20064E11 878
T XBFOIOT+— (DMD) DEFAEER

PTCHIZE S [ZPTC124NT v XBFHFCAMAT+— (DMD) TOESKRAERE24BIZHIT 5P R E%
HERL-,

2006410 A 21 B South Plainfield, NJ

PTCRFESH LB FIEEUBEDBIEZI—T YLD FEDEREARICAZANTNS/N\(FE
EXUTHS, PTCEERHITFT U REEICLYHKELI-DMDEE TPTC124DERKRAERFE 2 TIFE
LWVPEEERAEERRLI-, TNICEDE. SHOEEBETHERTZR U= RE. PTC124(XPXO7
ADEMEZRHMEDHFABERDPESHTRELS-TEMEEL DI LN REINT, COFREHEILA
FYR . AVFYDOPPUKA4th International DMD Conference THERSL1=,

[CNBIFORNA DAV EEZRT EVSDMDOIRARAMGRRICEREH THEOBERELLT. (FLHT
DEDTHD, 1745 T IV I4F7 ELREDO/TFH TOY S LOBEFHEER T, FEITFED— A THADr.Richard
Finkel[Xii R7=, I DMDDEF(ZE->TREEIIBRONI=HLDLMELNR, CHDT—E2IZEKY, PTC124D
ERERAEDESSICT T, LT A EHEBTEAS,

PTCOEEE{ETHBLangdon Miller MD.IXZE S, [COHMEIHEIZKY . DMDEZEIZE LT, PTC124(Z
KT RERDRBENINGLELSI LT BEGFEEFARAT ELIEZZAMNIRASNTz, PTC124[E &<
ZELTHEY.,. FRLTWV-MFREELIVIELVEETEEL D= DO NIESER. COMETIVERE
TOFMEEITL. CAMO T4 RIFEMED ST, 2007F 1L CEERABRE2MEI S DR RWLET—E2% R
L.EXDORODERFEBRODATYIIZDOWNWTIRHAREIT EDLYE, SKIZ. bhvbhbh(F2007FE (2, PTC124M
RHMNEOHAEEEDSDELYTHSD, 1£Dr. MillerlELrS,

DMDEE L. FHigHOIBEEREIEHICAMATALEVNSIEZUNNINRIBLTINS, COREKIZEE248IE
FotUAERICEYDMDEREL-BHIZBITECANOI4UE BT 2B TH S, FHAEBIEDIEEE
RETDHE=OI12, HAICHETHMEILT7FoFF—EDRENfTHhNT=, £F-PTC124DZT LM, R
. BB REA ST,

FREREICEENTZEBEB L. RUDVIVNZTM ., T45TIVIATIZHEBT45T IV T4 T ZEBFHEBR. /A
AWM., o FTATHBII VT TAZERLER L A— AFM VLA TAIZHAHLIREDIEFTD
EEPRFEERICBBIN TS, COMETIE, EFFZ28ABOH L ROGNF-2DDFEE5EENS5HL. LW\Th
MNEDPTC124DHB 555115, T RTOEEZBFXCAMOATAVBELEFOFT ULV RAEREZEDBIRT. (FEA
EITOLT7F=oFFT—FEDLERELRLN, DMDEEEL-EKREZELTLVS,

ERTIE. EHOEEDOHMAEIZELNT,. PTC124NREENZLLBIFEREDCAMOTODFEIEE
B, T CAFOIAVEBIEFRDEDES YD F oo RAERTHARBTELAREMENTE SN, EFC
BWTEH. COFABRICSMLI-ZHOBIROFGEMN T, 28BEDPTC124NBEICKYCRMATAVEED
EiNEREDH=-, LML, EEMEASTIEVELEZLRIZIFIToTULEL, PTC1240AEPICHRABED M F
DLT7F=oFF—tE ORI FVEHST-. DMDIZEEL-ERDEIZODWTCTERLGT7 Uy — AT
TU, T—2FIWELI-H T TIEELA., EHOBERBR CHEMANSZOMEICSMLUE B IRILEBNLE
BOBEAINEZ -EBRELTIND,

PTC124(FMAEIZSMLI=26 A\D B RIZEWVWTICEEL TV =, EDORMER TV, ZDRBELLTIEEE
ENSHIEETHY . AEDOHMHOEFEIEEL-CETE ENRHERLAHMNEED THo1=, BIREEH PN
AN A  DERPREFRICBVEDVE-REENDRELEEIFLEHISATULEN, 220X EET

DRGIZETERFTHOT=,

TCOREERIZETEMAELDEDTHY., TUoE R ERFL DEBEFEEDAEBERELLTOPTC124
N, SEDODEBRDIETUREHEILT A LTEERIDELSEAS5 I EPTCOH R THY ., CEOTH S Stuart
W,Peltz PhD(ELVS, IDMDEEZE TOHERDMER (I ERMHRHMEERE TOPTC124NERKRAERE 24 THE
%‘éhé‘:fﬁ.’f&—ﬁﬂ'éo ERIFICOEEEZEFIDTUEVAERICKYSIEZRIZhIEGFEEICLER
LTLKD3YT, |

DMDIZDWL\T

DMDIZETHDFHEETHY . HADEEEREIZLIYRIET 5, DMDO XA IEIFHAD T A OT740HH



EIn,NNREDSHICEHIEABRENLEGCFEEETHD. BE. HRATEBLZF2F AU LEDODMDE
ENHET S, DMDIZDVVTD LY ZLDIEHREZBICIE. HPAMA I —IBEE FHFOARNAT—HDEE
BLTAFARETH D,

PTC124([ZDL\T

PTC124[3F o RERICEDCGEGEFEREAETHET, A BEARF 2D R ELoTLY
B, TRV REREITEGCFO—EROEEICKY. ZOFRMFELLELEY .. KEDIDKLYIEL EEH
REEAIEWAVININEEINDLSICHDIETHS, PTCI124[XTNETICEBRATDER T, TR
EEZELE-EGFEERETIVIZ. REDORESID ., BEEMBAV NI EEDZEITHRIL TS, BRRFAERD
FIHETIE. PTC1241E—fEHICKIKERELTHY . ERABOETIILTOERIZ+HGEEZO ML DR
EIZEL, FURY—LDABEDFEILOFVER#THEEHTES-, PTCIEERE. CFEDMDIZHEINT, 7V
T RERFFELTARTAPTCI24NEEKRAERE2HHZHITL TS ECATH S,

CFD10%HE LV . DMDND13%DEETHU U RERICKYERBNRIET SN HMBNTINS, PTC
[EPTC1240MEDF UV RAERIZKYRET DEEFEREICLHRLHEHEEATLVS, FDPIK, ot
AERICEYRET HCFEDMDDAEELZPTC1 24N RELRFKE . A—DJ 7V EIZDNTEREEL TS
Tz E1=. European Medicines Agency (EMEA) DA —7 7 FE & f & B & (the Committee for Orphan
Medicinal Products: COMP) [{PTC124|ZDMD&CFMARIZTZWNG 24— 7 EEBHMLTE-, PTC124
DEFEE. HPRAATs—1%%= (MDA) . R4 iE B /A &%t (Cystic Fibrosis Foundation
Therapeutics, Inc.: CFFT)  FDAD S THBA—T7 7 ZEFIFH (OOPD) . $ KU National Center for Research
Resources(NCRR)® General Clinical Research CenterlZ&YiEESh TLVS,

PTCHRESHICTDLNT

PTCIZERFNEELURDBEEZIVNA—ILT DN FREETEL. EOREREFARIZHEZANTNS
NAXRBFNDEHTH S BELUBOEREZIU -V EF, AFKCEEELRACREEREL.
BT REZ R D= ICHRIDGREIZR =9 LT85, PTCIHAINETHAED TV /AD—EXRIR
RABZELSE . RORRCHAREHCUTIEIOHTE -, PTCIHIRE. BRDBRRDERE ., EETFE
. EBS. BIRGEGRRLEDERDBEISICOVTIRELTWLS,



