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A 1-71254&Y,. JCR77—<HAE4. Givinostat 7v 75— bimBBESAREW L X T,

BB DBBETICBY B L ETEd, ABO T LE Yy T—2arvBL0ERSZICEAL TIE, #
H, BEARFT—LR=—JICTR 7Y T MBI UOBBEOEEZITVET,

7o, RADTMAAICHE T EL TE, BRROFRICEDIRORBLEZRNZHELHY £7
N ZNDIEFETYRIBOWNICRNEREEZH > TWE e ZH o LT TEALILEL, KHD
RS LOCERT2ERNT, KE. RERCHREBREOERADBEHRIEEZENE LI DTH
V. EGLEPEZNT FNAREZENET2HDTIRITVELRA,

ZNTE, RHOEEEZ BV L XY, KEDERaRE. FRE
ER:EFEHTIIWET,

A& ARDERTE R, BEHEZ,

EH:EHTY, £ALIBBVWLET,

AR BERTERE. REBRAIR, FEE,

Rk FECd, LALIBBLLELET,

A& TFX - b7 0— BEEEAR, FRUSCEER. SENL,
BRI DETT, LALCBEVLLELETS,

AR UE4HBTIIVET,

ARARICTHERAT 2E8RHT, R —LXR=VICKABHE W LE Lz, BNAY ETH. BF
ICERDRELRAIEZ b2 TSR,

TLEryT—yarvii, BERLEEEON1IEBEAFELTCBY £9, BRELZEOBERIZ 40 59
RBEA#FELTBY, LYy TFT—yavRTRICCEREZF LD TERITWELET,

ZNTIE. OIHICERLY ZHVWE2ERLETES, LALCBEVLELET,

EH: Ho/dF LT, RAEBICLLHRBARICISMWLEEL T, FHYAESITTL
£9., SROFHBTIEVET,
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SEHFERKRIT WAL ETELAEEBY, B ltalfarmaco Ao BALE L. T2y
XY X b AT 4 —BEEK, Givinostat ICDE X L ¢, ERNERTHEZREN L X L7
PMDA & OMEHXHBEF 2. BATD ltalfarmaco it & & HICHKSA#TFERTEF L1,

ZOER, INFTHEALTWEHEZEIL L TREFRICHE, 2027 EFNOAZIES LV
RGeREmEEIEL TE WY £9,

Givinostat IZBXIC FDA X EMA THEZEAZINTH Y T, ZoEFOFFHICLY FL T, BARATOD
FZv o R2Z2BEL. F7v 7 70%B<THIETRESADTVAY b XT 4 HI - Z—
ADFBICEBM TCEDZbDEEZTHY £7,

T, BMHOUESEEICEY FLTH, HEDT L, FIRDEARELEZBDIRT VI vILER
T35, AZHFOTZ I RE2ABFTCIINVET,

0%, AREOERL Y., BRAFEOFMICOZTEL CImBAIE TV EZLEEET, AAIEES
ZEALLLBBENWELET,

JYC3  GivinostatDE AT : Italfarmacott(CDWT Life is Rare
%ALFARMACO
00
Italfarmaco S.p.A ﬂﬂw @
1938ER/T (AU, =5)) D nESE BXERM
JEEBOO—) UL REEREE >4000%% >904

WHES LU —RAEEROMRE. ®
& N—TT71>0, BT
RENES. #ER. LOEREZED

% < i C =R lﬂd :€
FHVEREBATIE,. T3> 1> RBIE
SZROTA —. HEMEEHREE e
(ALS) . EEZMEDTOIS L% ﬂﬁﬂ:{ ~ ZEL'E'
=R 65 1ME1—0O
(GMP#E#L) (2024)

ALS, amyotrophic lateral sclerosis; GMP, good manufacturing practice 2

BH:EHTIIWEYT, HZA, LALLBEWVWLET, ZNTIEEAD B, Givinostat 7 v 77
— FDEBEIE TV AT WERBWET,

¥ 91, Givinostat @& A Jr. Italfarmaco #HicDWTALEREL/-WW & B UL F 3,
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CZICRHFEHLTWEEBY 1938 FICHTEINT-. AR TDIZ7/#R—X|IZLTWBIEL
D7AO—NLOBEPECRY FT, 90 HEULTEEERA L TWEL T, EERORHRE, &
B N—=T T4V ZLTRE. TOWokZEEToTCWET,

WAWAEDBFTCEFIZWS IEFR. BREEZLTWETA, Z0OIbO—2oAFMES, ZoH|C
FTavzXBHmIPAbA T4 —, ZLTIZDGivinostat A2 E WS Z &Y £,

X3 FaSTIDRBHZAMOI«— (DMD) EEEE Lifois Rare

(/"3 - fER1]
e TIAPMOTA VBLEFOERECLD. SAMOT4 > ERBOXRIBHER

« BH~SHCIERTER, SAEN SEBWEBENET L. S < (I105RATHRCHITHRS
[DMDEBREBEDS 1 TH+1 I
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AGNOSTS }—DAILY ORA ICOSTEROID TREATMENT
2 BENREORTOA Faf
DMD, duchenne muscular dystrophy

1. 7213 FBH A ROT «—2F1 BS5A> 2014 2. Desmet T, et al., Front Pharmacol. 2025; 16: 1662586. 3

Z® Givinostat, T2y vy XEH I XA 74— DMD EEVWETIUNE L, ThDBESE(IC
‘Y EF, DMDDBEDI WS TREBLRDDEIDRAT7A FTRLTWVWET,

DMD (., X +RA7 4 YERAMREBELTUREIVET, TIOT, YA MA74 YEGREFHIERD
LLIERIBELTWLWSE, WHhWEEBEHEO—27EEZHNERVET, 3EHN D LM TERAHT
T, bREDY LEBEENEEIN, ZLTEHLDBEIAT, I0FEFIETHTLTELRLA
HEEODNTVWET,

EENEEDOLHIELFHRELTVIERKTT DT, EENTETHSERND LT DHE
ATWS T, REIICEHEIT R AED EVWoTo, O Lo TamKUCRY £,
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.)&‘JCR DM D@’ﬁﬂ$ E‘Jﬁﬁ Life is Rare

SAMO74 ‘\/035"\15(:&": b Pathological events associated with
HDAC*&EMEN LR HDAC upregulation?
*HDAC: EX B 77 T ) EEE 3R
= ° 8
HDACOTLHEIC S Muscular atrophy*
Dystrophin deficiency and disrupted oS
HDAC activity mediate the regulation of DMD/ERRA N> b _ﬁéﬁ

muscle homeostasis'3

O Activation of chronic
inflammatory pathways*.67

TSR AE
Zy?."f’phi" O Impairment of muscle repair
R mechanisms*67
HDAC i b
upregulation O Fibrogenesis and

adipogenesis* 7’
120 A | ——
DMD, Duchenne muscular dystrophy; HDAC, histone deacetylase

1. Consalvi S, et al. Mol Med. 2011;17(5-6):457-465. 2. Kodippili K, et al. Front Physiol. 2023;14:1180980. 3. Sandona M, et al. Int J Mol Sci. 2023;24(5):4306. 4. Wilson DGS, et al. Commun Biol.
2022;5(1):1022. 5. Campbell KP, et al. Nature. 1989,338(6212):259-262. 6. Guiraud S, et al. Exp Physiol. 2015;100(12):1458-1467.7. Reid AL, Alexander MS. Life. 2021;11(7):648; 8. Ervasti JM, etal. J
Cell Biol. 1993;122(4):809-823.

2D DMD OFEBEFNAREHE DA T4 FTRLTWET,

FIFEBFELLALLOIC, PAMA T4 EWHSEADRDNERA, INDHRLCRDZEICK
D, ZDH, WAWAEHWHZAT—FEAHEDTTHA, HRELTEXR M RTEFIALER.
HDAC L EWTIA FRy 7 eFmAEITH. ZTDHDAC DEELALERL ¥,

ZOHDAC E WS DIE, bebEiEHROhTaY bO—LENTWEDITTY, s ar b
A—LENTVWAEVNE, WAWALERFOERBENEEITITONAVNDT, INIEFEFEICI YT«
ANBIEILHEY)EFT, DENIAPAT AUV ET, BEELTHHELAEZDOTTH, £
T-RIOBBRTY R bA T 4 BN ET, 2D HDAC EWSEMEAENA->TLE-> T, ZHIC
Lo TVWAARIEERAHTL B E WS Z &I Y T,

COFNE RO T AV ZDOHL0OENITEZDITTIEGRL T, PR AT 4 VDL BRBT TR
BHEDARV A, TV DELRAF1—FBE WK ICHY 9,

EABRARY DRI ZDHNEWVNS DAFAIIRENTWT, ZZICEVWTHSEHY TT, BHE
fa. BUNLRAE. BHEERNDIET. Z L TZOHER,. Hoigil. BRI >~ TEET,
TOWSTmARY FAHDACTEEDNENDZ EICE-THTLCAEWS 2 EIZHY £T,
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A\_JQB Givinostat : X bO7J « > RIFICKDHDACDTTEZE N X D EHI4 Life is Rare

DMDIC K DTU U/ZHDACZEET 5
L THIEREOFIGZERIET D2

|t GEE. BEEORE

" RMHEB SUERRAEDIEI

Givinostat " EEOETIE, EEEEDHEIES

Givinostat is a potent pan-HDAC inhibitor
HDACPHEH

DMD, Duchenne muscular dystrophy; HDAC, histone deacetylase.

1. Consalvi S et al. Mol Med. 2011;17(5-6):457-465. 2. Kodippili K, Rudnicki MA. Front Physiol. 2023;14:1180980. 3. Bettica P et al. Neuromuscul Disord. 2016;26(10):643-649. 4. Sandona M et al. EMBO Rep.
2020;21(9).€50863

5. Mercuri E et al. Lancet Neurol. 2024;23(4):393-403. 6. ClinicalTrials.gov. NCT02851797. Updated 2 February 2023. Available at https:/clinicaltrials.gov/study/NCT02851797. Accessed August 1, 2024. 5

Z DIRRAEHIZ B EHA Givinostat, LAIADFOBEERICHY £,

FIFEHDACH LR L TRBDEWVWSFEALELEA, ZOLEFAIZ 5, HDAC 2fEE T 5.
HDACBEZEHI & WS Z &kl £9,

FIFEDBRLTTINED, TOLERZMMZA LT DT, BRI Y £T5

B DIEEBEIMEE

INT, O, £ L THOREME WS LoIMFIan, ZDRERE L TREDETHINE

SNT, HITHFEOEHFEEIHIFEINLZ WS ZEICRY ET,
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JYC2  EPIDYS Study : iBSMERFRSBINERERDFT Y 1 > 13 Lifeis Rare

- EEACESRITER T S R B ER
o 179RDFITRIEEIRBIRZ 21 TEESR(CENT (Givinostati® 58% | TS t/RI%5EE)
«  D)LFIORTOA ROHET. GivinostatE/z (3T S RERS

Givinostat oral plus corticosteroids
‘ Gwlnqstat ora! plus
corticosteroids
Placebo plus corticosteroids

.................................. OUE sfiidy

OLE, open-label extension.

1. Mercun E et al. Lancet Neurol. 2024,23(4):393-403. 2. ClinicalTnals.gov. NCT02851797. Updated February 2, 2023. Accessed May 9, 2024

https:/clinicaltrials .gov/study/NCT02851797

3. Vandenborne K. Oral presentation at Muscular Dystrophy Association Clinical & Scientific Conference; March 19-22, 2023; Dallas, TX, USA. 6

ZDOEFNOBEEERLI-OHNZ OERKRER T,

SEHRLT DI, Italfarmaco #EAEHE L 72BN DRKE NFEHERICAY £9, ZZITRLT

WBDIEZDTHA > TT, BEALDETLT 4 K (ZEEHR) ORBRT, 17920BHES
AV IIL—FLTWET, 770 R EREFHTHREZ L TWDE, T2 BEOKRERMZRITT

k= LT, ERERTWBs WS HBRICAY £9,

AYST  EPIDYS Study: HT(CH BRI EIREHERET OISIZHDR Lifois Rare

Givinostat (&, FHTHEEICEERRSDDHICH VT, WREFELEELT
BEhISZEETIEL (728KR)

KBEBEHEESUNLRN T ZE T HIEDEE*

35 1 Control (n=37)

- A=-4.44 ® Givinostat (n=77)
- P=0.0235
S
Q 25 A A=-4.38
+ A=-3.95 A=-419 P=0.0026
§ 20 { P=0.0033 A=-443 P=0.0009 -
7] . S
3 5. P=0.0009 z
= =
- 10 5
= [0)
(]
E 5
!

The images on the slide are from a single patient and may not be
representative of all patients in EPIDYS

SMAILES AmR—SARS HEERAS AKRRIUZRAS /\LAXRNU>D

*P-values are nominally significant, but not statistically significant
LS, least squares; SD, standard deviation
Vandenborne K. Oral presentation at Muscular Dystrophy Association Clinical & Scientific Conference; March 19-22, 2023; Dallas, TX, USA. 7
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FOERTYT, ZZICRLTWADIZERILDEZATY, HEETCOREBLLEIEILE L& W
ST —XIZHY FT,

COTOHOAR, ZNEFA A= 70ICHRY 3, 22 TEHKBETREINLTWS Y fAO—
e WS DA T T REE, 8D Givinostat ZR 5 L7=8£ICA Y £3, T2 B TENS S WEHRAD
FERFIL L TWL o TWLWBDA, EWLWHDERIEL TWLWBHIFTTT,

ZnNE7Oy b LE-OWNERIOESZ 72k EST, T2 THREL, REEFELRT, KED
N=AFFTNIEEWNFEREIFIEIPEATHWDE WS ZEICHRYETOT, BEWVIEFEIALLNE LD Z
EliCmY ES,

TS RAIKE,. EEL Givinostat ANFEE, I TR TWEELCEBY . BB Givinostat ##%4&5
L7ZBEDIE D A, BERHEDAEA TUOR WL, HFlEhTWd &, ARSI TWD E WS Z &i(C
Y E9,

ZAYST  EPIDYS Study: EEFHAEIEE_4SCHER (72BFRTOFIIE(LE) 1 veirre

T2BRRICHEITERA—RFA Mo DFHEL R GEXHER)

» Givinostat + JJ)LF IRF 0O R (. 5.0 - S
TSR+ ILFIARFOARELR £ 4]
LT, 72BRRICHNT, 4SCitBR 2255
BRI DB E1. 78RS S B T2 E% 30 -
52 2.5 -
*4SC: 4ESBEES v 2.0 -
° 15
1.0 -
0.5 -
O .

Givinostat... Placebo...

*Data are means and 95% confidence intervals. The confidence intervals have not been adjusted for multiplicity and should not be used for hypothesis testing. Baseline mean values were 3.39s and 348 s

for the givinostat and placebo groups, respectively. All patients were also receiving systemic corticosteroids in a dose and regimen that was to remain unchanged over the follow-up penod.

4SC, 4-stair climb; GLS, geometric least squares; s, seconds.

1. Mercuri E et al. Lancet Neurol. 2024;23(4):393-403. 8

ZNNESRBRCHEOR AT LB DD,

CIHN—BDT 747V, EEHHEER L LTRESNTLET, TNIFASCHRBREBVLTWE
TH. INIFLAERDOBERE LS. zoFRZAZARICAY T, b 12 BREKRGERICHEZ
LTWZE LT, Givinostat 'k, 77 HRARETRLTHY X9, ThIF EZEFEFZAELTL
20DT, BLENTZOIAVLDITTE, 2F U, N=AVhIWIINLLBHLTVWEENS T
1272 Y X9,
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DIFEIE. EBRAE—FPRRE2DITTIEHRLC T, BIFEBFEL L2L D ITETHEDRET LD
T, CAEABLLGRDZENTZITIEOONEAEWHIBIETRTWEYT, DF Y 72 8F%ICK
LB 27277 ERICHENT, BEL Givinostat DIREICEVTIE, R—=X T4 VA HLDE
LEN LI WIEL 2/-&, L2DITHDBEFENZT I ETEMLA N >TcE WD Z el £
ER

JYST  EPIDYS Study: BEBRIIBHSNIZN,. TOZL (IEHEATHE2 Uy e

‘?) MLERrE .!ﬁ /)RR A 0/‘./.’) thtRERs £ 5

EPIDYS StudylCHBUWTERESEEZEDELY EPIDYS StudylCd5\L\Tgivinostati% EPIDYS Study(Cd5\L\Tgivinostati%
BESE% (AE) SEBED32% CM/IMREGHA D FIR S52ED23% chEl (FUJU
Ulz—7. BB CIEFRRULN D TUR) EFMIRBUE—A. 3B

& T (36%* vs 18%!)
# M (29%* vs 13%t)
# 8% (35%* vs 26%T)

[ B COFRRETR THOIE
& RUZJUtY RMAE (5300

M/ IMRERD FRA DR T (S8R RIA % mg/dL) (CKD. givinostati% 5 &
\ — =N Sy ) oL T % T 3]
FEBIODE & A & (HEEE P S ih_c)?;{{_lgcl;ggbbn JAEHAR & ;g{{nfh’—‘?q]lt\ 8% CHBIE "

TR B, SR EER TRIR
DEOFBE TS, M/IMVRRAME(C B

IS LRI « JaBBIaE2 0 AR EUTRM. Mg #ME73Eom
[CHIR BHRNHIR

*Givinostat; tPlacebo
AE, adverse event.
1. Mercuri E, et al. Lancet Neurol. 2024;23(4).393-403; 2. Duvyzat US PRESCRIBING INFORMATION Revised: 11/2024 )

R, BEERIZCOWVWT T,

ZDEFIENFHEITT L, bHBAABFEZRIIROONTWET, ZZICBHEDEEY . K
20~30%DEBHEIAITENMNERBELZEOI-BEEERLEVIDIIROONE L=, TDOELITEE
TRET. BEDMEATIEE, E WD LRILDBEZERARD LNI-EWVWIBRE(ICH->TWET,

= SCRIPTS

Asia’s Meetings, Globally

10



NSCR  EINBISEEE

PMDANHIEBI SDRERZRETX
BT —FICEDE2026FNDERBEEFE

O s 151>

20265F  FmAMRRAERRIEE RBRFYHAS - ISk, W
BLEIRSEAGT A
o 2027(FAN ACEEVS. ARSSEEMA S - BAADMDEHCHSIIZPK (FMBIEE)

BFRORENT—HDIREE

BRAEGIER + 207 (HiTolEg10%a. H1TAA]EE10%)

© BFAEHRE LIENDERRRRER

BN EENBES LORDEOFE | TREW - EReEE
- EANRE - EEC(FMIZUTES RS HIR - 608

HIELaERET BB E iR A

DMD, Duchenne muscular dystrophy; PK, pharmacokinetics; PMDA, Pharmaceuticals and Medical Devices Agency 10

IHOASHOREICRZNERBWET, TOT—X%H->T, DbbNIZKEED 12 BIZ, &
DFEARDY—7 v b THEMZEALEL T, AXFEZILITCEE LT,

PMDA EMEFA L. WAWAEXRYEY % L T, &EZAIZCPMDA £ OXNEBIEDFEZEF 2 T,
AT —RICEDOWT, LIFEEEFL LABATORKRRRT —2ICEOWT, 5F, 2026 &R
DEHFBFHXFELTWET,

EAD1EJB BEEXALTA Y, 2ZICHAELCIEEZZNTVWET, 2026 ERNICHEFZ L T,
2027 ENICAES. RGchHBEBEL-WERBWET,

InICEFNEAITLT2EE, BHRAZNSRE LI-BRERARLEBLFEF T, CNITERD, £ITE
PELLI-BEF -BELIIMILTCERELET, 2FVBADT—XTHEBFEXZLEITH., HEA
DTF—ZZ, BEAOFRTCEARBREZERL T, JIEN->-TWwWC WS Z EIchY) £9,
HENEIERABROBMEL RLTWET, ARIOKKOT—7 I TT, RBET VA VILIEERDEEE

T, EAEL 20 &, HITRIBEDREIA 10 L, HITHATELRVWEEIAIOL, F—%IL 204
U 7I—FLT, 6 hADHKESHEITORBZETBLTWET,
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XHCZ DMDIBERODT XY AT 1 hI=—X Life s Rare

DMDEEE LT, EARTIER2EFINAZINTLD (X701 RZERL)

WNHREIRDDMDES"
o ] MRessowsw

B=:
. , L RAAVTAR R OB E
BETFIaR v || v TR
. 3EELLL B BOBE

- e 2 _ B=:
IOYIRFYESIRE Vv “ B EOBGETEREE T HEE

BREETEEHPECFERDEMFICEDERNRERDEZEEZREN
TIORAY MAT 4 HIL=—X(EKEF LN

- _ R
Givinostat VoV BN 2504 REHETS. SETRReRN LOBE

AAV, adeno associated virus; DMD, duchenne muscular dystrophy
1LRMINBEREECIHICTAR 2 RHISFER 3. TOVIBIFYE I CLDARIERS X 0D« BEFORKNEREIN T SEE 11

RIZ, TODMDBEDT7 > Ay b« Z—X, ZLTZDT > XAy kb« Z—X|Zx L T Givinostat
DEITDhEWI T eaEBFLLIZLWERBWET,

WAETIE., X704 FUATHARERNTIEZ DORFAARINTWET, —DIFBEFAE. —
DFTIYVREFYESTICRY FT,

7272, INSLOEBFEETIE, REFBEREBOBIENEWSHIRE D -7V BEDEETFEER
DEWENREDPEFTCEAVWE WS/ L) B, WREBEZIADVHIRING, FEBICEENICAD L
WAT U AY DN  XT4hHIL - Z—XAHY £,

ZZIZH LT, £ED Givinostat (&, 7 XU HERINTOEROZEHIZHY £FIH. 6 mULDE
EEIAT, BEFERICBRAIREATEDZ WS e T, BT R2H &V LBLEVEES
Ao INETEDERINTHBELZIT ONAN 572 DMD ®EHE I AIC, SEL Givinostat &
BEITITHIENTEDEEZTVET,
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JLCR  Givinostath'ZES| 9 S NBM RS it Rare

- KE) e EOBE
Givinostat Gy 250 krmmes. seamneantons

[ 3x{TOJRE/6mRL EODEE ]
BX(C351F 3DMDEEDAR' ElP1,000 A E

4,000

3,500

g — — AT R  5,00075F/4F2
B MREBEDT0%DMER E8E
g - -

: N

DMD 6 A 6L Exon44 & FTAAIE
%= $350(58

BEH 53

1. GIRTERERCHE (|1 7 REFE 2013 45(Suppl ):$324 , Remudy (Registry of Muscular Dystrophy) , 35 &U'Nakamura H et al. Orphanet J Rare Dis. 2013,8:60)
2. M Dgivinostat AR IR MEEE(CHEY (HHEAN)

RIS, EPRAEDERICK Y FT,

SHELLIZEEBEEZ T &, Givinostat (2 6 U E. M OBETFERICEZRACKERENTE
ZEWHAIEEEEMOTVWET, BERICEITS DMD BEEBEIANZNICEHT 20 ENHWNE
LNEDOHNEWVNIDH, Ll MOEHDOFITRLTWES, 2F0 DMD BEHTA, ELWN—=T
TH, ZORT—FBRDBRDONR—TTH, §1,100 A\DBEIANSTAERRBEIALLETH
¥9,

ARINCITEEID. HMTAIREL 6 MU LDBEZIA. INHEIFLE 1,100 AEFWE LD,
1,000 AU EERICEONDEEA D & ZDT0%DBEI AN DOH ZERIN, H2BREIX b
AR 5,000 AL ERET NIE, FTELEAKI 350 EAICHEZD EWSFEICAY £, Ihidhbn
DNDEEREDNOEZD EFRBICKELA VT BB FICHY) £T,
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JUCR  Givinostat7y 57—k — Key Takeaways (XHDER) — Life s Rare

@ 2027FACERRERUSL. BRS5EBA
PMDAL DIEEHIERZIEFE R . FRTEZRE
BN DERPRIHERAIEZ E(C. 20265F M (CELERFT AR A ZRIE

© FEBNRRBNOEREM

Givinostat(FEEZ FEE (CMKF B9 (C{ERRTAE
- RKERTAY bAT o4 HIL——X (T3S

BENIRT > 2 v )LIFKREL

INDBREDAZA RIZHY XS, SHOY YU —IZRY T,
—DHB. 2027 FRNICAR G L. ez EELET, chidsFEL LB Y. PMDA &
DHEFEREEE AT, ARAE. RERFPEZRELER. COLIIISEITEY £,

OB, ZNICE > THFREANBEONONOIEANDKEREMMNPFTTELEEZITWET, £
DEHBHEIZERN/-EBY TY, Givinostat (TELFERICKEFEL T, BRETETHEEIANIE
BICRILSBEONDZEWNWSI T E, ZLT, FIFEBFEL L7Z3B0EHEEVL S TS, bhvbho
BEREDNOTDEFRBICKERA T b KTV vAhHdENDIZeIlhY £7,

Ao DT EICTY £7,
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BRICE

A& [M]: ZnTlE, IhEYEREEICEY £,

BT F YR NDER, ZOBICAT A TOERLISOEMAESZITWLEY, JHHFDIESE
MEFLEDIDDIELAITTVWELEZEITDT, T2— M42BBO L 2L EBEFIEB -
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1—D=HEVHZ TV E-WTT,

FRHRFTEOTAILA b—OF L, COBOEARFD 15 EMICLERTE S WHREBERTRET
BARETHDOHD, FLTP/LADEEDHA, ESWVISHICHEBETEZTELIRELZDD,
SETHFEIERITTCWLEWZEBSOTTA, Hol-vTEBBEVLWWZLET,

Rk [A] : TlE. FELYBBZVLLEYT, TEMDYDESD TS VE LT

LEICOWTIZENIICHEL EIFe B YIEBERTISWET, TN F/EFOFEDRBED & &
ICHRICELDBRITIBICHEZNEBWE T ITNE D, REBFOTALA =X IDH-7-& L
T, ZOXIMNIDEF L TIEBEEN L TEIHNTZEFTDOT, HBEIFEHICHI>TOENLI-EFET
FEWH ZEIThBERBWET,

MR [Q] : /A, HEZNEFNDITTEZTHEWIESIALLTT A,

BE[A]l: DT TEVNSEYE, FOEXICIEDIYAILRA b=V ot-ES5ICREIZLTEY £
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HEQ]l: phVE L, HYUHDPESITITWVET, TIE2HBEBOEMTY, INHLUFTE EERTH
TRCEZENMEZTLWNIEOINLVLDTTH,

TAY D TORFTEZEOERARRICONT, OB Lo BEDIFTTHATWZLEE-WERBWE
To PIZITEFICE S WS TATFALDEEIAICELONTWVWEDA, EH5WS EZAICIEfEDLN
TWHELWDA, EDLSVDOHBEHLONTWE DA, £ WIERE DHANERICIZTZ L DA,
I, AITHVWATTIINESLEEHZ W2 EREBIMY £7,

AZI[A]: TEBEEHYNESTISVWET, AEBETCIIVET,

KXEICELEL T, FBEHOFALGBEREVLSDIEbbnbEFbEbETHEY FHA, —HT.
MMIXEORBNFITAIRE, TNEE. EBbHHLEATWS, F/4IEXTO4 FOFEAIFHIRICAR > T
WEWE WS & ZADRRIN & DA E L TEE S BRIl > TWET,

ZIOWST-EBHKRT, BHRE L THTWABDIE, non-ambulatory & WS A, HITTEDEBE X AIC
HZDHMEHLDNTWBEE WS BEEIFEWTEBY Ed, H5—2F. X704 F&FE-oTWARWA
HLERAINTWBEEWLWHIRRIFEVWTWE T,

REIC—DEMSY LN EDL, FFATIN. COBRRUDVTHWSLWNELL/NE -V THA
INTLBEHEBLLLLPDE, TV IANShNMONIIFTTVLEIERTIEIVET,

EEEMN 2024 F12 51 EBWET DT, §2F[Mi->T. ZHOWLWoTETEHLON TS EWLDIRR
T9,

MRQl: VNS TEVET, ZDLYE5bso & FIRITETFHFEZH > THEICOLD
BESANIOLLD, ZOIVIBDHLBEHR-THALTEDZLDHVETTLLI DY

BE (Al SOEETIEEARMICAZ L W) BRI TEAWVRRICE>THEY £7,
HEM]: 90 E L7z, UETT, HYNESITIVET,

A& Ml HYPESTIVE L, ZNTIERWLT, BOK, IALLBBEWLET,
&0 [Q] : KMEE., BOTYT, £ALKBBELWLLET,

REMICIIEEOBRREBLVS ZLICEAZEBIATTUINE D, BESOMET DR E L
T, BIGFE, ZNDOERDEVHFEVIDNEDLS ITHY XD EBEEZANBENME VLTI
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= SCRIPTS

— ) .
- Asia’s Meetings, Globally

16



XPC7 DMDBRODTP > RAY MAF 1 HI=—X Life i Rare

DMD/AEE LT, ERTIR2RENARENTULS (RF0O41 RZERL)

m b tal

=F N
s 2 — - HAAVIhTAAD IR DB E
BETFiamR Vel v A
- 3Ll L8 RIGDES

s wES e B%:
ToYZAfvE OME v: v REORETERERT BBE

BEZETIIFEHPECFEROERHFICEDEANRERDEIEEIREN
TIORARY MAF A DI =Z—X(TKETL

i _ HE : GRLLEDBE
Givinostat VoV BN 2704 REMATS. SETRRORLEORE

AAV, adeno associated virus; DMD, duchenne muscular dystrophy
1B BCHHICTHRR. 2 RFEEREZ 3 TOVISIRF v ESJCIDBMAIREL DR FOD 1 VRETORENSBESNTVSES

SEoL¥o7E ), KEEI—RAYNXTERTEA FOHAOEH. ZNh oHITalgE. TBE
DETAHNED, ZNHHLI—A Y /NTREHMEART. 7TXUVHTREBEEAREWVIICHE ST
WBATIEEWLWAERSATTIITNE, BRICEWTIEZDIAY £ Wo 72kl Z 5 & n
IR AE XY P W NIEERWET,

AEAl: TBEEHYUNES ZTTVET, BRETIIVET,

—ECZEZHRL LTI L, KETOERZOFFEZbNbNE L TEBEEELTWS EWLS DA'B
BRI ET, 2OERELELTE bbNIEDMD 25 WEHP A A7 4 —DII 2=
TADHLEELKTARA Y avEIBTWEELATTIINE D, BEAD, H2WITEERK
FDO=Z—XELELTE, FITTETH, ERFEFE->TEONDHIE. BDL T OBEREE MRS
L7ZWEWD Z—=XAFEEICEVE VWD EZAPBHY EFT, THL o278 lanrn, bbb HF
BEHTZIWS@EmE L TEWY X LT,

HI—D ATAARTTINEDL, THELICEALTHVAVWALREEADIBRIIVET, W
ANAIARBEREIRNFE VWS 222 —XELTERXDRDTHNIE, £ ZDOEHTHIEAHEWIZS A
EARWELWHEELBEWTBYETOT, ZHWVW 27— %EIL, T4 RAhvy>aryzENRT
WseZATIIWNET,
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1. ERIEEE RO (1 . B & RiE. 2013;45(Suppl.):S324 , Remudy (Registry of Muscular Dystrophy) , £ d-UfNakamura H et al. Orphanet J Rare Dis. 2013,8:60)
2. N DgivinostatDEB I A M EEE 1T (LHIEA) 12

BOWQ]: HUNESTIVET, ZhiCHhhbnT, 12 =D 350EMHE WS THRAT,
1,100 A& A, 1,000 AED, ZOWVWo-HFEADH EICTHBEEINT-DIEE S LTHEATL &
Do

SDOBEFELE, 2,700 ANEDRICEE LW Z1EWTH IS5 TALRHBWLWAER S ATTA, LW
MNTL & DD

BiEE (Al - BOSA, HUHINESITITVWET, FETCIITVET,
ZIDETAIEEESLRDEBYTIINET, 7272, bbb e L TIESHITAIEEREEZEIA LW
STET, COHMFABRLLTWADITTIENET, -5 LB L5 ICBIOASITIEEL BE
SAICETIHARTENIE, ZORBEHEEZDONONITERL TWEDHITTIETVWETA, ZDOEDIE
RKEBTYTHAREWS ZETIEZTWETEITNIED Y AT-WeEFLET,

B0 [Q] : it e L CIESHITARARAAICHE - TWAL T L5ICEV DEBEELTHL- LY
SZUINEDL, FRZFUFICEDLBRBYHY DL EEBRBRLIIEIIDNEIEZITL LD,

FEEA]l Z2OHEICOVWTIEZD LD ICTEBRW W TEEANAEBWET,
BOM]: 9HrVFEL HYULHESTENET, ULETT,

A Ml :HUNESTSVFE LT, ZOMIBEBRUWHADTL & 5 b JIKER, BELWELE
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NIAt [Q] : SBIFES DR TS, ZTHEBAHY L ED TSTWET,

by 724D ZFRFIIFEREICERLI-DBY TTIINE S, HIEORBZEBICOWLWTHR TL
7ZE0, ZNIEZD. BEDFT. BlTH 2720 B EVWEERS ATTH, filifticE>TEDLC
LWDFIWETA->TL D EDNbNIFRTEIFIFVWLDOh, FEEMERE > TOAVERKTE
ZAICKWEEBSATTIINES, IBEEARZBDEMDBNIEEBEWLZITALTLLEY D, B
FELWZLET,

Rk [A] - ZERH YA ES ZITVET, FETCIIVET,

Bol»deBlY, FLEEMEIF-THEY EFBADT, BHFTHEEZXTIDILEBICH L WLWAT
TUNEDL. bbb ARERBLET TV EEBY, DWW b DDEAZKICOWNT, O
APDOBIALEVWETE, LAY OLWENERERT-EFEZTEY £9, £ VW) EKRTIEEL
DHEHT, HARFUBICHEABVEML TH LR IEHILEEITVWET,

ISR EPIBAFEEHE
PMDANHEIBI SDRERZERER
BT —SICEDE2026EADHEBEEFE

O mRs1L51>

* 2026%FA  AUREAERRISE HRFYA> . HFER
B S ARG AGREHEE
- 2027(FA AGRHS., ERSTRAMA ai . BAADMDEE(CHIFBPK (EiEHHE)

BILUREHT—IDIRE

- =] EadilE= « 20% (HBTOJRE10%. HITAAIEE1042)
© BARAENRE LB o R, T
- BNEENBESSURSOE | RS - SRR
. EIPEEE - B (AT L TSR BSWM - 617
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DMD, Duchenne muscular dystrophy; PK, pharmacokinetics; PMDA, Pharmaceuticals and Medical Devices Agency 10

N#[Ql: Hh WV FE LT HUNESITEVET, BLroLRIDOBOZADERELRYAIDA
TTIINEL, 5E. PMDA L OEFMEZXRICBEWT, ¥ WHEH, BHEATEHIEL TLLHA
EERESRAZVIE-TWEEERESYATT L1,

S, KETOERRBOEZHAEIEL TWE-TEZATTITE, HAHARE, CHAHIRTHEFELTH
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WTEALWTT D, ZZEFTIHREARLTHE LTEZALIEFSHAVWTTH, INARBEDERT
ERS
BEIA]: HYHAEHDTIWET, RETCITIVET,
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NMF [M]: ah ) ELT. HUHINESITINET, UETT, £LLET,
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T. PMDA $ 0Z L TWA DA E WD FIREZITE L1z, AR INRICEHERE=2Y ~
TOEHDNEL B> T, BIZIE—RBEDDLEED, THO WL Z EICRDAIRMEITHDATL
£0D. BIFWATH 7Y TORDFHENVEHICE > T, BEEIADNE I DZDLHAE
W, EWS ZEzmERLIZWTT,

AEIA: ZBMHYNES ZTVET, RETIIVET,
EICEMOEBRARNDEE WS TERSH - EBLETIINE DL, BFBATERZE-

TWT, BRTHFEZTZEWVWS EEICEE, BAAT —XDOEB LV DLWERICEETHD LW
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VRIEEEY. BABREGDLNHY) £TDOT, HEAADBEZIATOERARRIE. FEBICEZDOER
Zzhlco L T<NEEB->TVWET,

ZoWoBarbsrznT, bivbié LEF L THERERABREERT 2DIFIEFEICY —XF T ILRE
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JJICR  EPIDYS Study: S{FICHERTERGHEMTOIRISSHORM

Givinostat (&, FHTHEECEERSDDHFHICHNT, WREFELEBUT
EBihgeZEETEEE (728R)

KREBEHELUNLRN T (2E T BT &

e Control (n=37)

10 4 B:AA5 u Givinostat (n=77)
o P=0.0235
S 1
2 25 1 A=-4.38 _
. 4=-3.98 A=-419 P=0.0026 - |
5201 P=0.0033 A=-443 P=0.0009
5 g 5 et
g 15 P=0.0009 é i
3 = s
g 10 A o
(] The images on the slide are from a single patient and may not be
E 5 ~ l representative of all patients in EPIDYS.
v
-

0
SHULRE xRR—ERRE HEBURE KERMEAR /\ALAZXNU>Y —

2 & ezﬁe nominally significant, but not statistically significant.
uares; SD, standard deviation L _‘/

Vandenborne K. Oral presentation at Muscular Dystrophy Association Clinical & Scientific Conference; March 19-22, 2023; Dallas, TX, USA.

WWARH [Q] : BfgCTEF L1z, HYDESTIVWET, TLEHA. B 1 87T, BEHEEDE
TEWHEZA, INHD—FOHMRHIBEBIATTIINE D, ZOHMREVSIDIFT IV RF
vV TR oT) . BRFABETIEERINTUOARALHRICARZATINM A, TVWETA. £HH
DEXDH LoD mEBITVLDLE LNBNWTTIFE, R TLEIN,

‘§I§ [A] ﬂi)‘)ﬁ‘t?;élﬂi? BETY,

b T -2 %22 EREL TCRETLWEIDOIITEIIVELADT, ZORIBMNZIZELL
ATTH, TOT—XIZBL TIE, Givinostat DT —X & L TIEIEFICEE 4R, PD (EHEHM
B) L WS RIBMIFICA > TWET, Mode of action ZEfF 1 2EERAIEZIR T, LA EENLT
ETCENENDILDEND T ET, TIHEBICEELRRA Y MTE G ->TWET, BEICDOWNT
I, BLIRZLWTT N ED, REEVHIRBBIEISDE ZARDHRTIEIITVELA,

INZTIT T, EROEEE. 4RBEEROEARBEREWVWS DA ZEbL27T2E WS ZENHY FT DT,
Z 5 Lo 7= Mode of action 7' PD A% > T, ZNA SEERERICOGA Tz WD T &% TR
BAY 27012, TNIEFFFERBICVWWT—XTZE WS T ETTIBNERLETE LT

AR Q] : ph Y E Lz HUNESITIVET, HENICTYZHLRIYFRAFT, Lo
MY TF=ZHFHTVWEDTLLDAREIFBIATTIINESD, BROBEES AN OEEREIE
DETFTEVWIDEENCHVWEZERINTLEIDON, £HOWVHDEKERTIEWLWADNTLEI D, 74—
FNy Zi3mArBEVTHhET A, BRD S,
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AEA: ZTBERHYNES ZTIVET, EEADVEBICERINZIDOIEE, LI YERKERKE LT
EDWVS T ETAILMRD B T-DHEVI RIZEBVWET, CNFHORFTHLRERLZERS
ATETINED, LIIVEENRETILEVSIEIAZ—BERINTWE LD BHRER >TH
VET,

.;QJ CR BITHENHISNA DR E 2 Life is Rare

» Givinostat& J)LF IR 0O1 R (BB#EARE) ZHAULCEBE TR, EESEEBOEBE SR
LT, HTEEHN 2 oFEMiiT =Nz

(J\F'— KLk 0.42; 95%{S#AX ) 0.23-0.76; P=0.004)

1.0 4 Givinostat Control
Treatment group Parameter e A
> (n=142) (n=142)
% 0.8 4 = Givinostat Patients, n (%)
© — Conftrol group
:g o v Conored Assessed 142 (100) 142 (100)
Who lost
[
& o4 ambulation 382) )
E " N Censored 128 (90.1) 103 (72.5)
>
w 02 | | Age at loss of ambulation, years
181
o | " 104 152
0.0 4 Medlan/(@5%Cl) (18.09, NE) (14.70,18.31)
0 2 4 6 8 10 12 14 16 18 20 22
Ags traani P-value 0.004
Givinostat 142 142 142 142 141 119 72 29 8 3 0 HR (95% CI)* 0.42(0.23,0.76)
Control 142 142 142 142 121 94 62 35 1 3

*HR and associated 95% Cl and P value are obtained from a Cox proportional hazards medel, including the treatment group as an independent classification factor.
HR, hazard ratio; NE, not estimable.
1. McDonald CM, et al. Ann Clin Trans! Neurol. Published online August 19, 2025. 2. EPIDYS studyE ST7 — 7 &AL TEAREHR SO E{T > Izpost hoc analyses (FBEAFHT) 18

Z Z DD, BIZIL 4 BREERORBEN T 7t ANBE LR L TERICENH T WD EZAT
Hoto) ATEDITDICHAFVTEBY FFITNEDL, HITOMRNFFa 7L MY —EHEL
TR29FENIECHLWHUE L, 2V T— A RIE Y REFICE > TIBBBERRFR 7 4
vhELTRITANONLT WK EBWET,

H O —2lk. TN%EE X 5 Mode of action AMAI T, FERAEFEETE S Wo 7z Z EARBHLNTWL
T, BREREBROFTEI WY R—TFT AT T—2hH5h, ZITXAONDDIFFBICEET
9, AFNCBIL £ L TIE. Mode of action i Z DEFDEDH L oY EFAATETULT,
ZDO—20 R L DINFE & B E 9,

thARH [M] 0 K<Y E LI, HUNEI TTVET, D oIFUETT,
AR [M]:HUNESTITVE Lz, T TIEEELT, KBk, £ALIBRBELLLET,
KEFQl: mERBLET Y b2 XV bOKETT, HYNEITIVET,

FEBICVWERILEBSATTIINE S, RERBEOE EDEHDBETT &0 ZDEANRS
TESRLEIDEIBIETOLT T AV —XDEDEAEEZTVL - Ly 25ELEEBRLTEY X
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T, FRLEZREF CTIUINE DL, BROAHOMEBRKRICH ZDL S BREFNOERNADEA & W
SDIFBEELEEO—D2/EES ATT,

BOT, HHICEVWTIDEL I BRI LZILICHMDILEMTESHEEI TELONDIDONEWLS Z L
DHERE., T THIHBEDBERUAEZHBED—D2DE Y F& LT, T ltalfarmaco A &
DHEWTTR, EXVIRIBTIOWVIENICESTcDDEWVNI ETAICDNT, Bz BFEL
TENIFEBWET,

BHEI[A]: CEEHYNES TS 0FT, BHTT,

FTRVOERT, MICHRELELDICEAZEEZTVWDIDOANEWNWS ZETTH, INETHHE
LLTEREBY, bObNORBEEOLNONOEFEICERL TWEELDTHNILE WD FZHERT
ETTIINEE, BEATEY 9,

7272, SEIO LS IZ, BICRKTEAEPHINTLT, BEARLZIFIXERY bHAZEVWTWS, LAd
ZNHhHNHONDT7 4 —ILFIZERLTWEEWVWSHDIEFZ ST SAHEIHITTIEHY £HA,
RHESIRBATVWETLIEND ZETEHRLCT, bUONWDORXZXELT, ZH L aTebivbhd
BHY, DbhhbhDSPA5E L TLEZEICEBLTL2HEDAHNITEAL ET LD EKEREL
TRATWEZTNIEERVWET, WALWALEBLEL>TWVWE 7 2 —XTIEAWZ LIFBL L
TcWEBWET,

EIXRHTCIDHEIZRDIITE DN EVS DA 2HFEBOEMALEVWEY, TNICEAL T b
NONIEEDTL ORI E VWAALSHICRERT S, LTy b2RHT 2. SEDLS %
BATRHGTEHORRZRS7HIC. BERADEAGERERPEIALFEEZ L THY, #ERNIC
BALBRMIAEDI 2= a vl TETHBY £ LT,

ZDH T, ltalfarmaco SAEBHWAARBFEE L TWCHT, 5 HHERUANDHE, T DMD (2
BLTZOHZRAZELTVWDENWS ZEEHM->T, TN THADERD LT, Z0OHIOBARDEH
ICBEWTICRATEBREEDNHEIHDEWVWIFEICRELI-EWS Z EITHRY T,

KEFM]: HpUMNESTIVET, UETT,

A Ml :HYUHIHESTEVWE LT, ZOMIEMIZUNDATL LI D ZNTIE, 7FUVRX D
FUNZ, AT A TOERLIEFOTCITEMAEEZITLIZVWERBWETA, WHATL &£ 95D, FiE
B, £ALCBEVLELET,

MEQl: dLWEEA, HYNESITEVWET, 2EBTY, T R=YDERHEEDT —XTT,
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F—RZDHLD L2 T, N#AT > bo—JL 37 ¢, Givinostat |2 77 ©. &ht 3 & 110
Ao REEEIE, BIOR—VEBE 179 ATT, EEZDRBITICEST-BEFEHED D AR WA E, O
vhBA—LLELBEVWEEBRBSATTIINED. BIEIZIFIE1I X 2DFEEHAT,

INEBATIARICENICENGD ST-BEIADNETELDOD, ALZIVHIERIESLY X
9TL &I Givinostat D=7 T 4 DR ERMBSTCATTA ZHWVHDIFTHARIZHT
m, A hPA—LEBELTWEEESATTA, TOMYMBHRWLLITE LMY £,

E[Al: ZBMHYNES ZTVET, BRETIIVET,

DERDER, EIVLLBEIANBRINI DALV EZAITDONTIE, 5, BERATE
A TELVOTHLIRIIVERA, FLERLTHEEET,

U%

HEQ]: Bttt DT —42R2EXI2, DL HRBEEHF Y- hh TS
T H 4

BE[A]  BFOBTMRI OBELABHY FTDT, FIWVWoT-b ZATHENTEAL 1= &
M. WAARTREEIZEZ ONEZA B EIFBVWET, T—2ARHLZFS5->TWEWENTT R, 7
SWo AR E WD DL HEINEE WD EZATHERAZLI-WEBWET,

MR [Q] : WIS & Givinostat ZIFRFICRBESEINTLAVEWS ZEIFRIZTIICRR S
ATTITE, ZHWVHEETHLTT L1,

AE[Al: 5 Tcdh, BERAEBROARICOVWTEE I@XLINTEBY EL T, £H0o7EH
SADPMABALGNT, TELICADMARE VWD EZAIFHERD TETETDT, KBICREED, &
M EFORENH D EVNS ETAE LT EREBLTEY £,

MR [M]: ohYELT HUHNESTIVET, UETT,
A& Ml :HUNESTITVE LT, ZNTIEBEWT, AHER. KALIBBEVLLET,

B2H Q] ERBEHOAHTT, TOXRFIL, EFTTIERBEENSZTIEDDZNEWNS T ERD
T, BLERBARDIFBLEOBBREAEED. FHOVDDIFHBATL &P,

HEZ[A]l: ZBREHYHINESITSVET, RETITIVET,

BATIIFERA Y —Zv 7 EWH AT, ZORBEEDIFLY EVWHIHAATEINTEY F
FIiINEDL, BEATHERTZ S Wolo, EFNTICICEMLELSOEWS KO HRRF—LEWVD
DIFFELTHY FHA, ZTE—DDBBELRHINTLWEIANEBNET,
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— 5T, 1REEZTHYEFTEHAIREBEZEVS . LKBRHINIBEYHY FT DT, 5
W72 A I TDMD HA5WEBHP A AT 4 =D EINEZT—XEWVWHIDIEEZLLHY L
T SBANCHRFT EHATOZME WD DIFEEBRIBEWEEDbDNTEY £9,

BHQl:9rVFE L TN SHARTOERKRABOETT, TNIFABENETL S EWS T
e IE DA WLTL £ O,

HEA]: CNICBELEL T, BRERZICRTAHABVEDDDLREVWEWVSIDOLRBEEZICIERS
ATTIINED, FRBICE - TE, BRAEBADBEIATHBY Ny 7777 FHED &0
YLDEHY EFTH. SETHNONMARTWBERY TEHY T IINEDL, ZDTa¥ XA
OFHTYA O 74 —ICBELELTE B BREDREAZF AL, EITICEAL THRKOEE
ZlcEBDERTHEYETDT, £V LAREICOVTITEVDO TIEAWLWAREEZTULET,

BHIM]: U ESTINE LT
AAM]: HYAESITETVWE L, ZFNTIHEEWL T, Lk, KA LCEBBEVWLET,
Wit [Q] : HUAES TEVWET, BENAMF T 70Tt IVWET,

9. BARTEBINS ZFEOBEERABRICOVWTHSEWL-WTT, Italfarmaco EAEZ N
7=EBNBTIEFBIAILFARXTOA RFBRTTCEREINTVWETITNE D, HEATERINSER
KRB THE X704 RHHATCHABREZRESINET TL & 5D
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