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Ataluren (PTC124)

RS  MB3811
REVE : >98%,BR
BEENE - 10MG;50MG
R : solid
HAER
ST C15H9FN203
DTE 284.24
CAS No. 775304-57-9 “® HO\N/©\!7N
fetE s 20°C, @I TR # 0 N'ﬂ I
N DMSO : 57 mg/mL (200.53 mM) =
R Water Insoluble F
(25°C)
Ethanol Insoluble
TESEI | ARMEREEETUEN , MREEIRE , s mEAEMT.
Hithidel | ATENREMERE | SFLNRFEIRMEFERE.

&7 : PTC124 (Ataluren)28][ARAY CFTR-G542X Fo M SAEFEINEINI,

PR : [EE(S;3-[5-Q-aFE)-1,2,4- L _M-3-EZKFE; Ataluren; PTC-124; PTC 124;3-[5-(2-

Fluorophenyl)-1,2,4-oxadiazol-3-yl]benzoic acid

YITBIEIRBAET -

BRI ¢ e HeEEAGEK

BERME e, DMSO : 57 mg/mL (200.53 mM) ; Water Insoluble ; Ethanol Insoluble

BE o >98%

fEESEE - -20°C | BB TIE

S
Ataluren (PTCL24) RS SIZMEREREEE , EAFINIEFERILIEZRF , /£ HEK293 4

FERiEAR | i EC50 9 0.1 pM , ALLAYT nonsense mutations (4 CFTR Fo X 258353 #2889 CR)iEmAIR
R GRS,

1514 PTC124 EFMOREYEML | iEHNTeSHE,

=

CFTR (nonsense mutant)
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(HEK293 cells)

{EIMERT

5 Gentamicin RTEEREIRESFEMARLL , PTC124 EFEWAIL ISR , SI8BAEEL |
EBITRIEER 4-15 fZ. PTC124(0.01-3 uMYEETF & LUC-190 T\ &EERY HEK293 44
18, (BA=ATNEBTFRIEE , XMERFEEAIEREHT | £ UGA BiZRs , AR
UAG , BAER UAA BEARIDBIZMIER TN S F. 5 Gentamicin 485l PTC124 £75
NEWEFEIEEL(CCEZEEEIE C) Eites. SREHRRIRESLN—5 , PTC124 (17
uM) YEFBF Duchenne JIEFARAE (DMD) BEHFRIANZFHEEL T NEMERRT mdx /)
B BEEEHIEFEEEFTE. PTC124 EEMHEHZFEMER KR L BIEFMARIEER R
IBFAEE , BERERES TR CEERRE.

SRR

RANEHFELTENINEEMIRE | PTC124 ZOMR , IEkETST , SiBBHE & 2-8F ,
o EHE mdx /NEEFARNANIIEEMNERE | BERIEFAT AH<EAN (EDL) |, X4t
RIGEEISEEAER , BEEHRIIENERAESE, [1] PTC124 #% ~60 mg/kg FIER T
ARRAMEZRIXAZE CFTR-G542X BERAY Cftr-/-/N& , 1% G542X TN ZEEE | iXFVERTFE
FIEMKEE , SEAZE (h)CFTR ERFRATIVIEENEERE | MXITNSHI mRNA [#f#
(NMD)ak mRNA 2 ttEM A R BT, PTC124 % 60 mg/kg FIELLER Cftr+/+
N MZRFEEFEE LR CAMP RIBRVBEERERIKE 29% , 5 Gentamicin 1HELEEHNE
Eif.

X CHEXFRIEEESHEXEMERIEHIEMNER)

MB3631 CFTRinh-172
MB3808 VX-661
MB3809 {{k-SFE(IVACAFTOR)

BigFdER - RdR , TZNBEToFEYSE | BEZFERMAAE , EETF A, Ataluren
(PTC124)E R MESAZIEREEE , A MIEERILRIEZERBF , JLUAST nonsense mutations ( oYX 38
35 ) (40 CFTR Fo X 38355 [ReAUER AT 45 (CF)iERAYE M RR. A BT ERURAIRIAHCEE,

fEREcE
13 B og | mg 5 mg 10 mg
R 2 X
1 mM 3.5182 mL 17.5908 mL 35.1815 mL
5mM 0.7036 mL 3.5182 mL 7.0363 mL
10 mM 0.3518 mL 1.7591 mL 3.5182 mL
50 mM 0.0704 mL 0.3518 mL 0.7036 mL
SHSTISIRE ((HSF)
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Animal Models: Cftr-/- hCFTR-G542X &R/
SIS - Formulation: ;3F DMSO SAIRTEE/KPHERE
Dosages: ~60 mg/kg/day

Administration: [ ~i¥59EE CARSMEE

oK ETMAILERE , ERTHIEES  BRAMIUNE , RERRARE , SNSSEEYE.

oERD T M EINEEIREIDER | BB AMRIEFTRASERINENE | L EEIR(NESEZTRARZA.

B SR EEEER

1Fma%E | BREIEYERIFAEECHTOE  BADERE. BEMHEEFTESH D R~
R ; NEERTHREREK  BEIEIRSHIIZRAKRER  SRNMESWEZIFE. WTHERE
KEARERN | BEUERELT , &I Parafilm HOE , FHZIRBEMEFRHER. RMERET
K, BE~mE8E  @EERWE , DR nsKiRRE.,

2 (ESERHIE - ABOHFIRERTIVRERRE | BICRAUANENS. NEHSEEER 1B
EREESR  MIREFRESIEE DMSO |, BERHIETAEIBTTET 80 REERT , —RIULIRER
f£3-6 MRLAE. E6ERRT  BXMERHTRRE. BREERREFR.

3 HRIEARTERHE | BIRENAFTELHITERE  wEESRSEERFHAREETER. BTX
O UEYRASTEMERY , ATLAERZKMEAHI (40 PBS ) #HREAT , AIRESATHIE , AlBIT B (EEIARETT
AR AEXISEIFAERE. WA DMSO {E/9iAR | 58tk DMSO REEHERIRE <0.3% LIBRMmiEsS

.

KREFS , FATENET 0.22UM RIS | BZRBRS , PEARESEXESR , Bl
FBLEEYE | EERMEEHESERIRKE.

4 (FREhHYISEIENA - BT RESUSYRIEFMR  SWLRTIEREHIKE  TREFEMA LA
HWRWEENER , WNIHE , CMC-NA |, HilE , BRFEESFERBXEVAE. WEER DMSO | i5H
&k DMSO RIL&IRE < 5%, LABRBIHIER. REOHIBIRITEHR , JLISE TR

ARSI BIRER

R (AEKKG) (AFRERM2) [Km &
tGipe] 12 0.6 20

) 10 0.5 20

W& 3 0.24 12

i 1.8 0.15 12

ERE 0.4 0.05 8

KB 0.15 0.025 6
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& 0.08 0.02 5
/NER, 0.02 0.007 3

51 A(mg/kg) =514 B(mg/kg) X 04 B B9 Km ZE/504 A B9 Km ZRE

5 XFF-mB BRI

BWEIFRE | ERERSmAVERTEN | FRER TR, NTRSMEN M, HERT
500MG R, FfiIH) RIFBRMRIEIERAERRN. BT~ nEXAtrsngiETEE  NmSE~ R
MEEEERESFL  XIMRERESITHSET  TIEAUMERRERIT | Fr-RinfERER. YR
Fom , AJLUME 200 BAGHIERELD , BERKEERIK , NERIRK.

RS EESE—EIRE £ NI EEREBETREESTE . EAM

e BT =2 B
1-20MG 0.1IMG
50-500MG 1MG
>1G 3-5MG

AT ALEBRFEFRETH  MREWLRmATEIFRE /) | BREE - REF TR EEE
LHREEN—E  FTREMEARFmAFE. EILUINEEER ( SRIBFEFM ) FRIEES=

(E P

°

XTF RN iR R E N IRE | (TR ERSENENERARzLEY TR
BREMHIHEY  EEESSHRRMUKS |, EREHER | XM-nEEmEETESEHRE.
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