD L ETIE, EH ORI EDEE ANT-Tm b Sk Hic L,
ZORBRTHEBIMULIZERIZE > THRFROBREEZIT 5 Z LT, w7 AL XOFK
I CRIROBH 572 Z OBIBTIRIFIEN, B FTHLHERBHLINE I NERT D TOL
DTHD, ZOMITITLEEMEZRNDD LV AR, I=VR br 7 o VBIEFERE
SELDIIHERELZHEND DL AR, I =BT X —DIIHT 57 L —K
I DEEZHEND D BN S 5,
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TA)A-BHPAMAT—EH DS (PPAD) 4R (2007)

AB N7 g4 VBETFREDNEMICZEH STV D, RNV 5 D 6 A0 DMD £
IR ZORBIZSML TN D, BIfE, 206 NIERNEZZITTNWDHEZATHD, 6 A% 3
ANFTD20D 7 N—T123F, ZTNEHIC 2 DORLDFEEREZRL WD, EFEIT-

4 AHIZ, 4 NDOBIED OISR LI oMk 2 8 L7z, 70 o 2 N 12 &5
LR@EZ%%%%&WLKO

AR FIERICEE LA EHERITRO T, ZOHETZIVWENS ZERNbholz, &
BHRBEVWIBRE L > TND 0, BRRBRAKDY, LI EHTLIVA fa 7 g
VINHER SN D E T Z ORI CRE S5, ZOMMTRERIE. 2007 FRIZIZDD
LHTETHD,

WIZAT I D KRB phase I b idA X LV Lz ono72b O T, BUEHEERHEA TND,
B EA B EESED LV ERITT Tlchbivbiids s, DMD IR ToiR
Bri% 2008 472 2009 FFIZITERM S ND TETHDH, ZORBRTIX, —FFAICItZ L7z
WA\ ERB IR TECTHD, 29 Lic, RFTZRELIL, IREEZ T LT T, 7
LB OREREEUET DA REMERDH D LB X D, %%%’\éﬁﬁﬁkb5ﬁ%TpMm
I . phasel DEFKHABR A L 0 2% < OB A5 & LT, 2009—2010 FFI217 9 PETH D,

[#7 A e C & 2 J8 B A4 W 72 85 -5
N DY T 7 7 I VRERE, SR SERT O Giulio Cossu K OHF4E T — 2 1L DMD
’ﬁ#é%ﬁ@%ﬁ%ﬁnbfwé

DMD (2%} U THZ R BHIIIER 21T 5 7o, etk mEREIC &2 L2 B0
ARSI L 2D, ZOMMRIIHARIC T 228 1EH-ThH, BEMEO X > d
D &S TEWT 2, BRI L 21REFREFICWEDbIEb720lc, MENICEST 5
Fikd L D, @RI RE . ARG RE A EE U, FAMEO RIS Y 22 <BE L e iU
BV, ZOMBOMEIXTRERNAE L PN Lol bDTH D, TIREEMMmE
TERB AN 1L A8 BE 0D SMA O FHARHERRLRR N 20 B L S - ifiiia CTd 5

Y HWTERPIOFERE LT, A XV TOMRETZHIITVA a7 1 o—4 R0
GERORB LIBERH A a7 =D~ U A2 W THIEZ T o712, IEWR~ U AD
RIEME M M 2G5 L2 2 A, ZOEFRBHIIEDNATWHIZTFTOY R b
T4 =B RIEEER (T T7 7P al U hy) 2HPA a7 =D~ ADEK
HPIZ 80% LA FAEES 5 Z L ITRE LTz,

2 DMD (x4 2 &7 b LWIBIREANIL, BTN T A VAT Z—2 v, BE
O P RIEMEME FFMICIETR 2 hOYA a7 0 o 28AL, OLIZ, EFOYVA e
T4 rEGAERMRZHSE, BEIRTEVI DO THD, ZOXIREACHKD
HC X D1EBIEILT LT —ORBEOLE N2, L L, BERMBEED A b~
A CEBANERMEAIN N D56, RIIOGRZEIMHINSLEL 25,

LB CHW O N P IRIEM: I AE SR A X0~ U ADIMAEBEN G JEES N DO Th
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%, L7, DMD BT 216 L LTORD AT v P2 BAH4I2iE, b Mook
Lizipfiiiaz D CEM CERBRAZ T2 0ENRH 5, Cossu K HIXITIUTEET 28 LSRR
% Nature Cell Biology ® 2007 42 A 5 CT¥}HF L T 5,

t N OSBRI NIE R ET D0, ZOMEERETEMOL O L3RRS,
TR, b O AEEL 7RI TR AR ORI E 7 EEGHR L RTINS,
Z OMIBIOMEE X, DMD g SN o8fifia e L TOREAEAR LTS, FIZ (1)
AR & W o T AERIEAR DN D OTHER RS Th D, (2) /INEOEFE G NE &% KR
ENTOKDHZENTES, (3) UANARIZ—ZHANT, EFERVA a7 4 o Eik
THEANTDLZENARETH S, (4) MENELGTIIHANICBET 2 Z LR AEET
bDH, (5) AR CHERER e AR b T 5 & W o T RILEDR B D,

VAT 4 R, BEFREICLVAEEZREL LY U X 2o 72 F2R T,
REMNREREBH LN TE T, 2O~ A 5 Lo EOBIRIC)E M 3EIEH L, 1
B ABITREEZI T2 2 A, WimHH7- 0 200~450 DU A b7 ¢ > D LU FHHRHE 2 78
WE L7, £7c DMD BEOER A tu7 4 Vs 2 b OlEMaEZ, I =8cT%
HLOUANART Z—TIER L, ThE DO~ 7 A HEKELZLEZA, I=V A a7y
VIBRT A S 190~320 OF LWIRME A RO 1o, Z OWRREZ T o~ U A DN OBERE
ARELIZE ZA, D RBELRDT,

t R A~OIEEDEIGD T2 DIRD AT » 7 & LT, Cossu KOMFIET — ATIEH 721 X
LY A MR T 4 —DA X0 RIREEMIE FH oREL . RBENTEEL, HY A b
07 4 —DA XD%AROEIRICEE LT, 4 XOMIZOWTIEEEMICIT S > TE DL
T NOBEEMIRE FEEOIEREZ OB AR TH D, 2O, M SV D AT
THIET, PRRIEHRMEIFMEE L5229 5, BHoOBMIaIZY A VAR ¥ —%
We hD ‘I m’ VAR T 4 VBEFEEAL, 4BOA XN 5 NHICRSEHEER
WE I T, ZOBE. ASOMEEHWTWA-omEmHEIRETH S, LrLl, T
MUK L, BRITERBICED o7z, ZORKIE, A XD X5 R RE & CTHAORKRE
EIETDITITEA LB FA/NES L BEBORIEIZ SR YA ha 7 ¢ UspEA SR
MmolelEZR L, ACOMEHWRWIFIES H D, EF DA X0 bAG T il 2 5z 5
HlIFICHDY 7 aAR) EAWVB YA ba 7 4 —OA JCFERRICERS Lz, ZOERT
FZLDEFEVA T 4 2RO, i OWELZE O, 1IEOA X TiX, KREIRICHE
LT —T Aoz b L, £997252 L TCEFICHRNPSMTHEWND 2 &5
molo, ZOMMBORSIFEORKFIIBENTHY . OB TIX, HH0ELRSEL
W, BEOWERENS b NATLS THHRERHITHZLENTE, oA XTBNTHS -
TIEW DN, JEROUELZRDT, ‘I71° VA7 40 U BaTFORPDVIZ, L KX
7 =" VA MRT 4 VBETE B CEMRICGEANLZERAHEEINTND, 27
Z v A® Luis Garcia KWBAR L7 VU AX v U T OFEEZTHZ ELEH I T
W5,
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Cossu KITIRD L 212 EFLZHHED L < o TWD L= HIZHAE, DMD E3#5 Tog KRR
L TWD, LL, DO RIICTREZ &1E, A4 X &R ON T
b, FHEEZFAS, B hOMEEMER L2 T HIE R B2, ZOMRIET TIZEE S T
DR, O 1TFERMETH D, BAKRRTII, b OBz, & hOFRORNT, b
FNOPA BT o RYIZPEAET D20 R T D702, 3 ADEE T 1 DO~
A5 a2Rn s TETHD, TOK, BlD 3 ADEETHMAD K —bE- @iz %t
FEMHIFEZ LB WOD, RHEREEZZIALDTETHD, KO H - &b EERER
HITRMMOERANZRTH L0 E IR THD, PRDOILUXT TICA XX, vV ATIHH
FEHEEPRNZ LHERLTND, L, ERICEKHBRTE MG LGS IMNE
ZDMTONTIEDLNDLR, 2 2D KROIRHERFHEIT, HIBRFSNL0, £20X
BN 2mE W5 2 & Thd, bubhid 1 SOBBHEDT &2 WEST D H7- 6 LWEGT
ZEEICBH¥E LT 5, £ LT, TRAT-NMD OEEICIZ L7208 > T, s ifn 2 Fiv 72
HIEE D H 5, LrLbibhuIZznnEn S50ohRs boh, 8N 600
fERRDN 8 2 DI DWW T DOHGRN 72V, e l2, /NRIZITZ 'mOEBMIaRA LB & 72 5 T2 TR
MRS Z L 2D, FREDEHTH D720, ZAUTITEE» 1D Z LR T
EN, FEELOERANPPDTHA I, LhL, ZOBRBFIIIRERH Y, bhvbhix
ZDORREMEEZE LTV D, bhbiux = H ooz, AR Y OIEFEOMENLIZ T CEE
A ) TIEIR D, |

<EPEEIZONT >
[— h 17 L RSB 5 ]

DMD (Zxt 3 21 L LT, RE 4 DOMY AR RSN TWD,

(1) YAbu70 EAOKREZEEIES,

(2) YA 74 VEREIPEBEELT2EA(— b7 0 VF) 2RBLSE D,
(3) DI Z GO T X COMMME T, ZNAbDEAZFKE ST DL HIEEZHRFT D,
(4) FHBSELIEBAICKT HRERSEINZ D,

Kay Davie [ s (X, 4225 20 fELL BAGIC, YA hr 7 g b KPS & HRE 2 F5D
BERELTCa—her7 0y, ROEOBETFERA L, 2—br 7 0 VBRI, 6 B
B EINELTEY, 5Oy Y o THRESND, YA a7 4 RIS, F-77
FUERHAELTEY, SHIETEREAKRE DA LTS, £/, 22— b7 1 0%
%< OFMTHRE LTI, HAMRTIE, MRHESHICER L THRBEL TV,

DMD & Tk, =— a7 4 U PRSI OHETRIEL T, £/, =—Fh
BT 4 CDREBNZWVEFEDOTR, Hi AT 5 L0 ISR IFmPENT LD
TWb, BBAEI12ETIE, 2—he 70 P2 a7 0 URRBERBLTWHWDLN, 0O
Ta— e 7 g IRAIZEAD L, HARICHHRE TR ONDDIZTA R 7 4 Dk
LB, ZDZENL, A= T 4 IV A IR T 4 CORAERRITH D Z LR D,
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ZDa— a7 4 UERAEMOLIICRESES Z ERTEUE, DMD ORI LR D]
REMENR B D,

mdx ¥~V A (DMD OET/I~TR) [ZFVARBT 0 UBFELEWVIZE b BT,
t @ DMD @ X 5 REEERITIHE LRV, LAl mdx vV ATa2— a7 0 B35
BLARNEIICZTD (2—br7 4 /v 77U bmdx~7A) &, B h@dDMD &[H L
L OREERERNPHEHL, TSICEATLEY, 22— b7 0 VORBELZEOT I &
IZE > T, mdx 7 ADIERN L VEBIE(LT D0 L7,

INHDOERERENS, DMD OREIEL LT, 22— b 7 4 VORI EFET 5 HiEN
GFiiO—DE LTEZLNT, 2— a7 4 VBEFIIZORAEZME T L7 nE—4
—»N 2 FEFEL, ZhEho7aE—4—75 2 %;ﬁ,*EOﬁM’ V7 —LBMEbN D, 2
HEO S HDO—>, A-— b a7 o IO HE SIS R RAYC B L TV 5,
ﬁn%Li\@ﬁwﬁaﬁ_%ﬁ%_%ﬁLTWéAﬂf$ﬂ74/%\%%@%K%ﬁ
SHELHEZOWTHIELZ, LrL, <12, 22— Fr 7 4 VORBAZESLT] 0D
BB LW EHI L, REOMREE TIIE s/ /2 o7-, % Z T, Dr.Davis
1% Sulmmit #:28% L, iFZe4d 44 7=,

Sulmmit #:CIEK) 30000 FEEOL A OW T2 — b 7 0 ORBLEZFHET H/EHAN
HDHME I DERFIL, 2007 4 7 A £ T 31 FEOAE MW EFE Lz, BIIE, mdx
YA IND DILEME FRRICE G L, TRTOFMEMK T2 — e 7 ¢ VORI
TWEMEIDERFLTND, 2055, VOXA, BELUVOX B D 2 FHFHICOWTIE,
mdx ¥ 7 ADEMEN~DOF G IR Z B T T\ 5, BIC—FE, 3 12 B, EENIC®RE
Lzt A, a—hra 740 ORENEML TV, £7-. SMT C1100 245 L7-~ 7 A
TiX, MM, BRME(b, JEIZENE, SERTR B L, DU ER R o7z, 28 AH
HHELGLTH, Ao REERITRD b o 7z, IERICEHE YRR 27 ) 7 TX
FUE, 2008 FEHR T AIIFER AR T T 4 TICT L D EERAER A . £ 72 2009 1% 2 121F DMD
BT KA AT D TETH D,

[Biglycan (2 X 5 =— b1 7 ¢ U HEBLFEE]

Justin Fallon i3 — hv 7 ¢ OFBLZFHEET 5 biglycan [IZ-OWTHIZEL T\ 5,
biglycan 1%, AIIEICRET D a Vv a s Vb by a7 ) o aiEad 5&KE %
RIELTWD, £, HfREEZBKT 28280V 7 T REOREZIT> T 5, mdx
~ U AT, biglycan $HILR2NWEIICTDHE, VAT 4 VEGEREZEKTOERD
ZPBO N oo, ZO~TRIRL, NTHIZAR LT biglycan Z &5 L7z &
ZAH Brrbur T 4 vORIBEEL, YA MrT 0 CEARBEIELTZ, 72, mdx
~ 7 AT biglycan Z &5 L& Z A, 1 [EO biglycan &5 T>2— hu 7 ¢ > OFBLL 2.5
ez, 2~3 WEEHe L, EROUELR O, 72, biglycan VK LES L7 3
» BRI, HNOBERROSELZ RO,
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biglycan [3¥#E@R ED e P TEKBELTEY, AL UTHEH L THRERISNEZ
L DRI, E7o s TIER 23T 5720, MRz ZiE3 2028 5 22> nT
ZLELT DM S N, biglycan (ST D arva s Uty a sy ki
B & DI DBIAET D720, OISR T HRWERIZ 2B 26D, BIR
7R BB BT 2FERED b T D, £72, b MIHEE TE HHE O ® W biglycan
DEPET A » DREL S 12~18 » A HIVUTFHRETE S 5, - T, 2 FELANIC, DMD (ZXf§
2 A GRER DN S D FIREEDN B D

[A kv 73 R &iEAMRIET PTC124 12 & 5 iRE]

Langton Miller X3 A kv 72 R ZFiAR LT PTC124 IZOWTOWIEE LTV 5,
PTC124 1%, T v BV AERIZE > TERINTEA My T a RUEGARIT L, IEFRT A
a7 4 B EREEERZFRSRS Y TH S, DMD @ 13~15%FF o 2%
B ANy TaRyEERL, EFRVA N T 4 VEREIED D) Z#FF> T Y, PTC124
XZDF e AERE SO DMD BEICK L TCORANEY & IhD,

PTC124 1%, 800,000 FEIE DS FALAMITHONTF otk v ZAEREZ T HRITTIEN D H
HNE D PBRFSNIFER. RESNTALEWTH D, SUEWBEO S v 2~ A v VIZA
by Za RUzGAiRIE T ERR S 5 2 E BB 6N STV PTC124 137 4
~A ORI E0, PUAEME TH ARV, PTC124 OFEMIIZ DUV TiL, Nature,
447;87-91 (2007), &%, Nature, 447:42-3 (2007IZ7e# ST\ %, PTC124 1 X F 72K
ENTELT, BWRRBROBEICH D, PTCI24 1T AETHY . AVKRTHT /=
THTHY, K, FH, Va—RELEBEETURATE S, £/, OB TFOF B A%
BIZkoTRZ 2, MHMERERIEZR EOEBIZHAEZTH Y | BEIZW < D2 O KFER
(Phase )23 5Efi S LTV 5,

DMD (Zxf9 % PTC124 O&RZHET H7-DI12, £3 . ez W72 EZBR Thi T,
mdx ~ 7 AHKOFMAEIZ PTC124 25 L7 2 A, EFRTVA a7 4 LV ORBNE
DO, WIZ, mdx ¥ 7 A2 PTC124 % 8 BRINRE 72 & 2 A, B, Ly A
ha 7 U3FBLL, oA SEE, iE CK b Lz, ~v A, 7y b, K&
FWT, PTC124 OFEMERBR AT o 7203, BMEICIXEERBERIEGED b hoT, ~
7 A TIEFEN T, RCIFBEIB CRIERKISEZR DT, 7 v M THOENEZ — RO 73,
BIERTIIRD LR o7, B N TIEZ O X ) Z2EWERIZERFLS TIERO BT
WS, BEIREREBR T, RIS, BIBIC T ARIWERICOWTHR LT IUZ e b,
F—Ial H ORI, 18~30 DT BIERT 7 4 7ITxt LT Tz, (H, 18
D 30 kLW D RN, HE~KAD DMD Z48E L-EMTH D,) BEBERT T
4 TR L1 A 3[EL 28 PTC124 D5 %17 572, PTC124 DK ~DWIL R4S T,
mdx ¥V A THN TH > iFHEE (2~10 p g/ml) IZHER S Tu 7z, 150mglkg i X
HEAERE LEGEICIE, WK, TH, SR EORWERANRD bivlc, BE Ok
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ENRONDILGE LA ST, W BMRT 7 0 7 Tld, 100mg/kg/H £ Tl R8T
Motz ZOFPHTDMD BFICkRE5T52 L L,

i Tk B R ERERAE 0~ & . MD BE ISk 2 BRI A 5l S u7- (phase 11),
5~16 %D 26 44 D DMD B 7 Z OFRKRBRICSIN LT-, 641X, 16mg/kg/H%Z, %D D
20 4413 40mg/kg/ H (4y )& 57z, F7=. 15 413X UGA, 6 413 UAG, 5 413 UAA
DARNyTaRyE, 7Y 6~T70 DWTNNOTY Y AH L TWe, BERTOERK
AT ORI 21 HATE TIZ TV, 28 B PTC124 2% 0% 5 L, 0% 28 AW Tk
B 72 BRIR T R ORI A 1T o 7= FiAERITEG-RTZIC 1 BT 2% L, GRS OHE, F
EROFM O DIC S LS ERREEIT- T,

B&AD 2 7 )—7 0 DMD B TR L TiE, 3 8FHROB#EZ T PTC124 @
R LTz, MR Z (T - 72 2 COMMALT, PTC124 OREERGFHEICC A F a7 ¢
VOFRBEITIEM U7z, 16mg/kg/HZ##&5 L7 6 4 3 4 C, 40mg/kg/H #$:5- L7 20
AP 114 T, HEHROFHBETCIA MR T 4 VERETEZ, YA M7 4 UBRRHTE
72> 72 DMD &AW EE & LT, A& i LT, /MR TIE PTC124 D53 fiEns F-<
PCT124 O M FEENE@EL L L T2 2~10ug/ml LY HIEh-722 R B2 HN5D,
L7L., 2TCo DMD BETEGH CK MR T L, #5# THRIZEA Lz, BENDH
SEORIER (FHL, IRK. SR 280708, BREFT A ERFITRD b/ h > 72, DMD
BEOWBROFR DA S oIz, PTC124 #54%. Z &L IEOTFEINECRA M L,
PR E R DHENEAD LIz L ETWEE LW, UL, IO OFTRIE, M
TENLOREDOHRTHY, X HICHEMRRFNLETSH D,

DMD SBEIZxT HEREBROMER NS, S IR EZHE L-HRIZE (PTC124 :
80mg/kg/ H (4 3) X 28 HH]) 2387=72 DMD B35 12 £ i2xt L CiThiiz, 80mg/keg/ H % #
HL-EZA, MHPREEITIEHERECTHD 2~10u g/ml (2L TV, [l H DGR
FBEICR T L TR, BIfE, 7 — X DN 217> T\ 5, i HHIC ZEH OERRRERIC D
WTORERENTEDLTETH D,

2, Miller FiZk D 3 SOERNCK LCLLFD X H1cak~7=, (1) PTC124 M
FHIZ XD BWERDS, BREIIC ORI H 0 HiinsdeEd %72 £ DMD £3 O QOL D
TAZORNDLON? (2) LR THORNWER DD 72 PTC124 OFEEIZEDL 6
W2 (3) EOREOHIM, PTC124 # & 571U, EMEGOMEL L TCHETE LD
AN
[z b OERIZ W TR, REIME G OBKRRET S Z LIk o ToORfFRTE HM
BT 5, £9°. Phasella lEMRBROFE RO 28T L, EHRGOEFRERBRO 70D
el 2 2007 R E TIZATV, #r AUNICERKRRBRZBG LW EZEZ TV, |

[DMD (Z%f7 2% 4 FEREHDHT L EFRIE OB %]
DNA 75 RNA ~HRE I L2 DEMERAZ L SOWE OIEA « B E2IT> TWDHRFET
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& 5 PTC Therapeutics ®ft3 Ellen Welch K (%, DMD (2%} 2 75EHK & 72 5 /[ REMED H
5. HLWMEEIIZEFEN L,

2004 45 AMNBIToCWbH 7 r Y =7 M T, - IHEEOLEMOT G, FfliE
FIET D 4 DOF =5y NORBREHET IR FE2RAI V=0 T35 L ERolc, X—
7y b e LT 4RI, TR (RS D WV RIE LS D 2 LI k- T, DMD B3&F Ok
WEE IR T 2R ERFOZEBHALNE RS TVWDIRTTHD, IAAZT U ER
AL L7200 | IGF-1 236 T 5 Z LI L > THRORESCHAEMEES L, =2— e 7 ¢
VR TA VTV UEREMALT D 2 LI ko TR 22 EAL UGN ORSRE A S
HZENHBMNEIRS TS, ZHNETIIWL ODDILEMBMER E L THEITFHZ ENT
&7z, BE, LAY OHEEE LS L DI OV TRFT LT, L0 BRM2ML
AR EBRIEL T\ 5, il bAWERE L%, HEEMaoTT Vi Z2 v
7~ FEB %179 FE TH D, PTC Therapeutics TiL, HIE, KRE TIAAXTF 2 RiEH
SELEW. IGF-1 ZiEHE (LS E2bEWw., 2—tun 74 o Ra T4 T 7 U 2
FEMAL S 2L EHE W ODREREL TS, TR HEEPITONT E HICFEMZR R
ZATVN, 2009 4EI21E DMD B3T3 % Phase I FRIRRBR 21T 9 TETH D,

INHDHEAN LT, BEFERAKAEET 2IHRENTE 20T TIELVR, Fk
I, OHEAIRT s Vo AXy B TR EOWREENHT HZ & TEVIRO B DR
PITZADEICRDEBEZBND,

[NF k B PHEFIZ L 5 s OomRE O U]

George Carlson 5%, YA M7 4 URNRETDHEREHIA IR T 4 —ZRIETDHD
MDIZHONT, mdx ~T7AZHWTHIZEL TWD, ZHET, YA a7 o —OJERIZHH
MIRN~O AN T DA F DA < BIMBRKTH D &S TWe, LarL, FEERICH
N T ADTACOWTERILIZE Z A, YA ba 7 o —BEKROMRME & 5 O mhRkiE
CITEWVTEN ERHL N RoTe, TOZ BN, LT T AOFBFRIBEN~DTEAD,
oAb 7 4 =23 SR ITHEREITR> TRV EZRLTWS, L, fofh
HElZ L o> THMBROZEMENEE TWDH Z EITFETH D, BOWIEEIL, HOMME LY
RRRIZ3 1T D NF k B &2 Lo v 7 P VRERBE SIS LS Tnb 2 e &R Lz, 22
T, Carlson K5i%, NFxB 20 L7123 7T /AR ERBEOIEMHALRSFH Y A b a7 ¢ —3&JE
DIFR E 725 TNDDNE S TONT ORI ZBAE LT,

NFkBix, VA a7 4 VPRI LFEL 1986 FFIC R N7z, NFkBIxd
THIRICAEAET D25, eV TV DG ITIREL S NIIREETHFEL TH Y | MEST AL
ADREGNZ Lo TRIENE Z > TG EITIEH L SN 5, &ML S 472 NF « BISHRE D 5
BN~BITL, SEIFhBEHRTIOTaE—F—ICHA L, Bar2EHEbsEs, RiE
FOGMETIE e IpoTe & &2, MIRIERFIZ L > TNF e BIIRNE LI D, Bl FE
Hp L2l 5T, NFe BORNENTERL o256, SR L, FFRHEE, S8 S0

~
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B, BV v~ TF e EOEMEEBERIET S,

Carson K513, NF k B OIEMHALZHET 2 FEA DRI DWW THIZE L7z, Pyrrolidine
dithiocarbamate I£ NF k B DN ~OBATZ HET 2IEHI7208, Znz&b5T52 LIk
0. LR OMEECHEEZUE ST D 2 N TE -, HFEMREEY v~ T OREHKE LT
BEICHRGE ST 5, Sulfasalazine t NF « B 2[4 53K T 5, Carlson K5 1HZ
o 2 >OFA| (Pyrrolidine dithiocarbamate, Sulfasalazine) (29T mdx ¥ 7 A Dfj
FAMEZ FHWTIFEL T 0 . 2 OROERBNUGET 2 2 L2 %8R L7, BifE. NF«B &40
LTe s 7 IR & PLE 5 | BRI D FEANZ DV THFFE L T %, Carlson Ui,

[ CICOE RO E L THA S TS NF « BEA LTz 7 /URERE % L
THEANTHONWT, BRRBRZIAD 500 LRV, | LEEL TV D,

[DMD (Zx}9- 2 1REH & LT B 1ERAK]

Gordon Lynch 1%, DMD &3 Ofj A Z H iR d 5 VN EHERF T 5 72012 BIEHEE A
HHFEEHFIE LTS, BIEHEIIFALEL DL ) REAEH->CTEBY . EEAICEET
DZRIRITHEAT D2 LI Lo THINICY 7 F VG E L, MBAWE OEMLH 50
IR L, MlaRE 238t L TV D,

W oo BERZEIT, BEICRE MERT I T IREIEREE LTURSHASh
TW5, IZHEFHICHT 2D REERZ &5, HAMmAl L LT -8 7IcfE
HESInszZevdH 5,

BIERZEIZZE NDOZEHE LR Z SE ST 1EARHH Z L vb | Lynch K513 A i 28
DEWT v M EHWTBIEHEIZOWTOERZIT> 72, 2004 £, EhiT7 ~ b 1.4mg/kg
O fenotarel & 4 BHHIMEHEN G- LT & 2 A, BIUIZ X o THEMg L T ek deE Lc
EE LT, Al 16 DA T v K TORER LIRS 5 & R ESCHRMER, BONAER
B LTV e, Z ORISR, BIERIER SRS O ZEMEICx L TR RIGRIE L 72 5 A
BEMEAZ R L T 5, fenotarel (X BIEAFEKD—>TH Y, Bl EHMEWENITHOINL TS,
Lynch K 61%, £ VR L ARO BEHHE (formoterl, salmetarol: 3 (i B DIk
L LTHAINTWD) IZ2WTOWEEED TV 5,

b L. sl E OfZEN O LT BIEMENDIRM THIUT, DMD O X 5 I2fH%E
MEZROLBEITH L THANTHDL I EBHALNTH S, EEE, DMD/BMD £ I1ZxT
%5 1 HOERERBRIZEE I T T\ %, DMD/BMD H#&12%F L T, albuterol Z 8mg/H
X 28 HEHEGMTHOITWD, 8mg/H & WD WREETH>T-DIL, £ DHNZ 16~
32mg/ H 2% 5 S =g B B Y A h a7 4 — O BE TLEEEREE SR bz
72T b, DMD/BMD HBEICK L TITo 727G &Tid, &< RERIEREO bz
Mol T RIBENRITHE LR o T,

ZD7=%, Lynch K 51X, KV i&)7e pIEHZETH D fenotarel DFHZNMEIZ SOV T mdx
~ A&V THE L7z, M (25 g/kg) O fenotarel T, MifRAEY 4 XOHIK, HERE
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DREZRBD T, £, HNFYEE LN, B & ITa< BEENE) -7 2 L ITEE
BRI THD, EHICZOMREREFRBSE TN 2OIIE, BIEARICI-ThEb &N
LD~ ORWER ZH T 2 BN b 5, BIEMIRITERGHIZT TRILHICHIERT S
ZENL, TNOOERERNZIZT 2MERH 5, FEF. DMD BFICIXORE LIRS T 5
VEIIRWDOTH D, £, BZREBOMMEES LIS HLERDH DL, ZDDOMERN~
D ARRIR EDOFETINVENMW VTR S 7 %12, DMD B ICRT D BRRBR AT O 2
EATRBIZ 72 B,

[SIER & HET 5]

i A br 7 4 —TIEAMROEENEZ Y, Z0%k, RIEMBARBETS, A7eA
NIXZ ORIESISZMHITH2EREZFFDL, 20O N AT v A K (predonizone,
predonisolone, deflazacort) (2 &> THESCH R IND Z LICEAGE LTS EB XL
NTCW5D, fith, A7 vuA FICE28WEHS LIFLIEFR® D, A7 1A RiZ, DMD &
BRI LT, N EfRr S E2 B TR EHINTWD, Ll EEOEMETITH
HTIEARVY,

Melissa Spencer 1%, 27 1A NI 2 i EH 2 R oA D5 217> T D |
TIERUG S HITITRBOHEITICEH9 5, CD4 H 25\ T CDS Bk T flfa, Bkt 2
B S BRI OV THEAM LT D, DMD B#EHX mdx ~ 7 ADOfFkICEB VT, Zh
O OMBIY A NI A &R URIE A S8, SRk 21T S8 5, /R e e hClE,
IO DSR2 6 S 5 72O DIER 2 ROSTZ05, DMD B Tld, OIS HIE T
&<y BESIEZGISEI LTWD, REMZIES D WIEHRL, A b A
VEES DL Lo T B OLN - B LA S 2 LN TE DD B 5, BUE,
TKB SNTEPRIERNEBAATET S, b L, T OPIRIERKD DMD 2k L THZh D
ThiE, DMD (Zxtd 2% & LT FDA OFGEER2 D%, FOKREL/L L L
DRSS THD,

Spencer KKOWFEZETiX, BLFD X 5 2 3EHI DY FIZ DWW TERRIFSE 21T > T 5, B
Vo< FDOIREETH D CTLA-4Ig X° Galectin-1, /X—F 2V LIRICKT HHURTH D5
asialo GM1 k7 & Th 5, F7o, B Y U~ TFEDOIRFEE TH D Remicade(Fd i),
Enbrel(B AN DN T, mdx vV AZHWTEREIT-> TS, ZOML, HFLRIEIHKD
H—2y hELTNFck BREEZN, ZHUCE L TiE Carlson KA L T35,

Spencer Ki%, EIZ, AAT AR F oA mdx v~ 7 ADMHPATHEML TERY, oA
ATARF U ERBLZNWEHIZ LT mdx ~ 7 A TEM I OSE, CK EOK T 2R
2l D, ARTARCFUEETHZ LICE->T DMD BHFOIEHNTE 5 lHetk
DD EBRNTND,

PURIESEDS, AT rA R s DMD IZxT 218, HH5WE=/7 Y A%y B
TR EOIERE DGR E LT SN AT, BB OBRIFIENLETES S,
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[ A2 & F U REEH 2RI

SARZTF UL, 83T5 7 X TR S LA EH T, Afliia CARB S, M DR & iR
TOHWMEEFD, ZOIFAFZTF U O@MEEANET DI LICL-T, HeHEIE,
EMEAET LS ZENARRICR20E LR, E~T A TIFAZT U ERB LN
EolcEED &, M. BLO HIfHERSER L, MENEE O 3 FInd %,
SFRE T UBBTOERIZL > TIAARAZTFURRELEINTZ T I, ETHHRER
vkl h, £, IAFARAXTUDORKIZE ST, HAPBmIZIEK LA XL ALE N
TWD, Y 2R, IFRZFUBRFERIZEL T, EFOZELD 2 FOfi&E
HO 8EENHET D, ZNHDOZ EnD, DMD BETH, IAAXF U ERNELsED
ZEICE ST, HOREEZHMSELFREENRBE LN, IFRZTFUEX—F v &
THHETIE, BIETLERAKREEET L Z LI TERVR, KEBEOB MG TFRECT Y Y
VAX U IIRR B EDED T LIk o TIRIERSI R A B LN D ATREMEDN B 5,

Kathryn Wagner X 51, I A AFZ T U 2FBL L7220 mdx v 7 XA ZBEICAER L7 & it
LTW5, IARZFUARBE LAV mdx v 7 A%, L0 EFISEWGHGkgEE 2L CH
D, HEET FEO” mdx v ALY RN, IFAZTFUHEBEIRLHICH LT
AIOEL R, IFRZF U OERNTEBICRESND ZERHALMNERoT,

Wyeth Pharmaceuticals & WO R LW H LT, FLIARAZ T UHIERTIFAZ T U
EEHZ o Myo029 OEERBMNBIEITORTWD, ZOPRIIRERIGE ] &R S
FLMPRE FICEATE 5, BeMELEHREIZOVTHREITT H7-012, 36 4T 23 7 L—
T T BENTZRAO Y A ha 7 o —BFIZR L, £hEh, 1, 3, 10mg/kg ® Myo029
Z 2 HE 2 LT 24 WG DR AT o 7o, RS i "R o&E 2O T
IZ2Tholz, TXCORE, MK T Lizth, RKHRBERRBEREINDG TETH
5, £72, BRI GOMBENREE TH D0, BT VREHOZHFZENGE SN TN D,
A RE T ERET D IEAN OV TR Z D T D DI Wyeth #7217 TidZe <, o
RELHFETTOTND,

Wagner IFR&ZIZ, LTO X O 2% A42E 6 L7z, [DMD BEFOWMEIL, IAAZF
VIHEAIE SN DEA v F—Fy P THAT L& TERY, A Z—xy N THRDY
o TnWsbDIE, BRRRE SN TELT, IRPRNWIET TRIAEFRLOSZH
DNBTE, ]

[BBIC 1z 7' 07 7 —E&#HET 523, Myodur(C101)IEZBHE L7200

Lee Sweeney K b1, 7'm7 7 —EBZHET L &V 58 LWMFZEIZ OV TiR~7z, DMD
BETROONAMHEMNIZIX, HEEO 7T 7T —EBXo L v AT e T 7 Y — A2 K
o> TEMAL SN D I SA e EOEASHEERDEG LT 5, DMD B3 Ol ¢
FTA M7 4 URRIL T2, MIRADNS IV T WA F DR TR LT <,
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Ko ThON S oMo T aT T ) —LEiER L LTV, T ar 7 —8 Sk
EROOEHSE LT RELGHHENTEMETTL T X V@b IS BBIC 23 H 5,
BBIC 13/KIZIE T 5 <, RRAKGNARETH 5, MMM AD 5 <, BiEEO 7 a7 7 —
Yol ZHETA21EH 2>, Mdx ~ 7 22 HW=FEER T, BBIC & 52X > TH®
P S TE Y | predonisone & [F U X 9 ZREHANGED HiL7-, BBIC O E 5
IR0, HEBLOHmAOEM, CKEDIKT, $HE o 28Tz, £z, foiEkRE
FITHRAVBEICERGE SN2 ENH DL, RELEMEDEWIERTE > 72,

BIfE, Fishbeck K& NIH 237/ LT, Phase | DK A 158 D 21T > TEY |
FDA LV FFai & nikE, B2 eT 5 TETH S, DMD EE TH mdx vV A TORER
LRI &9 RFERDBIGEONTGE . FOEMN DT 5 ARt & 5, BBIC 1X, KEnb
T ST ETER, o7 e 77 —ERMBEALZVWE ) ITERIN TS, RO ZERE
BANTHERITAR,

—7J7., leupeptin I£ 3 7 2 VR HRLD . B SS IERAE TS E2WE L L TRANC
BREINTZHDOTH D, CepTor #L235H%E L7= Myodur (%, leupeptin & /v =F > &EE
LTAbEM T D, IN=F b AN O &E 2 ET S & Michele [KHIZ K> TH
HEEINTVW5D, Sweeny KOAFFEE Tl Myodur ORI HOWTDOEERZIT - 7=, FEFIL,
P72y b Myodur (2 X DR 8 HHE#%. leupeptin |2 L A1R5F 6 W% OME TIX. #
OIS EINTELT, £/, Hi~DFX A —UblEIN T o7, EEE Zh
HOFANZ Lo THNNA I FEEND IV S, LA, EERLEN TN NRZF
R ED AN VHER T BARE ST, 731 1L DMD 12k 2 1R ORERY
LRI VWL S TH D,

[EERA G R BRIZ >

TAVI, AFE, XVF— A Z2VT Avz—F 2 TAEBsF A—AFT Y
7. A RO 22 5FENABIN L TV B [E R BEFE 2 L —~ (CINRG) TiE, DMD 2
ST 5K 21T > T 5, Diana Escolar KIZHiT& T L= D, KO, BIEfT-> T
5 HDIZON TR,

Escolar 1%, 9 CIZHLE L THEERIN TV D _ODKREEBRERICOWTITE L L
nole, DEDIFIZ LT FUET AT I VIOV TOREKIETHY, b0 EDIE
oxatomido ([ZDOWTOERIFICTE N, E6 5 H 457 BN S Tu ey,

Escolar [XiZ. pentoxifylline (&5 T DEGRAFFERE BAC DWW TR AR72, 17 44, 4~T 7% D A
THA RE&E5 I TWeWw DMD B#F I3 L, 12 » H B2 > T pentoxifylline (2 X %
RREAT T2, WOWHEEZ T = v 7 LZOMEEHE LIz, 8 A DMD HE# 2 [ ks
ZFEIE L, BRAGRBR A MEBL L 72, 14RO pentoxifylline #5-%., #7108 D HAED S
PO LIRS T2 TEROEAL BB B dr o 72, pentoxifylline [ZITFEIR 2 ZE(L S
WOLEMZFFORREMNR H Y | LV HBEOKRE WEEKRBRZIT O BER B DH, £DH%, Tk
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PLETHD 10m VL BT EEZ: DMD B3 64 A& x5 L LT, —EHEEREZHOWZERKR
AREBRTTHONTE Y, 20074 12 AIZKTT 52 TETH D,

TP A L QL0 IZOWVWTOFKRRAR YL, T~11 B TATHEA REHNRLTEBY, BT
FIREZ2 DMD 4 18 4 2 xR L TfTbhiz, 2= 1 A Q10 % 90mg/kg/ A THe5-Bikh
L AP 2.5 0 g/ml & 725 X 912 400mg/kg/ H £ TR EGBEZHETH &\ 9 HIETIT
Pie, MPRENE LR 1 4 TEBEZROTN, TG EZWO T LIERITSGE LT,
ax YA A QIO I K DIBRICE - T, BT 7.3%HMN LT-, Z OWFFEHE R % FLIC
120 4 DBITARRE & 72 o 72 10~15 5% DMD #8545 & %t 512 BUERRRRBRA D T
5o 4ODODTN—TIZbF, ZNEi, 0.76mg/kg @ predonisone, ML HEE 2.5 g/ml &
ebax WA A QL0, 0.75mg/kg @ predonisone+flLF i 2.5 g/ml 72 b a2 WA
L5 Q10, 7T ARE 12 » A H &5 L7,

TS DRFIRRER O F A R AT RE RUL, DOV RERESIND TETH D, HFHIZO
WTIE, www.clinicaltrials.gov. T4 Z &3 TE 5,

B%1Z. Escolar FIIBUEE O LN HIERIEICOVWTLL D X S IR L,

DMD E@Zlr&ini=6, T& 57217 5< predonisone 0.756mg/kg/day., & % I, flazacort
0.9mg/kg/day OHNREZFIET 5, 7ok, BEBEFEBEICEmMNH H5E51E, KEIZOW
TOAY ) T HZTEHFBREY, 2~4 IRORFEMNDO AT v A FEEG2Bn L7
B REEINZR EOMENBRBENLGER DD, BEX I D, ANT T L @F LRI
Khal)—of%E, ZLT7Fv bg/H., ZLZI 06g/HGY 2, 2= H 124 Q10
200~400 mg/H72 X OFHEHE XD, Lol kS, 7/4F¥ =2 protandim ® X 9
2P LA 722 L3O b,

<FDA I ED L 512 DMD iZx4 5 EZB/AITHD0n? >

FDA @ Orphan Products(F/in & L TIERRAI ST RN, —H#OE-BIZ L << & &
N TS BRI HTE L TV % Tan Nguyen Kid, kDX I ITHHA LTS, Rk
DI D P2 FFOF RO BEOLPEVL & 2 FDA 12 L < B LT 5, FDA X, DMD © X 9
72H CHEEREBOIREEOBIEL, BEREORERITH S BREHAHEOBIIZ ) Z2 il T
T,

ANT 7= AT IR F UL STT AU B TI0T NDOBENKE LT-FFD%,
1938 T JC R DEFRBUF OB » b - AEFES 24 O AT FNEICR T Z &z o7z, L
ML, 1962 % T FDA IF- B OL RN ZGHAT 5 DAL OETH o7, U F~A R
Ko TRA YT 10,000 NPL EDEFEZF oo RN EEn%h, 72U BB TI+59
BRBEEVRT T — 2 B o T2le DI T OEDOB A LI L, RERPEHELITLA LN
TW5, FDA IZEBT 2 FEOFE A OilaFE X Kefauver-Harris OEIER DI T 1962 4 10
AL, BIRICZAE L T D, ZHBIRE, BGEE 72 BITiE, MOZEMEZT T3k < FDA
MIEZ R LT-14&, m%fi"kkﬁ>ﬁhéﬁ>%%ﬁ@”5%%ﬁ%*&)%%L'(b\é
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non-orphan drug OBFEITLL T DA T — V2R RTIE R B 720,
(1) KRB A D AN FER T 2 ERESEY ER O, £OREM, AW
WOTEVERE . ERUL Z Rl 2 7201 P T 6.5 FOHIM & 100 5705 12,00
T RIVORRE DN D,
(2)  Phase I OERRER, 20 205 100 NORFEART 7 4 7 &2G & L, P 1.5
FEPTTEDHEDOE b TOLEMEZTHET 5,
(3) Phasell ®EFIRRER, 100 705 500 ADBEZRZ L L, S 2 M1 T
DO &, LaME, DREZNLT D,
(4)  Phasell OEfAKER, 1,000 725 5,000 ADEFZ G L L, Y 3.5 [ H
FTHEOL ML RIS DOREMHET D,
I 3 BB DERKRAERIC ) 5 OB FHIF 15,00 HD 3B RV THL, DED,
BHFEIZ 70700 2 IR C 15 45, TR 1T 3.6 (8 FVIZ72 D, —f%IZ 5,000 DALEH D
5%%W’ﬁﬁ’ﬁ@é®ikoklofbéDMD@iﬁ&%ﬁﬁKﬁ@ﬁ%éﬁ%f
orphan drug # B9 25720121, W< OO BEBEITEICZ 2 B0 LivZewn, £ D7
D, BEEDIR %%L“Cb\foﬁ%fotfﬁu IEWTIEL, b o LEIICHIG L, B EREL
PR D3RR S 7 T e H 720,

EERBTOMIE N5 T L7z & & | BA%# 13 IND (Investigational New Drug Application)
Zits L. FDA 32 OFEAE AW TR IEOFF Al 2 3, T X TORRIFED #hk S 47z
#%. BH7F 13X NDA (New Drug Application) % £ &, kIR 1S COIRFERATIZHOWN
THEAIND, FDA OB A O T, BKRATOERT — % LERIRT —2 Ol % ZE L
TEDOEOLEEME L RETME D, Z< OHAE. 2 OWEE TIIHMIT—FLUNT 10 4
RVORENMLETH D,

Wi 5 orphan drug (137 A U A ENT 200,000 ANLL T O 72 5 E TR E S LA\
b5, 7 AV I TIEHALE 10,000 A® DMD FERE1B\W 5, DMD 13725 E THY orphan
drug O EE 2 HiLd, T TIZ 6 2OFAl(mazindol, oxandrolone, PTC124, 2-O- £
FNT o Fr A4 T (r Y A%y FIRFEIZHN D) | leupeptin, idebenone)?s DMD
WZxF L CRIRNH 2 0B HiL 72 orphan drug & U CEMIZENR > TWD, ZOHIZET

TIThR % 7B CERRA 2B A PRI s 7o b D b H D, ZHET, FDA X 300 LA ED
orphan drug %) 180 OO 72 RBIZFE T LT\ 5,
122477 orphan drug Z B3¢ 7 % & &, orphan drug 25 E T 2IBEICB W TE KA ME
ez T 5, (1) KRBT D 50%DOE HETBUNOFENbE LT oD,
(2) FDA 3B L TW A i~ Sk O kr, (3) Mid TORAIZIZ THEMOTET
O ERHE, L ED 3 THD, B3I E - Tid orphan drug OFEFNIZH D5 E HIE—HH
T 40 J7 /b, 4 FHITIE 1,60 5 RS S RS 2 b IXERRERIZ 270 2 B I TS
HEKA T 5D, Subpart E approval 5 2 & T, H25 7 —ATIL 3FLINIZEE R 2 B
BTHZLHAMETHLZ EIEIHOLNIEINDLIRETH D, ZHULEICH57 Phasell O
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BRI TEDOFE RN IS W TIEZBAIT 2 2 L TAlRE & 72 D, AN RIGEIEDSMICAFAEE T,
BN OEERIRECTEMOBRIZE L INTWVHEFIZROENTADLN, HFIEOEFTT
FLERBANLI N TRV, BRETHYZRETH Y £ 5706 OIFF R RBLEIC L BFIC
BeH3 52 LRtk D,

Nguyen KIZEFRAER CTOEEOLEMEDOHRSLED DR ORI LR DIZT L7
DIZ, Wiz FDA 2 3EDBRFE 2 EE 2 TV D IS DWW TR < #im L Tz,

“Orphan drugs, too, have to be safe and effective.”

Nguyen KO 7 LT —v g VHEOERNCHT AREIEOHIZRDO L 5722 o083 H -7,
O “Bfx BN HHET D SFEDOT TR A4 Y D03, HFEL L TTRTORR
DBFEE R T IUTR SRV OE I DOV T, BIFRTIX, R Z LIS
2R RO —DORRAI DL E G LD THIUT, ZORNHIE, W< HOM
DML A FIHET D DR K VDTIEARWTES 573 DMD B 2D 2 LDV THR
EREART R ZRERADEGTRLUTLSND Z ENBERTIZRNIES I D7
“FDA 1% orphan drug OFE2FIZDW T, ff1d non-orphan drug & [f UE L~ Lo
ML AINEZRIEE LTS, RENRERETH Y BEDOBOERIZ FDA
ITBURIZ o TS, ZOREREIE, HEX ALV A7 BH{ATD
MDA ERZ PRI o7& LTH, 2 EEWHff-snd b, HE
RIELRDOTHNTRBAI THS THTSICFHREBIZTRELTZNVENI HDTH
%,”

Kate Bushby KO E A5 HT 5, BRI H0OHEFEZEEREIZL THT RN ENWT 2
WEWH ZEEaoTHET, LAl BEbiETRTol 27 2 5/ME LT it
DEFA, BELLAMTIERNWTHAI EZEXDONLBDE 6 IKDHDOFITHEKE L=<
THY EFHA, 72825, DMD 2L > T6mDO BB AMELD L) Z&IFR0N15
T4, Phase I ORI TIEMRIRHRICONTHOLHEEZT 5 LIFTEEE
No ZNENDAT =V TR STRERNTET, HoTUILL AWV ETTR, E2h
DAT—VTREMERD Z EIFEBITITR Y 552 LAR0TYT, BIEMRZ bz
V925D TY, L, Phase Il DRICEZ N HE AL LT Phasell THEMRARHRENRBZ S
L TOEFITEMICRBE L 20 £3, IE<SHFICEZ RO no ThiTdmE o7 nt
AR D MERHY £, TOHEDH, TORELELT HEHERTITUEKEGTDZ
ERHERET, bLb, HBREVBZFOTO Vv RAEZEMK LY, MiE-T- 7ok 2 &/
B, MBEAZEILICL TS ZLIZRDTLE 9, —DOEDOBFITITRZ 2T 2 &
WRHDH L, TRTOLERGERE —EITRDDLILEND Y £, L7272t 2 TR
A ST RBRE VIR OIGROMIC, RTLETRWI EHIT L5 Z &id, REEM
ZLTYT, TOXIRIFEDBICHE EF RN ENTRNWTLE S, FLT, ZTHWBITE
DEEZZITAND Z LIFHPRARW L, HABEZICELICY A T5TLLY, Z2OX
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IR EFMEIZH EDVFET, BRTOBIHERIBELL VIR IS BRI ENRBNIR.
Wo2WNWE D LETH, FABITEREREEO ZMEAOMm T L TCEERDH LD TT, ]

<TREATNMD : a—u v XiIZBIFT3F%y hT—27 >

TRV A Mu T 4 —We (AFM) ORFET 4 L7 #—Th 5 Starge Braun K73
WIDIZEFH 72 B O AFM 2325 BiF7e, 1958 4RIZE%NL L, BIfE Y 7 AENIZ 75
DIV =B —EFD, BE 12 A O 30 Bk SEEFMTHON TN D, 1987
BAZT AV I DOEEFRMAESZZIZ LT Jerry Lewis KOEB TZ OREEFMEHBLT- L
A BAEEHIET TEEEY L4 B NV EE D, 2%6%@%A@%”ﬁL7%PwT
ZD 9L 88,00 Ji K/VTIMREMGIRBDIGIED 12D DI FRE IEbNTWD, TOHITIZT
fUﬁ@fuyx&F%@&um@@%7uy;7bﬁhéo

Braun KIZLLTFO X ST L TW5, #RERBOIRE, 2, BE 77 OW%icEs
NWTEH =1y NNORR A OETAZ AT ITHE L IR HR T e nwZ & 2E 0
TIEHLIDEERMERITRD 26 DEBITH T 2O T TOZ T AR T2V RIS
AFM o g —o vy ROBERBEBKROL LHCR>T&/, AFM OB TH S
Francoise Salama (213 DMD O3\ 5703, 72< SAD I —ua v Ofpfi]eE L —#FiC
I—n v REERCe E—FEHAITV., ZOHBICBIT AIESORAEEEER L, 2
DOIEFNTIRAEEI L, 2004 FFIZHEES Lk y FU—27 & LTER L, ZOFy hU—7
OBEMIIRDO L 57 b D ThH D, “Xv NT—2 ZFKT H /35— N —EOWFSEEE ) & 4R
FIC & DITABRIICHES LI ITHMET D & S IR ERIEFRCHIN 2 I — 1 v XL ~ULTH
T 5, ZHIC X0 Rk Rl B WD TR b EIIC b B L 72 b 021D =
LEBbTHILE, ZDd L, §w$ WEZRTZ o717 F A, TREAT-NMD 78 2006
12 BIZR@RAT &4, 5 ERIT 10,00 T—r (K 15,00 7 K/L) O FHERNR-DOE 2007 4 1
A b AR IR IEB D 0 E o 72,

ATl TREAT-NMD (ZEH L7=F% > T —27 L7220 | ZOEBNT T, FEAEEBOH L
UWIBIR DB 2R 2 7o OIC B ER x e BT O FiE A B S, BREECERIR 0780
Eihle s BEOR THMEN 2 LA LT\ 7EA 9,

TREAT-NMD O H &S IEA £V AD =2 —F ¥ v AL K¥ICH 5, Kate Bushbylk &
Volker StraubleMHLE 72 o T T AARAT AT AKF< ) 72 IR HITO T KA 2%
H3dH Y £9°, Websiteldwww.treat-nmd.eu TRKE- < SADF R BEINTEBY . A
— U7 U R RNMI#H- TS 1,000 ALLEDFITHENZ = 2 — A& FIT LTV D,

Kate Bushby (KO LE LT — 3 > DRIC T&HIO 6 » HO TREAT-NMD D5 #) |
L LT Braun RIC X BN TONTZ, £DOHFTH - & HKY)7Z2 TREAT-NMD @ H 1Y
WZOWTUTD XL DTN BTN D,

(1) BHEMERZERDE & [FERIC DMD ERMEFH VA ha 7 4 —IZB8WTHHERS[EH
B ERtE L T 2 &,
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(2) BERRBRZIE LTV a—FT 4 XA M L7235 LTk o T RiRRIE%
AT HZ &

(3) EBEMZRT — 2N I 5 EH 2 LIC ko THRIZBIL T D BEEFET =
&

(4) BERRRBICIBWNTHEAEEIT O 2 & TR R 2 Mol L i Tx 5 &
2T HZ L

(5) BWrEr7ToOmEICBNT, EEREELERSES 2L
(6) W - ZWr « F T IZHOWTERAOERE T X COBE - Fifk - lnEe 2 —7

SRS A ESE D Z &, o BEZZ T TORWHIBIZ TR ICE M S 5
&

TREAT-NMD (Z1% 21 OIEFEBR 8~ =085, — K%, BEMIEK, BFOR
R, NA AT 7 /e U—EStt, T LTHEATHS, d—a v IER-T
FAELTEY XYy NY—2OHMNESET 22 ENE—DEETH L, HHRhD 7L
—7 BRI THEBIL TR Y, 2 OB/ COF 2038683 5,

Bushby KIEBILED &R FKIZHNT TOIFBENZ DWW T 4 DOR &2 TP L=,

(1) TTICERBESNTWD O & HhE TEBENRBESRGEEZITV., Thicky
IR BT 2R LS Rmae <0, a7 —2 70
BARSEBN R IND L OICT 5, 2k, REIBRR TR AT
THRERLFEROBEREZED VT =Y 7 L0 i L2 0 5 iR
WY 7R BEEZRET D ENTE D,

(2) TAVADT FT7 2 IZHL5EFEHE % — (CDC) LWL T, btk
WL T OREEAZ X —RELTHNTDHZE, 2O Y7 NI
T T E > TR BEOER EASEOMmEOBEHN I A—E N TND,
TRTOERE S Z —IZBNTEDT RS A TNETE D LD ICF
EDRHENL S RIZR B 7R,

(3)  REIRFBRICIS T 2 BRRKE RO G IE 2 R T 2 2 & BRRZE LI &
NIRRT ST, 250U —27 23 v 7R 2007405 HE 6 AICBBES R
77

(4) ERRFZEOIEFRIE % — (CTCC) 2 KA Y DT T A V7 REPITERNL S 4,
RIERARE OB ORFE &) LR 75 B BT DRSO RE O T R
WA A% LTS,

TR T =g OREICBushby KIZLL F D XL 922 A > b Lz, TREAT-NMDI(x
DMD & AR & o THIME I FL2ED D HEFL LWV LD LT,
TREAT-NMD® == —% ¥ v ZA/LOFELEFTO A —/L T N L X |Tinfo@treat-nmd.eu T3, 72
NBIPDA A NEWEET T 6ENTT, |
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<RYERRELFZEPLELRDN? >

2006 12 Kevin Flanigan KT > v F 7 4 OFETT TILER O L[FARIZZ ¥ KT
@ Robert Weiss KA [FIE L7-, Z Z Tl Flanigan KOFEO TR LT LUV MERZ N2
TRT,

DMD #3501 5/ DRITBIn R ATV, BIn T EREZWEICT 208 B H, KR
oA bu 7 4 =72 EMOBHEBIZBWNTS DMD & K< E7ERZ 72 THEELH D,
BIEFAERIZLSTYVA IR 7 4 OmRNA B7 L—LAV 7 FaEX72F O THiE DMD
ﬁﬁ\7V—AV7F%%kéﬁ“ﬁfbthMDT%éoE%Kﬁﬁ%%%%ﬁﬁTé
L TRHREOFESLCRT OB LV AR FHRKREZT 5 Z L3 HKkD L, DMD Of%
KEMR B HK D, HEIC, =7 Y 02 AXy 7IED, PTC124 TR by 7a R &5
HERXLIEDVTDEI RN ONDREEMD H 58T LUVBRERIEDS IS &5 E 5 hEf
WrdD7-Il2iE, VA a7 4 VBIEFOERIZOWTEELVERSMETH D,

Z@{E‘T‘@ KRRCHEE & M ERT 5121, BIE MLPA 75 (multiplex ligation-dependent probe
amplification method, MRC-Holland #t:® Jan Schouten FCDBA%) MV < ANV (R EA
%o ML TR & [FAERIC MLPA ¥ CTld7= - 72 5~10ml O i T+ 7238 s 1 % [ ER
B T2 k#m%iﬁo%%%ibébéﬁn%_<éﬁgiﬁ<\@%%ﬂL
TWeZdhE+m<Th s,

Z O MLPAEIZOW TR FIRZ T 5, 19O A ha 7 4 VBIsFOT 7 Y
IR L CENENFF RS T 27 T4 ~—%it 158 WD, G Lndzr VR
FHELTWARETIZ, THA &N 1 O T T A ~—13EEIC L > TE DR RS

IZ#ES L PCR RS TEDO X7 Y &R T 5, YEIRPFEM ITESIKENC K> THREL T+ —
MZZOE—IPRAEND, bLxIRERDLIZT VU NRELFELRWVIREETIE, 77
A ~—lZ= s Y ORERNEINFE G T 5 2 LA KT, PCR G THIE ST 2 Ok R
Frv— h RlZE—=Z7 34 E 020,

ZOBEETIE DMD B0V A M7 4 VEBEBEFICBITARKREIZIEAEOEEZ R
DFHT & tlu“j%éﬁ —HEREWA Y S RO 5 Z ERHRETA, BERNRLOERD
AL TH Y | FIEHE O DMD EH O KESCEEINLNA 5> TR Th, ek REZE
@Vx%D74/EM%®K%@E@%%O76_&@f%éﬂﬁbnﬁwo_®ﬁ@_
DIRELEDO R bEN R DO—D2Th D,

L2, REBRSDEVIRERTHoTH—T 7 VYU DHDRKTIE, =7 Y U PERE
IZRK LTV DHIEETET TR <, MLPA k07 7 A4 ~ =063 DTS, — A E R
FELTWDZERHD, bz &b MLPAJET =7 YV OHRO KRR ERE L T
5L &L, MOMEBEFIEICE > T—2 7 Y U ORENPAKLRDONHERTILERND D,

MLPA {ETRENRONLRWEGEE TOBE T —HEZRNHL00b L,
SCAIP £ (Flanigan ) ZHWIUL, T8 AERRESH/NRRE ~FFA, £ brr D
AT TAAYA FOERBRERST LT ENHRD, YA MR T 4 VBB TOTXTORE
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BIRTY I E AT TA AV TN EERA v buy—x2 Y UERERE TR THO T m
T —fEOKS|Z PCR THIE L=k, A L7 br—27 =0 2% DT — L E 7
EOERE BT 5,

EfECHHRN R A a7 4 VBEFOREE TR LV OIX, BB 1TFv 7 a2s
BWCERINT~A /70T LA ThHD, CETT [ZOWTIHRDT ¥ 7 X —Tn om0, 7
N7 2OTEY —KRETHBEB Ty 7 E2HOVTEREERERLS L, KERXEK &
B, T L UNSRERLREINTWD, oI, HEMZREKRMZEFTOR Yy hT—271C
Lo THIETFF v 72 AW REEP RIS DN D 5,

b omdEE (MLPA, SCAIP, a7 v 7E) I2L - T 95~98% DB s - R %
RO EMNHED, L, DO 2~5%DRFIZAST 52 LK, b L,
BE I 552 DMD X BMD OSERA B 512 6 00 b3, MR Clltfs 1 0 52 & i
DT D ERHK A hoTo L FIZIE, HEREITWI A b7 ¢ VEADNERIZIIFEL
TVWDEONEIDFARDMERDH D, V= AX v Tay NMEEHWDSDETA a7 ¢ ViR
HOREXZE2MDHZEHHEDLN, VA a7 0 VEAIIGERGZ T 5 LM TlL-o
TV ERZLTOEFILZLLDHELZ LS HWD, AR THEEDHMEZ RS L, DMD
O BE TITMREBEIIREWEADO E E TTR, #ERAOHHEME TIIEANICHALIISEED
LTV %, BMD O BFE TIEEAHINCH 2 W 2380 5, 7 A 7 V [EFK YO Johan den
Dunnen K1 DNA OFEHR7ZIT TII mRNA LV TCEDO LI R ENEZ > TWBEDhE
BT Z L3R+ THD, LB TWD, ZO7H, TorFrAF Y T HnicT
I AR B TIRBEIT O N E I D ERDLOIINETH S, MESNTNWDLT —F
TIHRKELIZEEOEGF R 2> DMD OBRED I H 5~10% Tl shs &k 9
RERIIAED Z Ltk v, LEoFENL =7 VU ARy B 7O KD IR BRLA
ENDHANTIEL, FFLRED R R 2D mRNA 24l L, RESEENEZ > TnH 7 LA
I RA L NEABORINZH R TELSRETH D, AT X T Y AFx y TOIRFEEAT
IBRIZIE, T_TD DMD DHEE T ED Z & ZFHANTHITND, SHIT, BEMRY
TV AFy TIRBEOFHIICHWENTWD, RERER O Y Y Dtk OMERITRE
LIZE#BDOT T ) o ORGIOEIEL 7L —A2 7 b5 2 L < AT %5, mRNA AT
THZ LWL, AT TA VTR Ty vy = Y o OMIZA v ba i3k
STLEI L) RFRRBLEFRFTEZROT L Z LIRSS,

< CETT(Collaboration, Education and Test Translation Program : 7 L \> DMD &{z ¥
Wik DERD R E > TV D >

Zo7rn 7T AIeEe ) —K%O Madhuri Hedge [KIC X » Tt &z, —o7n /<
LIZEIM L TV 5 #5kIZ. the Centers for Disease Control and Prevention (CDC). the
Office of Rare Disorders of the National Institutes of Health in Bethesda, Emory

University in Atlanta, the American Society of Human Genetics, the American College
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of Medical Genetics, the Society for Inherited Metabolic Disorders, the Genetic Alliance
Thod, 20707 T 5T, WREEICKT 2B FMTRERD . BRIR OB IC+40iE
ENTWRWRILZSET D HAYT 2006 124 E -~ 72,

(1) R EWFROM IR EZRILT 52 & TRIsFREDE LM L35,

(2) BWRT —F =T H 2 BInlEH & BRIRTE 2 I LTRRAFFEICRAL T 5,

(3) MAKPEOIA RT74 v &mESED,

(4) BECRILOFOEHRE BE - FIE - BIRIEFE - £ OMoORERE IR 2,
CETT® A — A~ — V[ dwww.cettprogram.org. T 5,

DMD (% CETT 7= 27 Z Lz AW T, FRK - WHJE - BEHERED 25 Tl Bk 2k L
72D TDOITN—TD—>Th b, 7t MDA @ Jerry Lewis F<° PPMD ® Patricia Furlong
KD X 5772 SADHEFEDOE N L > T—RITRIZT T, Ty b OBIRFRIC
5 FE T, [10,000 A DMD EJIZ & > THMARMET, a2 nhEE LTS IT20T
A SE D 2 Lalkic, CETT-PPMD O HBMKIC K > T, T=F U —KFIZBNT, &
ot F v 72 Hve DMD BARFEITEDZ S L FRMRT ] Lo RAOEELH
BzEER L T\, BIETF v 7% Mz DMD #15 FMrEIT RAESH L /e & ¢
BB, BB ITOWTIE, BRx RBUn AR % Ff-> DMD 83 £ 723 R K#F Ok % M
WEBERFF Yy 7 TRELIZEZA, TTICHLSNTMBELE L Fo <A CHREZ/Z
L TCHER SN,

<H LWEETTF v 7 &AWV B TR >

%2 5 ClE. Hedge K2 2 DD EZFF SO Z O LWREIEICOWTCHA L, AT v
71 T 220 HRHEDO VA ha 7 4 VB FERIZOWNT CGH IETRET 5, 2k
VY VORRREEEROTDHZENHKRD, AT v 7 1 ICBWTREREEZR
ot ON AT v 7 2 12H#Te,

AT v 7 1.

Z 5 DiEfs 7T~ 7' 1% Roche-NimbleGen Systems fEIZ L > TiESN TS, 1x3 A
F (25x76mm) DOH 7 ARD 12, #1140 O DNA AV IX T LFAF KR AT LA T
LA BRIE IR DM S 2 Jiffic L > TR S, Yr—74Y 3L LTHAIELL
BEINTWD, 7a—74Y 213 45~60 LD KE I TU R a7 4 VBB T 220
R E 2 IS L TWD, r—7F Y T3RO ETHBMICGLERESNCEGR I I
%o BEMNSLD DNA 5L RIKIIE IO, 7r—74 ) 3 LIRIER UK S|k E
NHNEFETER SN D, BEHFKD DNA BT LA ETHENRRIO 70 —74 ) I &
FEAETHE, FAMEYTHZ L THERIBRIZLV EHKES, b L, BHEOBETICRE
Mo HEEIE. KK UIZE A 2ES O 7 0 —7 4 ) FITFHEET 2L O0n |
HEHDZ LTk, T u—T7F Y ARFEE L TV DEIIREFT RN DT, KK
DEEREHIRT VAV RA e REGWVKETRETHZENTESL, W DDy
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VURBEELTOWDEAT, Tu—7F ) AT 2 H R CEMR S MR %
HHERIZED 2HEORIONEHIOZ LT D,

ZOFETIIMERZEBMCFHMECE 5720, KESLEBEZ DMD ARG 721F Tzl
TAROVA Mu T 4 VBB T EROLMEICBOTCORET A2 ERHKD, 0%, BB
FF v T ORAETITLMEDR DMD ORKFETHLNE I NLHRLZ EBnHkD, 2Dz
X ERERBBAHRICB O TRERE CH D, ZOFETITRETFAROERE HOT 5
ZEMTEDLDT, RERREBEDIEMER T LAV RA LV NERIETHI ENTED, %<
DEE, T —0HRA L NOBOEKDVITA Y ba v NIHFETDHZ ENZ N, 2D
LIERIC=2 Y DOREDHDVITEEELEETHLIZ L0 DLT, BioTfERkE 2T 5
R ZEED BERFNNV 25000 LW, A v ba VRNl O8RS “H7 74”7

TlER < BT 28T 2RI 2 Z A TEY , REERICL - THEE I NI
B, IEROETICHELZ 52 TWDHO00H LIV,

AT w7 2.

HL, AT v 7 TIZBOWTRRRLEEN L ONSRpolc L X E, AT v 7 2128V
TNSBRRKRRFFAIR EOWUNERZ WOTF 5 Z LML b Lilvy, A7y 7 2 @
fEMTClE. 47,000 FHEDT LA ZHWTUL T ORI 2 M8k Ui INVE B A2,

(1) TR_RTOPRIrT 4 VBIsFOT7 Y &5 T 14,000 HiE

(2) 8O TA a7 4 Bla O vE—F —fEK

(3) 2 Vv —A v buarOEREEOA > ha i 100 RS

(4) A v barRNITFET D b DOy NER N WA ST HELS

AT w72 Tl MR E DT R COBEERIN BN T, EFEERTFEL THD DM,
fDHEEITEI SN TND D, RELTFARD 2 DINIHONTF = v 7 TE D,

WUNERL INE 7R RO ANZLL T O Z & 25| X Z 3 rEEMR & 5.,

(1) mRNAIZBITLHAMYERTNHZETDMD 25| &EZT (ZL—AT 7 K

7R
(2) YAMuaT74 EAOHOT I JBPEEHIDS Z LT DMD £721% BMD % 5|
TR Ly, (X' AEHE)

(3) ARy 7aRryoRMINLIIEIZLV VAN T 4 VEHOAKRBIHESND,
(Frto RZER)

(4) AT T4V TOMEEEZNETHZ & T, mRNA [ZBWT=7 YV UBRKRET S,
(AT T A A A FOEHR)

(5) FoEe—F—fEENREEINT, DA 7 4 VEHOAEAA Ny 7L DMD
L%,

FIF; - TR TCOBLGFRE L FEEEIZ, WS O0OF 7 —ATiE DMD 25 < gbhd
WETHHIZH DL TEIG T v 7 ORE TR FREFEZRALTE 20 0E LivZew,
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R ERPRRE LR UAMCFEL TWDEO0E LR, ZThEHRDOIcEE
L72T7 bAI2 210 To7a—74 ) SEEARBIETT v 7R T CTH 5, ok
PRBRLH AN ORI SCHER 2 W2 A7 ) —= U TREBEICBWTHLBE T v 2 XD
BRAEEITBERET TH D,

AR ZOFLVBREEICBOTERLTWASSIE, 122 AEETORECRRNEICE
WCYANRT 4 VBB T OERERDOT 22 ENHRDFITMZ T, RAERMAFE #
BMCIEERRECTH L ETHD, A7 v 7 1T T HMZXLE L 355, DMD B#&50
60% % L LRI, b EHOLIEMEEROTLHZ ENHKD, 612, 14 HETEY ©
35% DR/ INERZ B 5 2 L3k S,

TTIZZOH LWREEIZFEMAEEN TS, b L, HRINZOREEEZHE > ThH7
TZDRBTSAREEOBIEER ST NWEB X576, =) — KFEBREFIFEFTOMER L
TL7EE W, F—2_X—=T 7T KL RlIwww.geneticslab.emory.edu. FEiEF =1L 404
778-8500 TdH 5, MAIZNDEALCIEBROEIGIZOWVWTHEZ D Z LNk D, Eint
THENEL B SN TERTIE, mRNAZ AW 7ZcDNADOIENT 47> T\ 5, 1,
mRNAZ W DA T AERPLE L 70D, 7 AU LS G O MR/ A OfBiE b 52
FAHFTn D

A%mcmwm@@ B EBETCETT X7 A Y DB DEEMEDO R Yy NT—7 %
L., BRICT AV DUSNOFFEHEREE b2y FY =27 2 LTV EBZTWD, £2
TlX DMD B RREF TR L CHul CIEMRBRES TSN D Z L1275, # L\ DMD
HEE Z2F5> PPMD |3 DMD (2B 0 2 LFAERRICRT LT, 207 r s T AR RERE L
TR T 2 &I sd7259,

<DMD #8131 & BB TR 2 RET 5>

DMD # 1Z DMD/BMD L [E/AR D FH ) 72 i # DO H LT, $%-§%-E$%$%-@
A2 —DITEN L, BFTOMIEOIBRIEOERIZ T CTldkel, 747477, A
A B ADEROEH % LT 5D,

4 7 U A MED Kyle Brown K%, “FE=H|HOMIEILFEIL" ZEH7-9IZ, CETT ©
77T 5T HH L PPMD @ DMD @ 71 75 A& Bk LTz, ZiUZiZHks
721724 < ® DMD/BMD £ OEKRIGFHRELE T IERZED DML EDNH S, Kyle Brown K
FREOP TRERBEIZKRO X S5 IZFE L,

[FL7 BITHRR OB TEERE D ZFHIRIZHOWT o L HD W E o TnWET, ST

O #H % DMD #HES° CETT 7'12 27 7 ACBEK L TV E 20O TY, HART-0B 14k
DGR T — 2 RPBIE T — A PRETT, FbRlBELLICBEEFNRONLED -
WDTT, LnL, TITANRN—=2F5%, ZNODIERITZHRI-OFRH L L E DI

MRS - BUSRSAE - o BMFICBAOE LET, b m0 i WVERRITRE R
w?#okwiv_WMLt@f¢m° B FRAESCHMOMESRITE I TLIEr? LD
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I U THITHAN T E S0 2 BHiHHEMIE O 7o IR R Fii 2% T £ LT
DED XD B B A > TWET N2 ED X9 AR OAEIAN Y £ 30 2 DT >
MIEIEH Y FR-AD? ZEBRICFEBEOEREZFF > TS NITWNET 2

IRETOEMTEA+S720 T, Bk, BEfMZB8NT 2 PE T, Rebiddbi
T ERSBMEAVEZ LT RITIUERLARNVTLE I N, ZoRKEOF AT
HIHFHITERM ERE E WS THRVTWS ZETL X 9,

DMD # % UC, Hel-0B S Ao DMD B3 & X CURROET EE % ik
THZENHKET, 2 LT, HREVDBEFVOHKX TE ZRELEHKZ LTI NDD
MEZENTHZENHRDLTLLEY, ELT, RIELOEENLVAERRLDIZT D%
2, B biE®R0BRT AT 7 2#LELELTEY . ZRE WO THET AT 5 Y
ndHHET,

BRI DARTEN 2R T2, BLAOHR-OERITZENELE LTS5 DMD #FEHIC
LI DZETLE Y, LT, BIbHERL XD LTS TV LR OO S
HEbRHIHEELZL TN ZEICARDTLE ), BWERBROMBE CHERBGTERY
Fo TWDBENPMLER L X2 0E, SRS ZoFRICT 782352 L TL X I,
LU, OB H R MR 0E R L &2, HOIE TR LIS R g i
AT L TWENE I DEMER LTI FHA, - T, Wb & EZB N T
b, HREFIIAZTZHOMAERE B OERTIZE N TWNDHDTY,

INHTRTORRIZENDOIZ T TR, BRITITEERR R LUV TR E 220 RS A3
FIN, TOHRT, HRT-OBTHERCZFESRNKE EEZH S Z LI 5TLE I,

PPMDOH LW\ A ¥ —3 v MEHRELV X —IZB ML W2 &, @iz xry hT—72
D—BIZ7>TL7ZEV,  (http//www.duchenneconnet.org) T8, Fegbd3A  F—F v
FOWMRTIZIEL D K 51220 £ LR, MOSFE~OFR L ITVERATREL 25
TLXI,]

< ZDEFHBLZBIT D “Connect... (FEH)” OFWKIL? >

Patricia Furlong KIZ X 245D FE, [DMD BFIZE T, FE - BEFH - BEMEFES
MEW S EAEEEMRNEICENTHITD Z ENHED N BoiEREZ S LTV 5%
BT KRAEEETY, 8% THIUE 704 25,000 H & 5 A2, DMD O B# Tk 20 4 7,300
HoANEICEKESNET, o 2Lt DMD 8EOANMENEHESHARWE ST 570
{2 DMD HE[FEED AN HRT D22 o> T 2 &2 “FER” OFEORYOEERTT,
ZHUEEELS R VARRICERITIRE TE R VWE TH REARIGEIENER T 5 & &, Bl
TEDZ D 50 F VI R 0 ITR A2 1L o TWudialde h A, BT LD 2 ADT
L 15 & 1T TUELSRY E L 6L 7,300 HHAX 5 Z LITHRERFATLIA,
ZHUX 10 £ L RTOFE T, HAEZ O 10 M ORI, 1,500 H i DMD O BERE D T4k
ELAFITS,800 H, 25 FHYBICE THUE L. 2FED, ZITITERERHY, 2O &
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N E DR F ORI 250 L H DLW HIERIEEZEET 52 TL LI,

WFFERIE D Y 2 MIRERWHDOTY, TN bDE IFSEIOSFHETHE LabNE L,
BUE D ERRIRIF RN EA EATONTEBY T8, A CThoToFME2EETHZ & T
T2 BB AIZHNZEA TS TS ZERBMNVTHIFZTLE Y, =7 VU AF o E
YIRA Ny T a RO EIX LR EREHITHRG TE DIREIEN — DL EFTEL T
HZEH THMIETZTLE D,

LI LI, B L ORET 2 BN EE RO T AW & 0EUZ 20 £3, LavL,
ASEIOEBITSIN L THT, #F5EmEm D ’éiﬁt JTIERLS, BESOTFTEV BT VS
WEL 2o TND T N £ LT, W2, MO TEERZEROTTN, £ DE
:ﬁwT$E¢&ﬁ\ﬁﬁ@@%ﬁ%fé%@%%ﬂ\DMDﬁﬁﬁ%@%%f&é:&%
HEL, TNZEZRESE LD 2R bRERLRNZ EICRDOEE LT, Lonb
ELTEEEPFMFRBIZR > TETEY, TxDOENTIHICERIIERITRIETRD £
Hh, ZLTENLIZESTH LWIE T 1 7T ARl L 72 o720 BRI CTXE VAL
ToHEIE ZREEE L7V R D K o 12e b £9,

W< Do DMD BRI T 2 ERABRICBWT, =7 VU AFX v BT A by a
RUDFA LT L, 22— b Ol b, BInEAR E DR S BEERIBFRIEICITH L
WHEIRBME DN TWET, 2070, Zh 6 ORERMRER Tld2e etk & A 2 i ic i
T D7 DICHOOEENLETT, WO L0, IREMNARBERND NG & THE
aATE S LR iude Hang Sk e RN H 5 & BWETHS FRENLIVZLD
MREATI DX Z DX I bR l=OW NN KEL 2D TLE 9, HRIEOIB TN X
DEZLBMLCLKESDZENEEROTT,

DMD [ZHMMREETIESH Y A, BZOHL, —DOOEFIETTRITORFELHS 2 &
FIARFRETL X 9, WS OO R STEHIFEMAGDLED Z & THROADRIBEIEIC
HZETLEY, LT, TXRTOABRKDONDSTL X9, PTC124 % Phaselll DEFK
BRICAY £ Lz, BRRBRICBW T YU Bl BHIDICAX y FENE Lz, 2ok, i
DTy UBREL., HRTHRARZRIZOVWTHITOND Z ETL L 9, HEDRIGITH
Felp WSHETZIE < 375 2 L AR D IEHIE T LW R 28 L7z BRI R S v Tun
F9, ZOWRFICE Y BEIXL VAR TABRRIGFIENHRD £ TOM, fFo2 L2
I

%< DEIERFE SO0 H D IEBIEIFLE R OB S LR R b DIc2 5 TL X 9,
E DOIBFRIE BN T R ENRET 572512, DMD BE O#s+Z R %2 EICHN TR Z
EMREEETY, BEFRELEMITHIT T 2BOZBEENFEL T, ZOKRHE
B X o TR L OO BEOBEHRICB N TH RERBEMEOH LT KA 2%
179 Z ks,

WoT, UTFDOZ ENRRTZHDRMTT, [DMD BF O FITE ZIEATWNT
b, EfECRHIZG L 22k, B i, NLRMBIEZME 7277 BARRERIC

_39_



TA)A-BHPAMAT—EH DS (PPAD) 4R (2007)

ZINT oS, 7 L THYERBRIEZZITAVLERDL Y ET L, S-20HMLH D 3,
DMD ##Riad 5 7-0lc, F-Hid—2ll7e > T 8,800 H L22\» DMD #E& D A%
25,000 HEL Bl LT niE R0 5 A1)
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