DMD b} 5t % & fE 4
——2015FE 8 HEHr
s - TREAE
I BEP RO E R S SR eI [F AT B e LR BE A ~ JRElACEE A
RABRRE FEITEE
AR BRI 4
AL EAET Ry B8 R R AR IR ALE B A BIE (MUT4EE R DMD) a7 7ARIT5E
Hef o ALETEGRR T ARERES - W BN aR AR TR EE AR B E S HEAEIRE
Bt o 75 S e Al ) 25 R B

tHEE ¢ B3 DMD Jat 2 —ERs e - BEEZ NEIREE - /£ R E ML R mpE 2
FEE—JTEIIANE © KNIt > AR At E =R eI A R AT S -

—{7H Gunter Scheuerbrandt {8 1-FlZE R 4T RE S AL OB ANV R AL - 0] DAE DMD AEfiFR
F| o gEFEAR v DU S (8 H mE A AR 2 -

[ R

B AL B A BIELLE RS R AR B A EL (Duchenne) a3 » 4% f DMD (AJH
£ TR (HEE OMIM 5k 310200) » S RyfF 3600-6000 & 55 7Z it — AL - A
Jpise i dystrophin FNZEEEET - 2 AN X HeCiarl s Xp21.2 BN -

TEHLPA4HRE A » dystrophin B[R #2 &l
ShYK dystrophin £ - g% E AT
ThEE B I GE A 5 ZR B L e MY
(rReg g e AR - (EHL AU HER (G
gh) 2 AR ENEIER - E

1 Fios o AP 0] DATC R st B 22 LR
A o WLERAEYMREE S T DAEE R/ -
HBJEE Dystrophin &5 H 5t /& H 2 W &
T _/ Dystrophin

KL figure 1.




£ DMD B > FR BN ZE s
Dystrophin & [ &% L AEFREZE HIE
saERsy © J00E 2 FroR - ZEERYE
SETHREERIL > MR A T fitsE o AL
DMD EHWAELEI R T A2
ALATE — BN ERE T # A I RE=Z
B -

HLEL LN ZE 8 & R dystrophin
HEEE H A B A ThREI &R

CAnfE 3 - ASEap s 28 =] DA -
BB —LL) - EHA—EE
DRI e 28 oy A 0 e PR AR Y H 5
R EEAR -

figure 2.

figure 3.




IEERREGRITA

HATHE TS RAR AL - HPRUR S BRI EHERERE - HEERATHYT ST
IR SRR ERIRITZE - EegENE BEHEAIRR A eI E » ZRERREYEL S
AE CEE R mdx /) EEA) —EEMREMEIY B 5 TG N E RS R —TE TR RS
SHHERER (BREER) - EREIEHR T ENEIRGURNS B &8 & H A TR Hy R

EENEEA R E ok o NIt - AFSEATRERE T — IR RAVEFH - BRIREUEH] DAY Ky i
PEEL © FRHIPE RIS S HEB RS EZ AL 2 MRS ER R EaHR A%
2 HAR - DERHATE > WASERNYE P HEIFE ERE > T — PR AP -

FEWISANTFE S (BIHANAERAIED) 23— B EYAER - WA REMREERE T ARAVEIY s R\
PRl A B S PIRESRIT

A RE AR T A

FERER
AR E R
BB
fEEAAEE

ST AL ZE BRI 50k




ERIGHE

H &

HER:

PR 1:

fE R TT 2

PR 2:

R TT 2

PR 3:

fE R TT 2

PR 4:

fE R TT 2

R PR

PRk
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RUERE ISR ASHTEEY) - HlAESZIRE S R E
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IR G BRI ERR - il b smtYE (§ERSE
MEF) - AAREARRA ST e — 20 g -

R E R R 2801k - ARG - AURESA R
1FENRER - —fad BRI E RAVEIE TR R E B -

EapREER:  fEE] (JB2KEEAT Rudolf Korinthenberg ) #E{TH—IHEHLIREE RS
(EEE 2R REAER - AAVE  BEREREICHEM D5 -
HAPi RER B S

HAtrgeAIH ez R &RAMEEY B AT EAERI S5 - 140 Catabasis /2 H]
iy CAT1004 » ReveraGen Biopharma /\ 5| VBP15 s L J7 isofen3
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M ot ZE S MERTE R — EHRE RsER AT IEfE T - —TH
FHEGE R 2T AL T SO R R AR R AW B B R B EAfiTh
Bt > HEBIThEE > WIASREMNAESENEE - RS R Bn U AR
B 2 AT > B RIMIZEAEEL - AREEAHATEIR TOEE T RS 21 T8
4% o Santhera /\ |5+ 2015/2016 JEHR: A 1S -

G IRBYIFIZ 2B EGCG  Green tea extract and its major polyphenol, EGCG

&

iR
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fRERTTE:

TRERAILAIR S -

FHY dystrophin 28 5 HY#RJ - DMD &2 0 S AG LA LA A 288
i AR S ALEE ST - BRI 5[5 T AL DL HAR R
ARG - B EEAATHRE L - SR ERSE > REHE
SULH - m] DA RE LB DA B Z AR E N B - fmt: Urs
Ruegg N FIHEBE - B2 % B AN mdx /N EERR S LA S E R
ALAIZHEE -

BRFEGNRL 1525 THakAs (A RERARENRZN) > WILKE
AR 7 2 — BE R L TR A

BRI AR HRELY) (GTE) H IR CAT R 7 » o A
£ - GTE (9 TR RRFA R & THME (ECCG) - I{LAYTE
mdx /BB SR BT T AR ATAHFE B (i H YL Urs Ruegg /4
&) -

—IE{E DMD ¥ [EF ECCG HYEE PR ES H BT IEAEAIK Charité B
[72BfE (Drs. U. Grieben and F. Paul, Charité Berlin; Dr. A. v. Moers,
DRK-Kliniken-Berlin) - JtE& R 5 BLEE .
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TRRESE SR AE S HERIARAEA L > (R AEME1E -
LR R — R BILAER - BESSRAE - RSB B -
LR Sz MR (BREERY S RS E )

Akashi Therapeutics /\E|/EFE T 448 HT-100 H9& YY) » e Es
HHFHIT 3214

F— TN HT-100 27 MRV EE REUSRAE S5 IR DMD &2 R
EMEAEER - PSR G e IS - R R AR S R AR S s A 1% B
RN - il KB S ROAINIE G - FDA fit AR R
GOETT - WP EEIREUR HT-100 B9 2R - fE0aR4H AL A5RE
ELERGRBIEIT S © Akashi A E|IEAEEE T —AYEES -

HAUREEE LN LY

—HHAERPREASR M T ClA AT EH (Pentoxifylline) » S HLEEAAEAESR
PRHERE  BEAVM ZMEIMEE © S5 TEPIA LA Flavocoxid R4
DMD 3 T — I R ER DLEF 2tk -

(e I T TRA 2EY) >

12



(e 1 & & iREVEE D)

B
R
FEEE ¥ ] Lisinopril

& e A/ B A T AR

AL R - MR ER tH I E - ER I AREIAL RS 16 FR 22 5 2y
R (AFEEYE) - EEAMEENAUEEER G HEEERE -
EEEREAE—EREE E28] T H nNOS &Hf#(nNOS synthase enzyme)
At R —# /B E (Nitric Oxide, NO)HYHHE © 488 dystrophin &£ >
If/& B2 _EAY nNOS & A #¢ B EAEALAZRIH © & dystrophin 2 H kK
iF - nNOS S EEEA BEWRIE EAE S AN TS » DRI COBEAIL AR S A AL
A E B ET FRIDAEZ ZIIR T - 12 v] RE BB S AL AL SR ATEAY &
ROUEL 2 - EMEZ LA S NN ZIR - HATARTSE 8t
MAVEEY I SEE ME TR o PUTSIHEYE HATEAE DMD S TP T
PRSI EEY) -

$Et 5 H (Lisinopril ) & 17 [ & B 5% ZZ 8 LG §( B (ACEI Inhibitor)
(ACE ZmEZEZ (LA Angiotensin Converting Enzyme AYFGFE ) -
I IMEETRE 2(angiotensin 2)EE(ME L - EAVESEZH ACE
BRI E B R Z 1(angiotensin 1) #E(LAKINE E5RZ 2(angiotensin 2) »
HEUMBE WSS - KL - mEIFEEE L - D MmERRE 2 iE
4w DM EE o B RT—IEAE DMD fE 5 T £ S A
(Lisinopril) . 0BT AE 2 BVEE PREABR IEAE EE - HATIINSE K
17 o el [E R 7R & S FHEES Q10 (Co-enzyme Q10) (—f&EfL
A4 BEEOBEIIREA E— PR

Revatio (FEH#ARIE)FIM 2 HEIE  Revatio (Sidenafil) and Tadalafil

i PR

Revatio® (17 FyPitfiIE Sidenafil B H] Viagra > {5FF “{&&" )
FiftZ Al IE(Tadalafil) /2 PDES fIHIH] - —&(EENOBIERER - 5l
SE—ZBIHVHEFTSE - (E15MEEERTE - PDE E§(PDE emzymes) DLgT
ST E TR T AR UL A TR EHEGR - 1%] PDE B§(PDE
enzymes) A JERAREHRECR -

— TEAE SR R T R AR T T Y ROHI S AR B T PE I E(Sidenafil) /£
DMD 71 BMD &35 TR - 281 - iEHEBRHEE T - NREER
BURPEHEALIE(Sidenafi) A RELEE DMD RS CHERIALAIZIEE »
T3 Lo g A B E R U

Ron Victor <HZEHY—IH/NTHEAHIEE DMD 38t slRET 7% fth 20
FFE(Tadalafil) - HUG-< ABCFRHYESR © Eli Lilly =G T —HES
306 {[&§ DMD EFHEE 2RI H IR - ZaRE B
5 THEt 2016 FENMEEER

HAm E SRR
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fE/NERERIF > $E NS (Spironolactone) {551 T4 A S EEAY4E R - (HH
AN AT EIE AR LY ERE IR - (5 FIEFE(Eplerenone)) & T
s AT AR 1k mdx /NEUCBEEYE 0 B R IE(E DMD 835 o TER IR
@ o

$& 5 utrophin & 4 7K 5 % H ATpE iR EE R ATHARE EL < PTC
Therapeutics /5] IEAEIF Sl —FEAEEE S utrophin 2B (1 F 8 /KEH LS
Yy (AR EIENEE ) - Tivorsan /A HHY Biglycan 5 1T [SHF5E 1
utrophin 1 nNOS - Prothelia 23\ &]AY Laminin-111 5 fE¥5 /[ utrophin F1
O & (integrin) (S5—EEOE - HAEHLAREBLLE G AHER - 1E ML
REME) -

fE= LA s E A 2EY) >
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WEIMALAEENmE
AILA 4 EHIZE (Myostatin) 1% %l

&

R

B PR e B

] Myostatin JeAHBINESE LA E R -

RENA —Le R AT DU ERLATE R - 55— RBERIFLAT R CF
EFTAEIAEASE e E I B HILAAEHSS - ILAHEEFEREMRERE - EFfR
JERZ HEFRAE K ) o PLAAE RAIZE Myostatin Z{IHIHLATE R
HEERE . — (BERERZALAMEBERESEKE) - [HiAE
ITHRERYE '8 - Myostatin Jz A B8 25 ([ BRI A 4 AR R H 1Y <2 A
(recepton)éfi &  sEfEAS G FLE FHLARAEE (A RAVESE CEHREILA
THRAENE KRR - RMILAMEBESBENEEERD) - 5
Myostatin FLRE R - FRERDEAL AL RINEZEED » (8@ (F
EERIBFEES: - Texel 3= - HIRST - /N R AJHALATE G - 2Lk
B E REE AR FERILA L RIIZE(E#E DMD EBEALALE R
AT EEEFEA T 0 B ¢ AR AT DAERR Myostatin FYHIHI(E
Fi > DMD FEENALALE RIEEsESE s - BEIILAESIER T
S2%EE - EH Myostatin F7 24371 58 (antibodies) 7] DAH[IE] Myostatin
SHEIER - EfEHUAS AT B Myostatin ZE 45 S » (€1 H (R HARFTS 3%
FIMEFE o (R Al /A TERY Myostatin 57§ (receptors) 7, 7] DLz 2 [E Y RL
R o B AR #S 1T B Myostatin AH4E S > (HHPNEME AR » 45
BN RENIE - BLILEEE > v]7A M Z B8 (receptors) 7R A][H IE
Myostatin | [A1 7% [ 7 B (receptors) HY4EH & ©

fe R 253 M Myostatin fifg (antibodies)/& 1Y o BB ML
PREENLAGR R E T Tl - MANERRTEREZ 2N > HI0Z
AR ARBENAERAIRE DN - TFEIFHAVE > slba P EENEEET
T 28 REyERE o ETiE EDE R A IE MRBE BTN I BUSCR -

— IR (R BEERA E h HVER RS IS T Myostatin 85 (Pfizer 22 =]HY
PF06252616) - —JH 5{E M5 3 A [FIAIE Ay e R S Wl R
#) - DMD & Ri%2 96 FIGHE - Al 48 fE{R 48 & » B4 96 [
HURIBHE -

Bristol-Meyers-Squibb /3 &5 2% T Myostatin H1iE%% BMS-986089 -
Adnectin EL & AT R EFEE ARG > EURI 2 BT - £
DMD ¥ R iyiE R EAE T & -

Acceleron /&) (B4 Shire U)W 2 Ay 0] )54 Myostatin 57 55
(receptor) (ACE-031){F DMD /) Eg f5 70 g BLifiy Myostatin HiEE (& -
JFRER AT BEAE A AT 14 Myostatin <2 85 7] DA 5] 5 RH B HAt R NATL A EY 2
HERE - %2 O R CEE P EEDNE - 322 RRHVZ Mt R
i Bt EER SRS AEENER  FEFEHEARER >
RAER AN T 1 5% - —IHE/E DMD £33 E{THY ACE-031 1y
mlEFEHBRCaZUE » RS BE I T AR SRS
R I » &% AT RE AR RE 2 PR EL Myostatin 45540 » 18 5B A7
et o] DL At AR (peptides)é5 & o R SEHYE » EBIYIER FUETINE
BpeE S AR R S B A s e v A M 2 RS E S P — D8 -
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FUEHIE (Follistatin) £ R G

SR

iR

B PR e B

#H HEHT Myostatin ZE JIALAE R -

DN HIZE (Follistatin) 75 #IHIFL A £ RAZE Myostatin) (E A - 41 - 3CFr
it FLAA RHITZE Myostatim {IFIALA A& o KL > FHEUEilzE
(Follistatin) 7K AT DI BIL A1 48 A1 22 (Myostatin) ¥ A A1 4= & AU ]
HIEREMENLAEEN I - (8 HRERHEHFHEEE(AAV viral
vector)(2 RLERUARES 7 ) AU ZE (Follisstatin) B R A /N B
MR > S35 {% SR AE S (R R LA E | IS AL ST -

—IH[A H e (Becker) fll=E A B EE R IUTHAL
(quadriceps); £ 577 UNEIIZS (Follistan) Yy S HL A
(AAV viral vector) AVEE PR R IEAT 5B SFmAm 2 ) —
5% i # B2 [7 (National Children’s Hospital)# {7 - s=Es HAY
ErHHRERE AN L2 WA R - —TE7E DMD £
JFE FA I ZE A RR e 2Rt (E A T o o

HAE A AE BB IT7A

REZEA ER¥-1 (Insulin-like growth factor-1, IGF1)
W EAMMAANERTER « S EEEEZ N0
FEmiaE s | —IHaHE IGF1(Increlex) HYER ARG - H AL
T EEmaEE o BBl - GALGT2 t g — (B InALA
BRI - 1E LB Z RN B AR i E i E— IR R,
Exift9t/E DMD £8E A AT GALGT2 ERAVHEHEES
(AAV viral vector) ZIRIESAILAES TIEHE <

Y AL PR 55 RE Y 05 7k

52 JU il (Testosterone) 175 48 BRI A F2 1A [ 22 7 B4 (angdrogen
receptors)45 4 > BENIALAIIE - Ri - HEMZ 2 B8 F A aH & T thiF
1E GEE%L [ EARERIIE) o K22 AUEH(Testesterone) G & 5 [ 517
% EIMEA - DT-200 {1 BN AL Y2 B4 (receptors)45 & » AL
TEHARYRIE BRI D

£ mdx /NEEAHARI R > DT-200 #5381 HILAGRIE © {E{RFE
FEE TP B RS B BE U S Y DT-200 /222 421 - {EfEEE
SRR TP EAE I DT-200 AYEEPREER H AiIEAEsE o -
WREERGERIE L2 M ATgHE2Z - AT — DR
DMD 3 fr Ak AR -
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HAtR =LA M E /Y J77% © HDAC {11

Rycalls

HAR R

HM SRt EAZEESH - RSUHESE R E AR
BEEEEEFENEG o B (A S A eEE AR - Bim LA
AP ERTANERE - 2800 > HLALTREE (2R LA A FR AT E
HE - AR EEEEI L RFEENERE - NHE 2 HZEN -
B TEHSH A EREE2EEN T - & T EEFEBEEE
MZEE > — (B4 E R TET ERVERIT Eae GRIgES AT
ffECiR) o SRRt & EECE -

W RALAA ERE QS BERRAS A ENEEWEARE - kb

“BERT R0 R RCBRAVERAER FERVAESR P HIEE A E - EE
TRE > EALAHERBIGAERLE(L - MRAEN ROy Tt e A 8
b FEMmEBHLA RN ERAEL (N Rl PASTRE PR 2 AL A4S
HHEAENA - M A ANBHT ETEe) -

HDAC {IfIE/ERES “HE" A4 - BRREGELENE NS
Y - #8452 HDAC B AH N mdx /N - FLAF A4 K ALAE 53]
fem o LA LR

PR Givinostat j&—7ff HDAC HIHIE] » BRSNS (EE S AA]
Italpharmaco /&) EAALE 5L BT DMD 88 th TR 22 21 - 55—
/NETERPREASREE R — SRR G RV SZ MR - JE BRI G R EHLIAS
FREVEIEERUR - HLEBAE(RRE - HLABBEIE A AR S S BE T
b o —TABH R R B (open label extension trial) H i (EAE#ETT -
I A7 T Ry B A AR RSB R 5 A

Y dystrophin & H &R - BLARAERY$5#E T8 75 (Calcium
Channel) €78 > (M EZHLEMETS5REA IR » 5%
ALAEE ~ SAEIERATEEAE(L - (L&) Rycalls A {1818
AR > (EFSEE T RERIE LS - ARM210 A F HATEST
EAE B8 T H#ETT Rycal ARM210 AYERPREER -

_F# utrophin & H FZEREEY) >

17



_E &8 utrophin & 5 R ZHY &Y

_E 3/ utrophin B 5 & &

H&:

R

i PR

R PR AR 2:

215 dystrophin [5])§ 2 [4 utrophin {ERLAF Y& &

Utrophin 7 £ 8 dystrophin 78 £ JEE4 AP0 » [FIRE AN B 204 4
SHAR B FRAY LS - “R[FIAY/Z - utrophin EEFIERIEHLALESET - 1E
HLAEEET > utrophin FY & EIEF K - I H T FAFAER 1AL A 280
Ji& (neuromuscular junction) » ZA[f] > 7£ DMD EBE BRI H

utrophin AEHLATRE - FEEET - THE TP e DEEEZ
fi o AEE A PN EE Y utrophin F DUFHE L 25 dystrophin > JEGE R

RNZA— A EIERBIR -tk E A E ] DURRNEIR - 2GR
REZ AR FIRY S T R s 2 R (B 2R 5 (R

7K o FTLEY utrophin FEPRIBARH » LEAL DAt Bak B AE IR (R AT
B - CLACHRSE BT REEEY) - TSI TP AEEREI ATHR & utrophin FEA
TKPHTEE -

FEY Summit PLC 7\ &](F£ERHY John Tinsley k2 Kay Davies )l
BioMarin $44%/\E] 58 E 7w R e B E AR AT EN P58 o utrophin &
H R EEEEY) - BioMarin A E| 58 T —TRAE RS oMl BMN-
165 L&Y —HAEEREAES (2 ¥ #HE) - A2 > BIfEE &
KEE B E L RE&GEE > EFEE MR T BMN-15 19 & 25288 E L E R
fie;% -5 utrophin & HAYFRE - [tk BioMarin /A 5){F 1E T L&Y
Brgs o [A0F > Summit A SE{E T BMN-195 (L&P456E (3R R
SMT C1100) - $Z=EEYHHL -

Summit 7 =] {E SR Ol T SMT CL100 - 383040 R AE B s
H 8% - ZEY) & HES 3 utrophin HYZRZEE - /£ DMD B HoOlllE T 3 1
AERVEIE > SR EYIME 12 2EFH T 2 IR & 8248 -
—IH Bl S AR e R LR A A b e YRy ER s B H A IR T - DUIEE
AR YR AR -

H A 32 utrophin 2 H/KPHI 5

HAh$2 = utrophin 2 [ R 7AW AR IRAT Z WHFEIEE: - PTC AH]
H R IEAE R 38 0] DU AR BEERCR i L &P {# utrophin & H & &
F5 ° Tivorsan 2\ E]HY Biglycan 5 1F[EH#2 5 utrophin f1 nNOS &
i o Prothelia 2\ &]AY Laminin-111 57E[E/#F$25 utrophin F1 integrin &
&= (integrin j2& 55— 2 [ AL Ah 4k BAAE 4R 4 AR 1 1T SRR E T

oe
HE
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BB LR BT

ST PR FIPSERAR LTS R ST TR R 28 B 0B U7 0% - 18 B MR R Ry e B R e 8
NEE (2RUUTHHEBEFEE S &) - HHIE—(E DMD B8 & 4 ME T Bl sps
ISR - ZEE LA TS RVE N E (/2 - 2UEHY dystrophin B NZEEE
EHHERL ) -

SNET BhiE

B EBIEEEEN - LER A DIEERY dystrophin & -

BR:  ERNOVEEESEIEINE T (exons) T - EFEEEELER > ARNEL
R —(E R LIPS H > T (S0 RNA - J57E RNA B0 “5]
)7 - A EEEE RIS T (inrons) Ei T #EUIER - BuESNETTE
FEAREEAR - LR ERHY RNA A B E S E -

£ DMD #3H » dystrophin F K] 258 {517 05 0 18 @l i S 2 B R L
bt - ANSEFEREOEEEFEE - £ AEE S REET > EE
IR E AR REEEE A fRATAR L - NIRRT E A E S E A 2 T

oe
HE °

SN T-PkEE 5 72 DMD BB gESnEiEE B A S s Theeny ~ Hwe Rl
dystrophin &£ H - & K% E & AONs (antisense oligonucleotides) 7] DL
AA T ZE o AONs =40 EEfY RNA /NBE - B ] DA% A1 H A= NEE T
BLHLAE 2 o [ HSNET R B3I 2 splicing machinery) 1 - B -
s T #pkid - B EEEELRT -

A5G H 5 Annemieke Aartsma-Rus 8- f% 4 NaE TP AR (3
)

T —{EfigfE s TPk BB E 7 Dance your PhD' -

£ DMD BE B B4 mdx /N AR > AON Ja# R n] 28 H e A
dystrophin 255 » fE/NEREAI S - BLATHEETRNA FTfE T -

AONs 53 5 RRIHTEE (L2 L) -

FER:  RIEIRYARRZE S FR 9 R [El Y S M PR BRI - RS BB EH Ry Zes
EMEREL - IS LEMERRE S PRI 2 Fy "BGRE" AVALE - (NIE > Bl
Ses TE SN T T DAL Bk MM TR E S R E - EAE T LI
% dystrophin ENIFTAYMNEAT - H2EAVERYNETHHERTMH2 7L
B o

E NS NELT B 2 P K 2 BRI Ze B 100 (E A e il oh

PREK 11 SN T DU AR TR TR TR - N R e A T Bk RN T
AHHREA Rt FI#E(L F DMD BEeIEks (82 TR A aREN -
f B ARV BN AGI R Se 4 iy - B R ET 2 b )

19



PREE 2:

fRIRTTE 2:

i (EEE Rz [ 4 {7 DMD B & KERNLAES T BEEE 51 5R4NE T/
AONSs (Prosensa 2\ 5] f1 LUMC L [E5ERY) o H— 1 B EIRESMTE LA R IK
18803 dystrophin ZF£H °

B THEEIREAER (FA TREMEERLERS (7Y AONs) » HATZ S IETE M
F#E{T (Muntoni/AVI Biopharma ((BR1FEHY Sarepta 2\ F])) °

ALK T A\ B8 30% L) EEVEGER - (M —BRAILIA 2 BIESR = AT RESE AT
75 -

DMD & # Ll N AR A 2B R ROR © IEH LA SE MR+
H{ AONs - {HZ5A MIRAIHL AR E] AR AONSs - i /2as - FRIwAE)
TAFEEEEYIAL G /NSRRI E ST AR MRS E A T2 S 15
Hr Pk e LUK E B dystrophin B -

BE PR s B (58 B R[S & 7Y 20MePS (Prosensa/GSK /A 5]) 2 PMO (Sarepta
NEDEE R TR BEFIRN E S 4G EE TSR - BN TEEEY) (20MePS
PMO ) #JEE{# dystrophin EEH¥r#E - TS ~ Z2eMgm] -

$HS 51 5ENET-HY PMO AON Tl fi Eteplirsen » Z&0ARMEIET > FrA K
NEERA R EE A S HEERY - Nt - —IHREERAE 12 8Tl
st 1 2 S YRR - 4048 24 HAY Eteplirsen J&#F > dystrophin & H £
AREPHEBUETRK - HRTEEEHEZ T 168 FAVEHEE < 1£ 10 (L8

e EET  —IHfEE (6 T EmEE) CLTRMIEY TR -

ZABATEARIEE /N - D ITERIFEE LR -

Sarepta /X 5] 2014 E 4] BHAATHELR AN HETT B AU B R 46 AR 5 SF IR iR
RERE#( open label historically controlled trial) o

BRI ZAN - A EIAEAE G BORST S 7 B LUT R DURSH R REIT/ERY
AV RS R -

—IEAE AT R 08 % AR T 30 me/kg Bteplirsen » $48 48
R 3 WEERRSER EAIIEAEAET « UL 0N o BIRERI R bR 4
TENEE BRI  DURFTERESI SR 3 AT M B E T -
Sarepta /A HJTEAE £ % FDA At A2 (e i -

BT 51 5EHNETHY 20MePS AON i {F Drisapersen ° fi/ {2 BliEHH
B EEABRA T AL T2 B — TR (R 5% - &% 2 Deisapersen j&

B o FTE REAGRRR I REIIIUAE - 10 LB & TH 8 AL e 5URE
JRIF M RETTAE - AEVUEEAYERRINRE - MRy —IRfTESERE (6 8P TR
Be) OrEF TRROE - AR B ST THIAY T - FFEEEATE > AR
WA BRI - TS RAVERHE TR 2R L -

B ZE 5 (GSK)/AE]fE Prosensa 2 S|f€H! T Drisapersen HYFF ] - i %
8T BUERE RS o AT SRER T 0 KN EEE S R ERE A PR
ZEY MBI AR T R o —TEAE A 3 R DRl R [R))  BI RUR 1 B
ELARAE TR o AslBa 54 2 BHAE 48 T TR - sigEE RS
Drisapersen S{ENETE o (£ 6 7y TREEERIA b - WAHEEYIAH 01T RE
ELZ T4 R = 1749 35 5K »
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PEEE 3:

fR R TT

—IAEE RS E R EE (BEHI(E 15 Mttt ENGREA) PEE# T A H
AVRIIERCR © BEREZ 24 FAVZRER] > 503 50 6 2N TR ER
Drisapersen © 24 Eia#1% » S H R4 ITHEEE LA B AH R LR AIAH
fEm T 27K -

—IHEATY 2011 £EHY > 7E 186 (i EA P 1TRE S B & Tl TaY 3 BHEGIR 27!
P RS B (5 T Drisapersen V22 MERIARNE « JAHE 48 1% - 22K
SHAH IR AH ~ AR B L RE M2 5 - BAfL[EIS > GSK [A] Prosensa /2 H]
IX¥2 T Drisapersen FYEHE o Prosensa 7\ &|{& 2K # BioMarin 2\ 5] Wi -

Prosensa/Biomarin 4 5T S BRIAEE(T T RGEEST - G FLBE e
VIEHE 24 (8 B EHEE BRI A E B 16 %45 T LUREE DMD FRRiffs -
ARSI EELEER + fLF] 2015 4F 6] FDA i3 T HUBSIIZSY MBS
R T I ASFA - BAb - MR BG T —TER A AR,
B GREBRILATILE) -

HRi A1k » F1A Drisapersen MHEHZERITTE 5 5 KDL L ~ BES(TERVESE
LT o $HEMERITERTEE R 5 B LT B EAYEER B i IE1F Biomarin
HIETEH -

BEER [F) /M TFHY AONs #EEY) B EIF TR R [FIAVEEY) - SRlEnk -
SHEPARESMNE RS R [EIRY AONs IR R Sy FIE R - R e —(H
AON S5 2 i 8 it HY AT RS PR (preclinical) FIER PR (clinical 5B 0 B -

TENE - EEt 2 9 3 R PRE R 2 1% » AON By TAEIIR T -
TREAT-NMD #H&% (EAE RIS INE T BRI RIEE R ~ FRPREEE ~ T3
SR B A AR BB Y T BB P T o BRIy — R A BN 2015 4F
4H29H -

Prosensa/BioMarin 5E5% T —TEEF ¥ 44 5R9NE TR 1/2 HH5UES - 2B
W T BRHR ST K 7 N335 20MePS AONs HY ARG & - —IEIE stk F
{EBAE - Prosnesa/BioMarin EL48BA4E 7 —IE{H A 20MePS AONs Bk 45
SN F1 53 SRAMNET A5 - HA Shinyaku /5] IEAE#ET—IEFEH
PMOs Bki# 53 SRYMNETHY BEIREUES - Sarepta /A EHFAME T — T
PMOs Bk 53 579MET 17558 (Bl EX Francesco Muntoni 51F) » Kt
—IASTE 45 SEAMNETRI1 53 SRAMNET- AU -

PSR 1L Y B>
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BE ik 4% 1 B ARV EEY)
PTC124 H1BE K f# 2= (gentamicin)

HE:
BHER:

bR B

PRER 1:

BRATE L

bR

ELLEEYE A YA 2 LR RN B - BN A
w5 HRAEAAREG 5 IA T —EE L F (T LT « ARFEARA
—E AR R E AV LS - G HE B ERERE R AIENE - K& 15%HY
DMD BEHA IR - ABEEY) ] DU &% (@S (12 1L aR R AR R ZE
Sy HA PR (BN SEE b (cystic fibrosis) &) ©

ST A RS e B 4% 1Bl - BUS E0REHY dystrophin F[A -

FTE HIZEN A — (B REFLAAE SRR L (57 - ISR RNA §lIE
FyEE HEAVE SRR E TR A - BRI EAER o SRR - —(E/)
2o m] DIERL N th 5 | A—{E&& (R E 5 (IEH AV R ESR A A
) o IEWIIEILEIREEENK I LEIRARMNER (IEEVEL
EIRATEUR B ICH B CIRY(E5E - 28 BHI L EFNE AR
AUESE) - Famdf - YHREEHEIRE IbER - FRATS I E T HIRIEES
12 o FLELEEY AT DUIHE th2e B4R 1L (E9] - M2 B IEERIZEEE
5% o FERFEANAEAT mdx /NEEAEAY T > 75 E RS — (I LA EEY) B B A
#:(genetamicin) (ZAAMEFIATIAER) -

£ DMD EE R ZHER 12 - BABZEAREE RS AMEkY
dystrophin PRIEJEHER

PRIRMERYE SN - RIEMBEABRITAEN (BEE > BEEY

&b
HE

RIS EEY BRI EE E T — (B2 A HEHEERIE A EEY) - 25 PTC
INEIBEEEHY L 2EFE & PTC124 8% ataluren ° 55524 Translarna™ o JFEZET]
DACI > (e 4HREAT mdx /)RR HR 5 BEPK{E dystrophin ZE YR
i% o

FEMERE SRS T Ataluren S22 =0y - HERAASR © > k4 & - AF
P& Y Ataluren AV 2 MEghF - sUBRaS REUTIGR4H dystrophin & HHY
REAEENHIEA - LA T A ATIRE L EHY slbi 135
FIBOM AT BB PR L R -

FERE - B RIBIALE - JBRNAER K 6 S E b TIEEEIIR & -
bt SRS - ZEEREUSE PRy SEE RIBIOHRE A AT A0 —
TH BRI S R B P St B

FES B RS T Sl AT AR E (1R - — Iy 3 IR RER H
AIIEAEILSS ~ B35 ~ ol ~ BRI MIBIONEEE - #HES: 220 (i 83 -
SERGS IR E I 2016 £E0Aff
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TG AEA :

PTC /\E]HYZEY) Translarna (ataluren @ 720l PTC124 ) BE484F 2014 £ 8
HHEONEERE R (EMA) fEAE#E A T35 o Translarna % [ftAERYEHE
IRETTEMY ~ TiBk e BL ERY > H dystrophin ELPRI4% (- 2€ 8 H E( /) DMD
B - FECEEN - HATERERE - BAFIIEAE > AR - iR
KANFA TS S EE] - fEEXEELIS) » Translarna [{i[I1E LLESISE]
il L EHE > EEIEHmtbE A E o SHERR L EKEENY
i - B A BT DAE PTC 49k - #EE#HE] (medinfo@ptebio.com )
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