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oI M R & 3- BB E F L eladocagene exuparvovec ¥ it ¥ jf
CER R R e B Y Of R TR L AR IR DT R B R RIS S
et E R FIDROe RME L THES > FlS RN EGET BRIl
eladocagene exuparvovec I % it f# 4w i % 4% £ PR AL > £ @ 3L 5 eladocagene
exuparvovec % § &4 jnf AADC# Lo B s 2 WA R-4 | § 0%
B 7 iefn )];3 m.)];q AZHFAfeREH q B #eladocagene exuparvovec T 7 AADC

B s

(98]
o

Y
Y e

G R TR R Y o A & A AADC £ ek RARISE S o ]
LRI AW R Jf P& £ (best supportive care, BSC)¥ s %% & o

® There is a simple discount patient access scheme for eladocagene exuparvovec. NHS organisations
can get details on the Commercial Access and Pricing (CAP) Portal.
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4. T\E'H‘Fﬁ-%v 2 .ﬁi‘;\!:'
(1) T d%k#E I

Eladocagene exuparvovec e73 & ffk 3 »a i@ K p o ;‘%* e F 13 78 B Al
H EF%7 7 (AADC-010 ~ AADC-011 = AADC-CU/1601) » = LR T KL
AADCTL’\L—}J;)EE””’-}]% A(EE10A 12 4408 A)o f‘uaa%zmv (B
A ek s 2 EPFEINEFELFSENEA A & - AADC-010 fo AADC-CU/1601
S HEFOR Y #ic: 5 # 5 AADC-011 s B ALY il i 1 & o A
AADC-CU/1601 {= AADC-010 ¢ > iz 4 R4 < 1.8x10"! TR A e (ve)Hl 2
1 eladocagene exuparvovec * m AADC-011 ¢ »3 2 #& % 1.8x10''vg 9 % &%
2.4x10'vg #| £ ¢ eladocagene exuparvovec * i % & ¢ T2 & (European Medicines
Agency, EMA){r#t $8 % # -] = (external assessment group, EAG)5:4 cfesk & Re
R R AT A% 2oy 2R g AR 0 2L a KA A g
- 4= % & ¥_i§ & Eladocagene exuparvovec 14 53 14 4%, % (summary of product
characteristics, SPC):}ﬁ dy o p A R e 2 0.08 F (0.45x10“vg)ﬁ%] ER C i
o) 0 BB R 18x10“vg°

FHAT L LR A E R R 2R B L F S AR T FA o
WE TR RREEER L e ot H(U S RPZIERFRPIE S EAE
FHg B ¥ & % - "R (Peabody Developmental Motor Scales Second Edition,
PDMS-2)“Bl &) » AADC-010 §= AADC-CU/1601 i & Jf?] ERE E‘*F’“,&‘l&«ﬁ 60 i
" AADC-OII RIS 127 « @ &Y PIEhx R ER7T & 50T Bfa

[ ] BAe@ 5 i (BEF F O3 ¥ 28 £ 4 (Alberta Infant Motor Scale,
AIMS)d/E 1)

B 3 E & i (14 AADC-CU/I601 ¢ ch B % 2% & % B £
(Comprehensive Developmental Inventory for Infants and Toddlers, CDIIT)® >
AADC-010 §= AADC-011 ¢ ¢ Bayley-378 4 & 7B #)

B s Ao R

B sop & 4 (floppiness) ~ B3 Cp 38 4 2 2 (limb dystonia) ~ §1] ;535 % 905k 4

CPDMS-2 5 - R ENA DS A DI H A o fo@ RS i 2 RERH R
A BPIEF S R AR R PR e TR G 2 BRRREGNE R E
B L) o K BRI 3 AR S 3-point 3EA é\ﬂtfl\rﬁ 1*%\ Ehs A ARAF[12]

CAIMS 5 - fEREE %MJ‘-:— A RE 40 )P 2 FA(I8 B P 2 )@ d 48 B »

4 BRE-S8BIEPQRIBFRZ 9 BwFFH =12 f]} Zifele B ) #BIEPF
&5 LRI (observed) 1 4 2 & g% 3 (not observed)O RN gc;i\rg K& E S 4 A ARIF[13] o

CCDIT -3 % 5 33 71 @ ek t"‘frt— AP 2 AT RI BER P EAS
N ik e h Bkl ¢ % % 735 (CDIIT-DT){r é 4 i8] 3#(CDIIT-ST) - CDIIT- DT
P A BIEP VAL A pe(fails) 0 4 2 i i (passes) | A4 0 A oAk g R A FE A —;l\‘hﬁ-[l4]

fBayley-3 7 I E ]_,_ 42 B & BR8N 2 2 B H oA ’,&J{IJT? l[}éﬁi)“ 3‘\?’\3%,:":; ~
Eh o FRPAITEFTE I RAL L0814 AR FE ewﬁ[lS]
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2 A fope w $%(oculogyric facial)i# & g g 4 A4 5
LR -0

(2) %3 SRR

MR 4 3% AADC 4+ Lt s B L 0 3 2 TR R F] 0 AT TR R
Bt G FRE o A R AT - B AADC # L s A fhp Rk ¢ T4 E (natural
history database, NHDB) » 2 & k p ¢ # L hE G Y » £ 5 163 X ALl G
FEVRMBE IR IRRER R Y HTRE A BARRZ LG R P EHF RO
AP oG 49 AAREFAT G BBk R R G AR 02 A RAI(T AADC & Lpt 24 B
PPEEERN A E SR i) 0 B M PR s 4T o F R A i8R L A
o A EMER AP M AR 2 FIR(PDMS-2 fr AIMS % 1 E)fcip 4 % E b

R ¥t 0 B 42059 v #(indirect treatment comparison) ¥ i f+ > I3 A @
PO AR el gy i AR D E R R R L7 T 7 9 (eladocagene
exuparvovec vs. BSC) » F|pt » i& {7 — 78 H % (naive)~ 47 » 1L F 3+ & X BSC it S
EEHIPFEIER L RM DA Bt bl S AE a T € %‘53:}1‘;:}}% AEFH LR
REAF TR EERF - REHFY A RicRas BF 2 Gk AL KA
(bias) - EAG # 77 i fiiwiiz A 3f § 0 278 naive A 17713 8 i If (S IE 8
FAE Ll - AL FT DL F G 13 BSCo

1 f € %% 5 > NHDB # i & if {r eladocagene exuparvovec i& {7 v* e 42

(3) ‘hHigr

i3 AADC# £ it s F A (s @frp 254 L) 3B #E%KiaE T 23Ry
10%:ps 4 » 230k S@EE - F AR e RALAFE LR g4 B o
B3 AADC # 2 £145% % % (founder mutation » [VS6+4A>T)c% s 4 » & 25y
MHREeY T3 K Lo P AR FRTRA S Fo K3 h AADC # £ ehfk F
frd WA B2 o fodfp b 5t Toak & RIE LG FH 7 REeT A&7
FAFIZR A §F 3 Falgsk ot TRk B o RELL R B A DAY Pk
for v B E T A E WX AADC 4 2 Jp s et 4p i o

LR ¢ B 5 RGP STRA KL G L T 7 o NHS ips B

(4) TR PRE

14/54



113BTD02006 Upstaza

P # @R T A48 AADC-011 4238 12 B ? crdicdp 2 AADC-CU/1601 {e
AADC-010 42 60 i * ehiffcdp » & 27 i foH i %2 1y £ (clarification and
technical engagement stages)» EAG #& &7 - Wiy ¢ 783 2022 & 1 * e
E oot % et A & 0 &2 2022 # 8 TREA 45 chh B T o

P RBE R ER T 2020 £ 2 7 50 0 3EIRA RR S REGRE R 0
eladocagene exuparvovec £ F ik 40 B E 3F A Menec o sk o3g%k Y 028 LR 3R
H AR Ehr a2 2 A B4t 48X - =2 eladocagene exuparvovec
e ip A > R LRV AT F L > X TVELI S E A RAEFERY R
Bes &R RS G ootk o

LR gdpd B2ty S iEsk oy 4 fRi JE eladocagene exuparvovec in
v ZE?E:’FP*%'}%?E\'“’% Peng e ¥ od RS A Bt 0 B i R
Flot £ B R v A A o Ba P fEfR 0 d 2 COVID-19 < i 7 8 F & 47 *@E‘iﬁi%ﬁ;]‘%
Frdl @B & @2 g P g ’fzréﬁ—‘ [P EREAE L
2020 & 2 7 )i s A A @A E W HHy 0 Pl G A H AT - =
EWiEH EAG 27 RF & ’L#iﬂfr?ﬁ'\‘:}?i‘a A n* A e
FFIE_E IR, FPt ARG % 7 A iE mE & £ & 44 1 i £ (attrition bias)
el W

BRELR €3G 0 d ‘T(%EF ek A Bt P o4 ;«u # % » eladocagene
exuparvovec c& ) v A R T I AADC 4 L g & B R T E e

(5) B HBLFRESS

BSC e sty & p % ONHDB 2 AL R 4 49 % B 5 5% AADC #
\}fgm)];q4 ‘= o NHDB &1 naive # 175 % 4p 11 > #& X BSC dup 4 G388 2 42
FA2 g EF Bl igR ST EEET LY 96% T 4 S E R %’Kﬁ/z F1EH
I w49 P NG 2 FaSEgHIPTEIERERLEMA Lk
WeeT FA07 1 L fais iR - #)e k¥ L8 %5 i (naive comparison)
et B ¢:BEY 4 ik NHDB ¥ &= BSC *%# £ #& % eladocagene exuparvovec
e R R R HEREAAR LG T L

4 B ¢ %3 5 > NHDB 4% i & 43 crlicdy f & v* # eladocagene exuparvovec £
BSC -
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(1) SMC (gt i) [16]

B SMC > 2023 & 9 # = 2 #+4t [ eladocagene exuparvovec (Upstaza) i#
Mepa 18 BV R 0 N ETRE A el @B S B4 B % 1) AADC 4 £
FER A # A2 s 2 F 42 38 (ultra-orphan framework) % = 2 4 iR g & o
THRE G CREFT AARBINDERTY B2 B R IR s e
(Scottish Government Medicines Policy Branch)#-if 4vf# £ R ¢ (Health Boards) °
P o TR e Y Gt BB e g 3 eh2h 2 34T 42 A (non-formulary) A 12
}I@ °

A ¥rEd

. %E%ﬁAME#~&mﬁﬁ*imj@ﬁf%’ﬁ&#fﬁ\iﬁgﬁ
FRIEMBEFLIPE A T7- B bk M - Eladocagene exuparvovec &_%
— BT %*mié‘ﬁ%é % 3] AADC # £ g % $ o

® - 34 EE 4 A AADC 4 L sa‘ﬁ_:l)% A e Ay s B BF2E R > eladocagene
exuparvovec ;o R & i A E E PR AEED 2 (% ?ﬁx:}}% iF FIER R4
fribzd 2); DEFPFRAY > ST MAEE 6 A2 i 4 iyl
“EF B 4v o PDMS-2 & B g AL 3 4e 0 BEon RS B et L ARG £ G TR
TR E oMk A g kg ke B TR mA,\gu T

@ EEHW A ﬁt)]% AT R g e Pt L eladocagene exuparvovec ¥t
12 fard b 524 2 & A afpsfo® D2 Bcdy o 2t 0 KRR sc*fv* YR 573

4G T 2RO R 1 A R TR B S LR
3R -

o )]% Ak E MY E S Fr (health related quality of life, HRQoL) #& /2 i& {7 §2/
TG o FRm oo ‘H‘—— 2R L PR EimHRQOL BFAwRMETEL > B ek

oo ALY LR T - A AR A R T il iE o
® p¥tIpH eniE B B % » eladocagene exuparvovec (s AR E 0 ¥ AT R
T AR R k7 FE M ¥ i # 3% eladocagene exuparvovec shE F = A&

BN M AHTRBIE

vs]
o

e
Y e

2 AADC # 2 gl 3 B 8 BEFT a2 A G s 2023 i
BT g :ﬁ::]}%ﬂiﬁf o

C. Toh ci i

ERE YL
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Eladocagene exuparvovec &_% — @ E~172F 7 * 3% /0 8 B € £ 4] AADC 4 £
FES O BARP DL AN RRRER D A RFNR R LAFT
JE *H (off-label) @ * > SR B4 82 Ao AP B Sk o TR B RSET oA R
b i@ eAis L F Ko

= 78 T&h #F% (AADC-010 ~ AADC-011 2 AADC-CU/1601)¢ - eladocagene
exuparvovec iy it Ve FE P RAEER L ARM > ¥ X 5 QS::}?; A 7 if R 20
Talfeb s &2 g FREES > DL MAEE S 2 ARM o A iy
KE2 K 4e 0 PDMS-2 S A 7 A B 4o 0 Bl 7 BB B ersc L ke B 3

Tk & o b Ak S R feinae g BiEA L e o

ERE R & ed
L 4#F 1 * eladocagene exuparvove e & g K p = 3] A ~ B H AP
@él%wt?@&@é%?&“m”# ERNGIRAcF E R F R L AR ART

PTG ahL ot X RRBHRFLY LA E A E- R F
G R o
p w4 2 eladocagene exuparvovec ¥ 12 # 12 i & e p e YR e 3
AADC-011 #FEp » B9 g+ E# 5 6 > @ &KX eladocagene
exuparvovec i 4 enE SR G 19 B 3 8.5 & o
ZHREHRPLIRIATCIZ BT RREOE P EGR o KA > T RZE

# 1y V2 B B Bedg o b P EIE TR 12 B (S A SAe p BRI B
J‘—xp s A BE B St i A R oo

= IEESRY AR Y A I_E'_ziiﬁﬁfm‘ v B AT A 4T BRI LR T e
FLE AR N A k¥ s iEdn it (last observation was carried forward,
LOCF) > #2 @ » AADC-011 3#5%&ihi &gtk ki@ * = 3 B2 pFF ghem i o
:]);3 ABiFL AR > TR #ﬁ %% % im = eladocagene exuparvovec °
AADC # L p R - e s F Lihpg o ¥ 22 HR&R 7 b 22 F L e &
TR A B - R R SR RKR ISR SRR b Lt
b'L'r’ﬁ FEEFIDL ER oo Flp o B P T :];;«1&5;24 AADC 3 Z Jz £

R % (IVS6HAST) » BB R ¥ AL W Faer 7 ¥ L o K > B D&

% ELLAADCar JE A F1 Ao 4 Al 20 B endp B 1 o
davig o H et Y PR KRS F "L Ft s eladocagene exuparvovec
2 BSC oy RESFEF BRI EETE H 7 eladocagene
exuparvovec #cyp k p 3 JE H A Fé;‘%} » BSC #icdp ok p T4 & 18 o
NHDB ih“{%}%ﬁ@ﬁ{:}fi ¥ w ¥ >NHDB ¥ i **:“.}}% A R Ryt /p'f,%? i* 2 BSC
S IZEY G Lo BEARIE (T T M A #icA 17 (propensity score analysis, PSA)
KRR R > e d WEET L AL @ 0 ki Al R 2 B E A
B F R AR FI o RF Hwmdp ) Fé&k-/é‘v‘f,%? R R A SRS
P37 ©ins naive A5 % 4 4130 BSC o SMC 3 it 8 Fan

N+'-

17/54



113BTD02006 Upstaza

b

IR F G U] o naive A T ar UG I 2 g T 4
TR FE R o

ETIAS

Eladocagene exuparvovec piF7kFimw™ Bo0F ¥ i Bp (25 F 357 ) o &
MEREBER LT K4k 5 - Fx L eladocagene exuparvovec ¥ AADC 4
LA 2R AR A FHhE P Ronfed 20 B B# L AADC-16028%
PTC-AADC-MA-406" 7%= 3 i % » 38 ((2)2. (1) EMA (%M ES 828 ) %

® R % r‘-}'ff% B & & % ¢ ¥ (Medicines and Healthcare products Regulatory
Agency, MHRA)® & #8 ¢ % 37 b chF 3 » T 49508 % { A7 SPC -

D. BB F At hg B2 & RIRGE

® HuARyEFHIoEpAi E D MEER L MR Ao
M d o T g p AR AREE A FRBAN LS Ry
FEb o L7 0L REL E el R AR g R T e Y - B RE D
ZFERERA G R R rg—,ﬁvi./r'r-r'fﬁ‘r"

® 4% eladocagene exuparvovec it 53 :E FE (S 0 A PRGE R KT g REF
Fefefbmcc® RBATANTLE S EFFR-

® ok RAikF R WIERIAEZEM - RIS F O ERMES MR
Mg ¥ KpAIER & -

-

E. pafrRidy 52

SMC 4z 3] AADC Research Trust Children’ s Charity #& % > *EREEL LD
kﬂﬁ_‘ﬁ;}’bﬁ’f#,_ﬁ-i B E P ,;24 CERE NV ”mg‘ﬁfnu'fsfgn‘ LI p

Tl
N

¥

AADC £ - 485 %6 p 5 2 femip § BRLF PHAHTRL IR

BeE 232~ p A el s i et Aok & A ARk o 2 BT g o 4

g NPIUES MT e OGC 2 E S F il BRE S g & 24

JPREEIR > FOER Y S EE R o

® AADC # 2 jpin52d € I3 F o AL AR 4 3 0 fF Wik k1%
BoopL Tl R NEEERT R EANR T BTG pEE R PR R
LR -

® i AADC # £ o i & £ Wrifdta g AR EH R BRRERR -

¢ AADC-1602 3 AADC-CU/1601 ~ AADC-010% AADC-0113#% c& 3£ Bil0E 77 § 5 % o
" PTC-AADC-MA-406 5 13453+ % & 4& % 23§ s £ 0% Sclicdy ©
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AR ER A G R o ey A R 0 & e p H iz * 2 AADC 4
L HBER L F G Fer R R RS EREFD B OREY o
° éﬂ%{Jﬁnﬁ%f%ﬂmﬂu%EAﬁPikﬁémmﬁg’TawW
RN B FT B PEEZEF AR DPE o g by - Jb it eladocagene
exuparvovec fodr I o Frdeim e g B 5 AADC 4% Z 3%+ ch2d 5 > & d i
fs 10 BB RpEsd E o
CRTEE D B AR EEE R (T B PRGN g nR e 0 R PR P @ (T o At X
£37% (re-purposed)¥>° + S #k§ AADC # ZLpd @i A 53 B M
¥ et Pt o ¥ &% eladocagene exuparvovee io R 3 Bk 0 %(Tmﬂ

rﬂ};‘/z‘ﬁ’}tmuﬁ ’5’—\—?— —ﬁ i%' B e

o
o

>
7

t ‘*ﬁ\i

2. WERATLE
(1) EMA (™ & 2F 25 ) % & FH[17]

2024 &£ 27 19 p ok o 2 %%?“Upstaza”ﬁpéj@/l & ¢ I & (European
Medicines Agency, EMA)2> B 7 > 4 1 L4 F A T - » 2 E 5> EMA
2022 E TV BE TR AR ER G I8 B UL 5 ¥ ‘ﬁ%f% N S LA
FEY 7 £ B 212 > 4 % LA phagim 2 z%ﬁi‘?(AADC)%#iﬁé‘ﬁ:}}is A
i -

EMA 2 B f‘ﬂ’—fg', 3R £ (public assessment report) ¥ » fAk Fr 2 E & 2P %F 318
e Tﬁl’m%*i 72_3:% > ¥ 7 AADC-CU/1601 ~ AADC-010 2 AADC-011- # ¢
AADC CU/1601 2 AADC-010 = £ 3 3 & f,%“?::}ﬁ 2% @ % PDMS-2 p| &
B2 fep (e 7 24 2 60 B * #cdp)  iEE 0 @ AADC-011 FliEy 12 B * ke
Ppo TR FLASEEETT O3AREHRAAM TR EAok = o

*QﬁﬁEMAﬂ%ﬁ3&%%%%’jﬁu1§%$ﬁwd¢%ﬁ§%@

#-% AADC-CU/1601~AADC-010 2 AADC-0112_ & # A 45 % 4 & 5 & % (Tai »
2022 &) 24 [18] -
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22 EMA 2B R4 54 2 A fon® & 21 %
ErEy A5 o~ i i | #4 iF i s i EEYZN

AADC-CU/1601

H ¢ o
L e
¥ OEE
e
RIS g
FREC 1 &/
i B 60 B

A

/

4&‘{:&4

g ﬁi%J yEd
eladocagene
exuparvovec
1.8x10"vg (n
=)

® r = AADCH: 2
JE 0 Aot A AR A
1740 Sl E R
HVA 4r 5-HIAA >
L Y R d ok
AADC # 7% % &
i

® =4 AADC# £
il A §Rpk A
Ao de B g~ AUSR
A MT IR T RE

® =ib 2 it

® 7 TPV A H 4
£ R 'R RE B
A SRR o

® «‘I{% AR APRY E

- =)
P

® i 4 gl A/
W Ty ip
R G RE
WAF &

x4 AADC-CU ;5

Bt d 135 A Y 37

ifg’ : )]35 A &

anti-AAV2 ® friidl
¥ EALE 1200 B &

ELISAOD #:E 1 -

(A

3Ry ek (60 B 7 )

W % PDMS-2 Bl&£:F 5= 2>
T R

B ¢ * PDMS-2 P& & 59 4
= e 4 )

B 2 * PDMS-2 Bl&€ & 39
A EFETH rﬁ}}% AL B

B 2 * PDMS-2 BlE€ &’
ﬁEA—r = i‘-’ﬁlﬁi A bl 3

% & o

B PDMS-2 %4 frx £ £ R
ya A (% 60 B 1)

B AIMS & & fe=x £ & TR
A He(% 60 B 1)

B CDIIT % 4~ o=t ¥ % k4
2 (% 60 B 7))

BREAHAD DR (F X
v E)

W oo E 4 OGC % iF ~ 9oik
baa g 4B foiRk
SRR S e SR B
2E (% - E & g -

K

® 7 sy A7
2 ¥ #(TEAE) (& & it
B4R 3] % 60 3 7))
O W SHEKRLEER(F
Z R &4~ OGC %
1T ~ WUsE 4 S IR
AR JoiR ke R b
FR)(% - &5

- %)
® 5 & M (viral
shedding)
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gkt | PPN

EEEE

B

Bt

EEEEE

AADC-010 (NCT01395641)

¥ ¢ o
B P 4L ~
_Ef}%% N
VL g ~ 4
& A&
Bl #/%
2EF 61
b 2 /iE
B0 B 7

o

B
eladocagene
exuparvovec
1.8x10'"vg (n

- 10)

® ¥ 5 AADC# £
JE o F ARt R
Ay kg A i
P f B - HVA
fr 5-HIAA kA& "%
4 » L-Dopa &k & <
% % AADC A 7]
- fARE o

® = 5 AADC# 7 g
i A TRk F
4o $s B %~ U
AT ieg T RY

L "N A S
L REE R kT
£

fodid ¥ i g+
3B A s il
Bk ko
anti-AAV2 ¢ frfi
RF €428 1200
i & ELISA OD
AL 1 g 4
AR B R * X
- 35
o

(A

® o & Gonip (24 B )¢

it * PDMS-2 B/ F|=% >
SRS g A b

@ * PDMS-2 B & & 530
4k %m}% AL )

#* PDMS-2 B & i &
L ET k2 s A

#* PDMS-2 B8 i &

ﬁgl,—r & i"’ﬁ}?ﬁ A bl 3

o RTLSR G 1 R R
BT R L A 4T
IS L=

PDMS-2 A fo= £ 4 R
SEWAS

AIMS & & ‘fr’:’( £ 4 s
> #

Bayley-IIl %, 4 fr= £ 4
R he e i
WEApHAY g

s 5k 4 (7 floppiness)
OGC # £~ 3u3E 4 4 2 9o
podEfoIRE R SR
SRR R
Anti-AAV2 FA8iF Tk B

® 4 TEAE

O W EEhhER(F S
5ol 384« OGC %
1T ~ 3UsE 4 % 3 o
1R foiR K vent F oSt
F )

o }{is.%- ’iﬁ.;‘g
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IR [ 422 (o EXEE Bt B
AADC-011 (NCT02926066)
® & pocdth(12 B ):
® 5i% % AADC > ¢ W ¢ * PDMS-2 Bl ® £ 5% 2
Jori R A 45 5 R s
; #; o ;%;4@ %&'@‘ W ¢ PDMS-2 ¥ i b
7T w3 15 7 o e .
B HVA fo|@ ggpmmg cwg| o TRIEH
SHIAA Gk & % | SR ¥ i * PDMS2 RILij e
- / =2 SR I a1 N s e 7,
o o A:}?:T:é;myﬁa&kb )
> L-Dopa k&= | @ F T i@ ¥ i 3 4c .
H¢oo s , B ¢ * PDMS-2 Bl & i 3 &
S oy B £ £ i Tk B - B A
dprp s RN B 2 AAECﬁB{‘ﬂ {T}% :ﬁmrﬁ% o i7 Asings 4 0 ° :F TEAE . /
% g . % | cladocagene - BRE " EAERE g G R ey o # ,sﬁr?}ffﬁﬁ-ﬁa*ﬂ J
b # « a | Sxuparvovec | ® %7 AADCHL | @ ant-AAVZ ®fedi | g by ig o pfop g | ¢ R E Y 0GCHE
2 'é % ,:; 1.8x10''vg (n LA TRA i A HiF T4 1200 b A e - - EAUEE 4 2 2 g
rF 5] . S P . 1 oo ,
= 3 ; 2. H % B ~ BUEE 4 = 2\ 4 B 372 R BrU R .
Bl 24X101)1 @ o ff}*%@f iy IE,PI‘SAA P mAMS o fo £ 2 m 4 ;: UGN M
(x| 200 ST s i » i Jm
- . AN : 1Y ; it = , ; L
1) L 4‘}*?; Eli—f f'a i ;’}Z*ﬁ;ﬁ B Bayley-lIl 34 fosc £ 40| © P
S EVER T T FOFOAL RS R
_{/ﬁﬁf ﬁjg%’%“’;'}%]l\ },Z‘ﬁr'é\g{t .
7™ s g3k 1y,
Riede BB EF | R Z gl nmLiEAN TR
B EREG T 6 W RS OGC g iE o
S R == %EJ i?)%\BWMJQ’E‘fP(%}%
T (< 3k ’ S
W AR TOEE ME RS SRR A
= LB
2
W Anti-AAV2 FbliF 0k A
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3ABRE P 26 om0 TR R A S 2 R TR ok m AR Mok o
SHop A BN LA M AD FTRARE R o B~ 26 fp Lo BE
eladocagene exuparvovec i FF e 3o & #0541 R () 1.7 1 8.5 &)[18]

# = AADC-CU/1601 ~ AADC-010 ~ AADC-011 ke A F

AADC-CU/1601 | AADC-010 AADC}?” AADC]?“
(n=29) (n= 10) 1.8><1_0 vg 2.4x1_o vg
(n=3) (n=>5)
AEEH(T) 58.8424.8 52.5+30.8 55.0£13.2 24.843.7
FES E&(D) 15.849.7 11.4+7.0 15.3+11.0 13.449.8
w3 (%) 3 (38) 5 (50) 2 (67) 3 (60)
| A -ER 0 9 (90) 2 (67) 4 (80)
| LA -H 8 (100) 0 1 (33) 1 (20)
2 4 0 0 0 0
B A 0 1 (10) 0 0
A F1A-F R A
e 7 (88) 6 (60) 1 (33) 2 (40)
PDMS-2 & A 8.8+5.4 9.5+3.9 14.7410.0 12.443 .4
AIMS & 4 2.6+2.1 1.6+1.0 4.043.5 1.8+0.8

STl T R IE L A X He(%) & R -

(b) %%

AADC-CU/1601 2 AADC-010 3#5 i 95 % & w *% ¥ (Intention to treat, ITT)
*t eladocagene exuparvovec o fd 24 B P i R Froxdpik R o &
PDMS-2 Rl & £ % 2 SF30z 4 2 & F 2 AT b2 085 50% (9 =)

38.9% (7 )% 11.1% (2 i) 5 o #h » F 8 fr L $ B &op L 4p2t - eladocagene
exuparvovec (i3t 3 B F L F S A B ZE IR HI(50% vs. 0%)% jb =
& (38.9% vs. 0%) » AP M Bk 4cd T o

AADC-CU/1601 325>t & P i B 60 B 7 pFo 2 w] & F 4 B £ (50%)chps
F2EHmAQSN)RAT BAFE TS SR
SET O EHLAEMTFESE R -

AT PIEEINEAE O

%7 AADC-CU/1601 ~ AADC-010 ~ AADC-011 2 & J »edp fh b % *

AADC-011 | AADC-011 | X #
PDMS-2 D(ifg)/ 1601 AaD:CI-g)IO 1.8x10"vg | 2.4x10''vg | PR A
(n=3) (n=5) I %

23/54




113BTD02006 Upstaza

AADC-011 | AADC-011 | ¢ ¥

PDMS-2 AAD((;'S[;)/ 1601 A(Anchl-g)lO 1.8x10"vg | 2.4x10''vg | PR A &
(n=3) (n=15) Uik

;I‘ =3 F&
e 12m | 24m | 60m | 12m | 24m 12m 12m 24m
R4 L4 AL S | 375 0
¥l | (50) | (50) | (50) | (11) | (56) '
ook 2 4 4 1 3
¥ @5 | 50) | 50) | a1 | 33) 0 125 0
EE = 2 2
R T N N (C % B YY) 0 0 0
o oes
<4 0 0 0 0 0 0 0 0

BRI A (%) R -
32019 & 30 o

“TF i ¢ &de X eladocagene exuparvovec in iy ¢ » PDMS-2 T2k 4 ¥ g ¥
PREAES  PEINE G RALRDH FR B JRBAATTRIIFE
3 7 » PDMS-2 F 32584 7 # 4c o Tai (2022)% & 3 3 ke S g "II%
AT PDMS-2 B4 7 d o i 104454 (n=25)T o f6 1 £ 2 # %2 5 & Pig
A o A H 5 80.5443.4 (n=25)~ 114.54552 (n=22)% 116.1£59.8 (n=11)> * =
LR LSV R A F L o A T AIMS e d Jpgw 1.811.8 I in R 1
1 & ~2 &% 5# 4% 5 18.8£11.0 ~ 26.9£15.5 % 24.5+15.0 » » ® @ 7» ¥ i 53t
(% :cd o g ¢ s Bayley-III ~ CDIT 5,4 fod & 22 A 87 4p 2t %
T IS Y

e

MR EF Y

Eladocagene exuparvovec 4p#3 ff € # R p X5 € 0 Bayley-1II 2 CDIT
FRLAeH A B T T L G TRk &R L AR

# 7 AADC-CU/1601 ~ AADC-010 ~ AADC-011 = & # »icdp 5. & *

AADC-CU/1601 AADC-010 ?‘;‘?1%;?; gﬁ?ﬁ;?vlé
(n=8) (n=10) (@=3) =
7 PR 24m 60m 24m 12m 12m
PDMS2 | 623471 (2_2 lélt 94.5 2 B 4o
Bom g A | (721 2 1169 W i
® 118.9) 354y | U212 1169) (BFFecd)
2 . “ | (157 2 305 T
¥ 28.6) 370 | (1372305 (B % y)
Bayley-1II 27.9 AT~ ET s e o
Bl ) ) (233 2 32.5) | T uinivic g bR ot

#2020 127 31 p ok chiid o
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AADC-CU/1601 AADC-010 | AADCOLLFAADCOL
=) P 1.8x10'lvg | 2.4x10'lvg
(n=3) (n=35)
A 17.9
PNERD (44 % (142 - _ _
12.1) 21.5)
Ga A 12m 12m 12m
] IUIE 4 (LT : () ﬂ/ -
HEE LIE S KT 50 4 X um55¥x'§“f‘—frﬂ—\»§r]v}%?<
BE* R b g 15 ERA Y
WE % 3.99%e 3.39%¢ 177kg | 3.20kg

LU BYp M Boo] T TR K R 1 (95% CD R R -
K 12019 &30 o

A2 FE&F > e 0 Tai (2022)% )I% PRERY DHRE R FEL el BERTE
# (World Health Organization Quality of Life- BREF, WHOQOL-BREF)z*= i £ 7]/
1?‘ PEREHIFST AR BT AT T BB ERETEEIRL

LB (p <0.001)~ 2 T i & (p < 0.001)~ < T2 (p < 0.001)~4- & B % (p = 0.006)
1\7:% (p<0001)° e 28 BRAEY > 3 3BRAERZEF N FL
Aul s A E(p=0.069) P A & F(p= 0.096)1\7& i (p = 0.058) -

(c) Tk i 2ei™fe i

By BTG U - RLIGFOEFA24 B N EE L & F A
PR A SR E AR R E A4 B BT FFEIE L LA
R oo fRm oo L BRI AR LA Gk R T T HT R g g 3 '%
A BE AR PR G P o R & Re] 2 (Ad Hoc Expert Group, AHEG)3t#
eladocagene exuparvovec ;o ¥ 18 6 5 i iRE & & AP RITH *%i—‘iﬁfrm
b BRAFZR e FHEF I ETRELA -

BPME R BRSPS RN LEF R AT e & F
2 FEA R ié‘ﬂ ,'w.?//»)a P F] ST MARREE D LR o TR 4
B a o g Fé;k,u) {4k o 2 PDMS 340 aicd tg R { % o

R ZALIE IS F Ad F S B Aot e g 4 g 4
L A TR R B - £ 0% T RN T £ 2% E R R
Tk LA DT AR S A0 dok KPP R EY B4 g B gy 2
o R AR ik oy o R BB MY KR AR
#FD A o edE R S g ,;:jig(;y%, v g R che 4 ’ér_f. E&if}?im}?i
ARSI E R FRE A Ra 0 G iy kg 0 BRI i ootk 2 TR
BARB > 112 H L SR S Sa M B AR o T M
PR Rl 0 P L LR U TR R S R 2 D
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Fres 4 B ¢ (Committee for Advanced Therapies, CAT)3% 5 @ BLE | id
B F faH iy MR D B R Bldc i A PAE s A R F o FOT I m%&;}% =
FA PR e s E R BB RE R RIE SR LY A
Upstaza sk A5 > 4~ % 22 TR E KRB LER DFRF o 00> CAT
Fos 0 BAARENT 0 R & PO 806 R iRl P 3F ¥ (marketing authorization,
MA) ¥ 4 5 ef s TR B 8L 8- ) W # eladocagene exuparvovec c& Hf i e
T rf & 5 kA AADC-1602 th 10 & HBHEF T &% » 2 - TR AT
(registry-based study) > # ¢ Ji & 35 4p B Foxdpth o Glhoi@ b0 7 L HF B LR & 2
Bt BB Es EMAJRR &R T 502030 £ 6 7 30 P 2 9 2 Bk 47
(10 # £ ) -

Ak Ze % R ¢ (Committee for Medicinal Products for Human Use, CHMP)3%
¥ CAT ¥ 1 i 6ok 2T inigam o

B. % »M3ER
(a) #F&E%

S A TEd - AP IR %‘l%’?ﬁa?];‘i eladocagene exuparvovec » 2 #
21 A £ 1.8x10M vgo 5 A EX 2.4xlollvg o 3% 1.8x10'" ng}}is Ado fs %ﬁa 3
AT R ERC ¢ F AT RS L AFBARE S F R 0 2 1A
Flapr A2 A phmizp b 5 EEHC

BESFHIN G RAH LI - Bl AT R S AT LT
PR 0 F ¥ i £ eladocagene exuparvovec i 4 B o 3 WE(pyrexia) % & & FIHE 5
Bk B2 RF (> 90%) 0 B¢ EHFL T NLT LTF 026 L A
¥ 3 24 i 4 (923%)% & 18 B FlE(dyskinesia) 0 H ¢ § 23 it ¢ (88.5%)ik 52
PSRN S R BN AR FHI AR (41 19%)
A ReiB 5 (2 T%) i B MR (2120 7.7%) 0 R PERMEE (112 3.8%) -
£3 10 7% % (38.5%)% 2 Bef (severe)d L E 5 23 5 £ (882%)% 2 Bt 7
¥ % (serious adverse events, SAEs) » #* 1 (50.0%)% % § X (42.3%) 5 & ¥ 2D
SAEs 2 g A 3 2 5= % 20 1 5] 5 do {2704 L % (bacterial encephalitis)
WA 12 B P 2 o ¥ 1R R G AADC 4 L chB R R 5 E G HL
67+ o TEAEs #cdp f B30 4 = o

% - Ji * #& % eladocagene exuparvovec 2. TEAEs # 4 &

) 1.8x10" vg 2.4x10" vg Ry
2, (9
o n (e (n=21) (n=5) (n = 26)
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11 1 Y
X5 n(%) 1'?;(1:021;% 2-‘51:05)Vg (f‘i%@
TEAE 3.4« 425 88 513
> 1 TEAE J5 4 ¥ 21 (100) 5(100) 26 (100)
2 1 serious TEAE 75 * ¥ 18 (85.7) 5(100) 23 (88.5)
Severe TEAE %% #c 44 1 45
2 1 severe TEAE 3 * #c 9 (42.9) 1 (20) 10 (38.5)
HERIE B IR R GOR VR 4(19) 1 5(19.2)
& % (infestation % infestations) 4 (19) 4(19) 4(15.4)
A UE R BLIRER 3(14.3) 0 3 (11.5)
< R 2(9.5) 0 2(7.7)
LI R 1(4.8) 0 1(3.8)
£ /¢ & (poisoning)/+ ji¥ &5 3 J 1(4.8) 0 1(3.8)
& F R Fa 1(4.8) 0 1(3.8)
7= 1(4.8) 0 1(3.8)

R ()R

(b) % it

Aked 2T o Bl X 2EFTHA KD 26 P ELAI8 BT 28
B6 7 2 By o (AT TR 28 LXK h® 20 R S 4R
FOELRREOTIRTH 2 ARV AL LLFTH

26 X% j‘”bfﬁ 27 % AF %525 ”(96%)§€4’3j‘§ﬁ%ié’1§‘?§ DI 15
rv;spé‘—*"(577%)”"ﬁh Fopivag v 0 18 rv)»pé‘j"(692%)7r}t T TSR L o
‘ETF FPF RS R AR E R TR SRR AR R L7 LR
g4 A 23 7 (88.5%)%%’3?‘{ Poir ERREIEAFEF AT RN
CEROATIRE A B RT3 RE R REAER S S ERTY A T
2 6|E 2 E B E e

RN BRI R 3 H(11.5%) > M B’ 6
FERET AR BT R ARG AT AL 1 5(3.8%)

g m L A end AR &
51(23.1%) >

-

)
=

i\4

Kﬁﬁgﬁjﬂ"#:;‘i B PSR L il B Rk FIE 2 o dlde o @

AR e Ad B P sl Az e B ’ﬁﬂ_pﬂbi’.’z@&iﬁz%‘ffﬁﬁfwiﬁ‘l Ve fe

PSR A T R R TE L ARm o ek n E Y AR
BRI o gk R @0 TR n B AL o

H V—‘I’I—'}Lfé

& erF;{;sA*Kq_fﬁ@% RERCHPFLABEEF LT R R leF A

§3 AT Bk BT FTR AL 0 AADC £ ¢
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SEXRBF AR EEE S EDT 2UERAP SR AAM A LE b e
Sa s B R R 5 MY E D E > Mo e By o

FRAMFHES LD TR FAFLAE G RN LT R TR
AT eladocagene exuparvovec ie Jr 5 4 TEEZAHE 2R LM
¥ 30 BRAS A P %fr;g L s %:Fiﬂd%fﬁ Lo pboh s g 222 sh L gies @
R NFE R 0 DR CERTT A FlRE Horfe B s A gk A kA B oo

CAT ;w BAEGARLT RPN T 8 KR MA Y R0 ek 2R
¢ 7 :it- HhFE e Upstaza ¥ & 2 A AADC # 2 Jg ehE ﬂF}% refrd 2o
HV g%_#s fF 752 PTC-AADC-MA-406 75 5 & % = 323047 § #4345 2
BERRZFHT G {202 A &inf i 4 ﬁf?ﬁf—’?'b‘.‘ Pl g
w & 7 (longitudinal study) °

CHMP 327 CAT $3 F FTiphk & 2 s o
(2) US.FDA (2 Ra &8 E2LL) % & FH[19]

32024 & 2 % 19 p o > 2B 4EF “eladocagene exuparvovec” % “Upstaza” &
% M8 &% ¢ 12k (Food and Drug Administration, FDA) = B g F > & & &7 &
AR M ERN B e

3. T F FALRARBE 2 r

(1) &2
A 3F 4 * > 3F Cochrane Library/PubMed/Embase § + T AL R 2. > /2 Fp 4o
E );'J PICOS i‘;'i;“;r 4%’:’%7 l/';il: [E ) L:’P#f':’zg /fﬁ é\. j\:’f\‘ﬁk i‘% jﬁé‘:‘ |’J’ |l_,1: 3y Z_ }?‘3

¥ (population) ~ ;5% > ;# (intervention ) ~ % »T¥f P& & (comparator ) ~ K 2B
23p 1% (outcome) % #* 3 K3+ = 2 (study design) » H 3% i & FFIL o™

Population K PSIE SYE
() B 2 mA|2 > 4% LR i £ A pe
(AADC)# Z_ g

Q) ieFESLAEI8 B L

() RBEERFEHZEE > 5 d AADC #
2o e A ok

;}iu/% PEE D RER
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Intervention eladocagene exuparvovec

Comparator A KT

Outcome ')%‘ s A BEFE X 2R

Study design R F% W BE (systematic review) ~ (L & & 47
(meta-analysis) ~ % % ¥ B & Sk (randomized
controlled trial) ~ &/ %5 (clinical trial)

i% fe + it 2. PICOS> i% i Cochrane Library /PubMed/Embase % < }*J: Nl A
%2024 # 3 * 1 p 4+ » 2 T aromatic L-amino acid decarboxylase | % reladocagene
exuparvovec | & i MAetF BT F > FH aiux L s - o

) HF2%

HiE (e ) 2 K o 3t PubMed + F & 22 £ ;u*q‘ ** Embase + & j&

¥ 44 & F >3 Cochrane Library £ #F &2 £ @F5% T -G L AREHEHF L >

#%P\ FER AP AR AV LARRERF ﬁw s E A 355 I
8 Tk 540 B * % (Chien (2017) [20] ; Kojima (2019) [21] ; Tai (2022) [18]) °

H ¢ > Chien (2017)z 7‘}]?%';"_ & 44 AADC-010 #Eski2 (72 4831 » @ Tai
(2022)4s it AADC-CU/1601 ~ AADC-010 2 AADC-011 & E 24758 % - 4p p %
S f A ((2) 2 (DEMA (B ESHI0A) 3 AT > 30 3 5 4 it o 3¢
{4 1§ & % Kojima (2019)2 #k T 2 &% o

A. Kojima (2019) [21]
(a) B én

A& g & p A%%F AADC-expressing AAV vector & * * AADC 4 2 Jg 0%
DM RE PRI BEITRERF G R A ’ff' B ¥+ m;,‘(_i‘»]?i i

o B A TR TRk K A ) Bicdy e
(b) A3 &3

g ;z B ABAS S H (P AP FAE)  EEE VLD AT
H‘?é‘t

Fo 4G B SRR b2 @R Hia oo 4 4 30 ¢ §245 CSF 4 47 AADC
Frd e A& 8 A HTAES AADC 4 Lk & o o A B EE DS Ib sk
frim A g & 2 Al AADC 4+ £k % Epsp 4 0 TR Y 20K i B

29/54



113BTD02006 Upstaza

6-[18F] '/FMT-PET # B % % &t #‘rﬂ}ﬁsA v 2 @238 {7 Pt MRI S A e

NN

2x 10'vg & L% 3

RS P ARER(RE R & - )l s
4p 12 e AADC-expressing AAV vector o

(© it EESE

p20IS#5°* 1p32017&#77% 310 > X5 »60EHmr@?
L) T ES L 4T 19k HERFZ OB 228 TR o 4
AGEREARI(R A @2 p LER L RE R R o B fiiekd £33, 0
2AF e S 1A S RARAN(F AT F4) s 4 chDDC A FlAp M R
%Kf Top A ¥ L e IVS6+HAAST #b> 7 5 ¢.329C4A, p.(Alal10Glu)~c.315G4C,
p-(Try105Cys) ~ ¢.385CA4T, p.(Prol129Ser) ~ c.1106A4G, p.(Tyr369Cys) ~ ¢.236A4G,
p-(Tyr79Cys) ~ ¢.755A4G, p.(Asp252Gly) X % = ¥ > M >t p A An e X chS 41 &
e R FE Ao N o FRA A ¥ YR X carnitine ~ E £ - melatonin oA § if
Eh o

Iri;
=

b

2
35

# ~ Kojima (2019)F 7 *% ¥ 2 3 o %

Bl 2 [ 3 [t a ] w5t
vitamin B6 \Y4 AV Vv vV v
L-DOPA v v
dopamine & x| Vv v v
MAOB #r ]3] vV v
SSRI \V4 Vv

(d) B i

LREES T AR A RERSES S L RAE Lol 6
F5 e i o

MG o BEHT o T TEL 2R A o] A AgFS 3 X eIt CT
FRTA TR Mk o Rd o L ELRTUR B TRk ko L B AR TR
M SRR RG] 2 AB A & vector 4B A L FE i 0 A7 i 4 I el o

T ’bm"""%frﬁ‘ﬁt?ﬁ’ 3 l——/r'}? (6 X 23R4 T30k s 2 B " i‘%ﬁ"c v (TR

#3316 /fr/)é‘*/°?'“"2412*’#7rlsperidone’fﬂ’dﬁi%ﬁmol4’:3_
wRis 1 & 3 B2 PF R 4o R ]ﬁi—‘r fo MVIELG - //\4 FIE ﬁ’-’]ﬁi A 4’IR."—1V1»%’5'
% o

I AADC ## 2 |23 B
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}%&*{:}}—]ﬁ-—a” 7 AIMS :E (78 d 7 5y 3= vk 4 4 A% ﬁ—ﬂfrg\ﬁ%}z e
WAPERF T HBER A R 0 LR 6 B 400 A A
ARE SRR FEA AL o

# 1 Kojima 2019)F 7 % »cdp 15 %

B B2 | pi3 | mid [ mis | mi
P/ |2y7m S |2y7m S |2y7m P/ |2y7m A | 2y7m | A |2y7m

LR P
BEORNE | - + - + + + - + - + - +
#1
i - + - + + + - + - + - +
74 - + - + + ++ - - - + - -
¥4 - + + ++ + ++ - + - + - +
3L
Lsk 4|+t - -+ - - - + - +H+ - +H+ -
43
P o# | + +H+ |+ ++ + + - +H+ |+ +H+ |+
2
E:l e \"4_14 Rt
L ++ + ++ - + - ++ - ++ - + +
Tk ++ - =+ | - - - H+ | - ++ + + -
iR + + - - - + - - - - - -
L - AR - - + + |+ - |-
=
N1 T
T - - - 2o [ | |- + - - - i

o #
Wi 2 4| e AR R | R R F | R | MR | 7 AR | % | 2R | kX

T T T T
B |+ = = = S = + S + = S =
=
s 3 3:% s;_ I H l‘é s;_r s;_r Gl :F§ /é 537,‘_ (nd 3 l‘é s;_ T g 4@ o
v + i v + F | v + 3
@ B @

27

(e) EZ ~ )F'FJ( F;ﬁ ;é;_;[m;

FEPDAOBRAVARFEL O BRAELL <o RE PRI pRAE D

vector ;¢ 0 T ¥ {iF @ & Ar PET } m%ﬁi&j@?’]%‘%ﬁ’*% i ,%FTW VRE e L o
i%%—i’sﬁf‘iﬁa?» AADC f&ﬂiéfﬁﬁﬂ%’ EY e 6 I ey 1o Sy e B ER o Ak

ST L NS AL EUR R o R R R ?’i%i F’a‘*m#ﬁ Bt B 5 o
-

ST AN %’ﬁ“—’ AAV i‘%mi’aﬂw@%AADC AFER LT 2ens 50
Bb l% AADC }i}?ﬁ A

(1) ZRAFHREZTH

%% FE R LD 73k ¥ Upstaza (Eladocagene exuparvovec)ih » i i
it BFERIERES TEPNSRES A I8 B U P ETRE A
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TrAFER AL 5 £ 5 L 2 RAL 54 % LIRApaasAps (AADC) L
FER A o ARERFERE T DR REFR S TV TGP L 4R LR
&?ﬁféﬁ“ﬁ?%ﬁg(AADC)é’#i& ? ﬁ*»fﬁ?ﬁ‘ EPAi B T BERNEEFF
P 3F 2 AADC # L * p 7. ;,’iewﬁﬁ%"m%’* AR B XS AR 2 e A
L2 r%ﬂ”}*/\}_%ﬁﬁ‘ﬁ-‘ﬁ HERI-F5Er | FTHELL -

AEERE PR RAAATATE  NEF TR A2 A ML 3 2R
VIL 3 ok 385 1*%[18 20,21]~1 i» 7 B eladocagene exuparvovec g 3<% % >4
2R IR AT ’F'f‘ﬂl* cE 1 PRF AHERRE X 2 S Ay BN L
SR R RE TR LF L ke ;;w«;ag(mr; MRS AT EAL) o

AP 53 H3LR I/IIEPT@H‘?#%E?‘}?%&F\ Fem ((z)3. TFFHEA
B AR R T R T R R EAORE % 22 R R SR
”Fn’(;}—'-,; PTC Therapeutics = &3t 2023 #3#% < &% EF EMA v % TFDA 2
" Clinical Overview Addendum ;> # 3 & % 32 AADC-010 - AADC-011 -~
AADC-CU/1601 = AADC-1602 & # i B2 77 F S 5% > T % & p IR R oot 304
B MER £ (2)2 (DEMA (BHESERA) FETH) -

B MERE R L APFRGL A e o 40F 3 2021 E 110 2 R
FEREPNF o APMAEER K0 2 TR SR NICE F0] > 2 5% Hi < §
CRD # p| %t non-RCT & {7 & F =% » & * CASP ™1 2817 25 S fF
oo BK R 3l Lz & 2 FHR(Y 5 non-RCT)Z 11 £ 82
#M@ii‘éé%%?i?ﬂ‘ioé%,i‘ﬁffuﬁﬂ;&rﬁ;@ggags%@f.;lggﬁqz; PR o S
CORRRTHA IR FER I I REREFR AL ERDTAE B
non-RCT & 3= ¢ AR5 T & 0 RIEW2L AR FRARM 2 et Agp L 2
FREOR SR ARE S SR F R RGP R L2 KSR g R R ISR
LR Sk

PR EFT TN 2 AR R LM g&w@#ﬁﬁ S ER A AL -
SR gk w RE e B SO 2021 F 110 0 FATIEF R LR RN AT T R

mi#mﬁ%ﬁmrﬁg+o

T ~ :E: 7‘"),;:;—:3’—,

B

vﬂ

(=) Hreds

A % ¥ 3% 7 Upstaza (eladocagene exuparvovec) P a0 *+ 2% B i A P~{F 4 ¢
MAFv g AR UBFERe AR a8 B Ut ¥ ETRE
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¢+#éﬂﬂ$ P55 Bt A RAZ ¥4 R LR AR 5 L iR (AADC)s
L}jszlis ) 71\4 ﬁfr‘,n’fjﬁgiiéiﬂgrjﬁ& f’ﬁ?%iﬁ@?}%@ﬁ%;:}ﬁsxiéﬁ L i
ﬁ%ﬁﬁﬁ@*’%@Wﬁﬁ%iﬁ%%ﬂirﬁkpﬁiiﬁﬁ#% o i
%’ _,_r,r._é_;’# F‘ﬁﬁ"%‘g E

Lo S EY ER LR L= A R e S .a.-ﬁl = P&Mt 4% T iRiETH - MAO
Fri| e pyridoxine ¥ # 4 isf AADC 4 L s 4 0 A4 iE # R b
R R AR L R AR %w eladocagene exuparvovec % 4%t B &
LIRA) e q_jfﬁ}/r,)?&,m)]%& o F|P s AIFL NG AR E LD WA & Rk

e
5 e o

\\\?{r e

(5) LRFFFHTREFL EHER

§i2m4329MBw’%ﬁ£%CMﬂHiﬁWPmm2ﬂ$E’%ﬁ
EOAFIRLFRPEEEFLT B2 o

ER ﬂ NICE ** 2023 # 4 7 = 4 223k Jc§* eladocagene exuparvovec (Upstaza)
AH P2 #@p\ Fhipk 1I8B Y 2 s Sk~ A3 vl B8 @YD B
gg;g_; f;] AADC # % 5t eh AADC # .;ﬁ_.;ga Ay fiEE oNICEZ R €1 &%

p o

B0 B mip i EH] AADC Sp it o 2 B 6 AR o T R 6 o
)];‘5&1};'%& & %X f,fgij ¥ ek o) J‘F{J]fs_“ B FERM AR Y T O R T

eladocagene exuparvovec ¥f3“i@# 34 it el ¥ U 0 @ 2 ¥ eladocagene
exuparvovec BREEENL %5}?7}1#; F A E RBPEMT E ANHS Fii* 7 i

< ehge RN
(2) ARHAoes % 22

AEBR OISR R RAERA AT AL IR Y 3HHER
o 2335 (AADC-CU/1601 ~ AADC-010 ~ AADC-011) » :3#5% ® AADC # 7 Jg 2.
RN %Jﬂ eladocagene exuparvovec 1.8x10''vg & 2.4x10''vg s ¥ 3 178
po~H A RRES 2x 10Mvg 22 587 5 4p i 5 AADC-expressing AAV vector
TEAEARLGET S I A RRE R L 2o

P 50 AADC 4 L infy & 00 2R dp k0 2% ¢ § #11 PDMS-2
o iR AT 2 L fndp i BT LR AR D A A0 B> 3
AIMS -~ Bayley-IIl ~ CDIIT ~ # 5 ¥t & g % frl@ £ H 1+ £ 5 X & focdpih - B
SEA R ARG 0 12 B0 24 B0 R 60 B R EE R @
EF R E ) T o
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AAEHEF 2P e 033 SFE%KRY (n=26)> ~)a I’Qr_]}"flism?“-= 2 1 A9

R ’erFI]%/\%JJ?ﬂl TEAE > &#imﬂkﬁv]“’”(SSS%)’lﬂ“TﬁL
PREFELFLIL TR PR S HETELERTIY R - ﬁib#‘ﬁlnﬂﬁ\»
z,i%/\;?l%\ l—\:i\:),lg 4“""'i‘:lvlﬁﬂ'_\i;°m"t”]‘7fii,{h‘7fﬂﬁ;§7Z’}’i

¥ ANE ST MR B /R(11.5%)%F Ma BQ23.1%) - a3 > 5 & mi&yxﬁzé}%
BT ioRipM 2 R Eah g FRR adafa i o

\m

T EIRTF KA B 2 A¥REZ BRI X MT%#*‘%’LE&N% A HP R
15%’}_'& B o
(=) Fh ik
d\’;%gr'_;ﬁ‘ ,f“ «u’,‘/}“]{g:7 %}%‘lm/—#gﬁ;@?)ﬁ i,. ; - Z‘d_ﬂaﬁ f}%‘lm}/—
E LS ’ v:t‘*ﬁgﬂ;ﬁrg%;}iﬁ A fw:'@?]NICEa, ¥ SMC Tf}},ﬁi
Eree lsfﬁ* R RN My I RS
® AADC# ZjpHE - 7% fiiﬁvmf‘)]%’¢§9:}?a g IR S KT o

0GC ;/pw%‘f@“fﬁ?i 24 pEER  FER Y FRHARH ARG 0 R
Fop S fRie R R KA ARBE PR RES L GHE R ﬂ‘-)?&g_?i ¥t
7R AR E T EREF Y SR T o @ eladocagene
exuparvovec FAES S AADCH# L 4 2 2 R frREF R EF TirFL
R E P R T AP E

® EEVLINE g FF b & > ¥ eladocagene exuparvovec I % iy }?*/'LJL R AL
ef 42 > & eladocagene exuparvovec j H4 o AADC 4 Z g e i B3 IE
m A E g
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34 3 & 2% CADTH/pCODR-~PBAC % NICE z FRA TR EL 22
REREZFTH R EH R R FREPHTR ERE LS
CRD/INAHTA/Cochrane/PubMed/Embase #p i < )gk » B & %5 T L F T
BL L HEHRE P RS R RFTY B

~

mh

% FE P
CADTH/pCODR
,p 12024 %37 10p 2> HaEdphd AL
(s =)
PBAC (/&) 3202430 10p 2k AmARE FAL o
NICE (& ®) 2023 & 40 22 o
Ho TR Al e
L ;FUM e SMC( g te ) F i 3 3= R 4R 2 130 2023 &£ 9 7 =4 -
| 2
R CRD/INAHTA/Cochrane/PubMed/Embase ¢4 /& % -
THRERELTH | ERERE- B

ix ! CRD % Centre for Reviews and Dissemination, University of York, England. m‘{ﬁ =3

INAHTA % International Network of Agencies for Health Technology Assessment 745 % o
1. CADTH/pCODR (4t £ + )

12024 %37 10p k> HaEiPMFRPETREERSL
2. PBAC (&)

12024#37 10p 2k ARAPH FRFHFRIEL -
3. NICE (#®) [11]

®RERGER TRE S 487 7 I (National Institute for Health and Care
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Excellence, NICE ) ** 2023 & 4 " % % - {» FRPHF=REL A B B
HiRR M 7T 23k Jc{ eladocagene exuparvovec > * 3t 18 i P r1 b P g qRA
A3 fed BE LR BE 2 Ay 4% Lo ApF (Aromatic
L-Amino Acid Decarboxylase, AADC ) A L JEp A o AR EATENFERFR

BT % ek F LA TR X k2 5 onasemnogene abeparvovec
e i A g p

FRARL Y A R A FHCAI22] Al Z 6 BEAERLE 2 TG EE
i cTERe 2y CTAEFEe L TR T T ARBT A

2 D= omit 5 A 3 ARk @Sk AN ER 2 2M o R T
eladocagene exuparvovec ¥ 5 /i » X% > iz £ #F 452 (best supportive care,
BSC) iF 5 v i » P HREE S I8 B 1 1 b AADC 4 £ s 4 - Ho3] Sk
A oA (T e 3 95 B Ak 7 4 (open-label )~ ¥ ¥ ek 225 (AADC-010~ AADC-011
%z AADC-CU/1601 ) - ¢ >t eladocagene exuparvovec t17 ¥ R 4740 » & A2xF
BEBVREBR  REZERWELY o

NICE %5 BiF %+ onasemnogene abeparvovec S| 5 if 4 > #3025 #

Y E‘J‘J'FT i ER AT

© RAEHEHE D RF ORI R RRY TS ESL 4 j2 TR
11 27 » A NICE % %% | 2 (evidence appraisal group, EAG) % % 12
ERTIORLERL 6 R B TIOHE 1527 c RF R ERIEDS &SGR
O g B LRSI EARS 0 T § L
cladocagene exuparvovec I { & & AR 5 ¥ o rY - B2 ;’% SERE =) ra-)
FEH L AR o AR R AT P AR LS TR &4 -

e FTIMIE 1 d A RE 3L 5 eladocagene exuparvove ¢ & NICE health technology
evaluations manual » = 78 3 K 3t AN 459 % [ .5%F7IRF @ 223.5% »
RERE AT F

AR % 2 BT RE 0 #0h > 823U eladocagene exuparvovec Hst % -
FF-RPER L BRG] HE DG ooy B2 o mad o Tt
% F ¢ % eladocagene exuparvovec 7 & T %A Hif * 207 € 5= 4
A TIREA T hA | B 0 &R 3.5%ITILE o

* i%iF Bayesian #A|FERI A KEHFE LM 1 d N F }ﬁs gk A B iR
B % o R EELR | PDMS-2 #cdy i% iE Bayesian #-A|TERI A RFHF B 2
AR LR 4] S EAG 35 32V it B 5 1 eladocagene exuparvovec

e Pl FaE R IR eni®i2 > 12 last observation carried forward (LOCF)

eladocagene exuparvovec 827 iy :x L 4 75 5 Ao o B 2 i T

¥ $245 NICE health technology evaluations manual » § # & T F%AL$Lif * 30700 € 5= & 4 E £ 7
BEfpdent TP 2 0@l TEEFRMSEDHFEYE | 27 TEHRY 15%3F
MF o
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B REcdy 0 A D i Bigh PDMS-2 iy i SRR A g ¥ o R
A ¢ 8233l Bayesian * j2 ¥ i 8 iz eladocagene exuparvovec § >t 2 30 &
LOCF*t 2/ + 7 £ 32 ¥ 5 # 3k eladocagene exuparvovec et #i £ 25
Finle U #% % Bayesian 2 > 2 JF { ATHcdR I 2020 & 218 o
e L aEi R pa? webull hdg Tl ERA A T EEINE 2EH
P Zterd TAIH T 4 B RianzEda ) #7* logistic
hqp T Apet T R A RERE T ENR) R EAG #30 T et T 7 A
30 #En et RFR IR R 0 FIF RN RAL LT R E 0 ARG
BT AS ESean T AL T FEREES  RARFRIEAEAELT
3 BEALA 0 AADC 45 £ 13 BRH L SR A o R €
Lo FIEY ML AR R AR .

R oo T FRY b g g 1?)»?!{ » 4 B ¢ iv¥>" eladocagene exuparvovec =

A g AT RERIG D3 R (1) F 8RB DA Bt (2) & H B
T4 S g % (3) @ * Bayesian 23] ¥ it B % eladocagene exuparvovec 4p ik

3 BSC ¢ skt o A R g BB %5 > T @ % { &4 hEK T > ICER ™ 2 5
7 FEE 0 iz a & %)L Bayesian #-3 ¥ it % & eladocagene exuparvovec 4p #i3t
BSC e15 st o £ f § &K pF3 gt a2 sm e %1 F > % QALY i B i

EAAS L R g3 P B RS E i BN R T o eladocagene exuparvovec
%2t NICE 325 & NHS FiRss® T 0 #5854 & Areg a8
TERF IR EELE G SR /T > 2E k% cladocagene exuparvovec ¥ &
NHS 2.0 % » #2555 18 B0 11 ¥ Sfph ~ A3 el B8 mL L1 Bt 2
A AADC # L i 4 e

4. H i Psflg?;fi;‘}j;’l-; pﬁ%
(1) SMC (@) [16]

FRILWE L | ¢ (Scottish Medicines Consortium, SMC ) *t 2023 # 9 7 %
W= A F RIS & 51 F L3 2% (Ultra Orphan Assessment)
2 T{a;f— = eladocagene exuparvovec > * >+ 18 B % 11 b ® ‘Eqppk ~ o 5 foif @ 5y
PR EREAANDTH R Lwd ;1?52 2‘5;7 . 2 #L fF (Aromatic L-Amino Acid
Decarboxylase, AADC) #* £ e ¢ 20 AR ERKEZ T AR
ERE S = - E-F +iaf'5w”\ﬂ%w¢b_ B2 ™ P Rt R 4 oK
% * (Scottish Government Medicines Policy Branch)#-if 4rfF4 £ R ¢ (Health
Boards) o 4p B S5 T G N F £ BRAE & 4efS o

firéif»’ti
IE CE sﬁﬁvﬁ EAEE '—\‘»F “K’—"}_»;]:”@# M 3 b ps
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s T i34 & T = o2k U eladocagene exuparvovec 15 2 /i » {1z » BSC
RV R BREH L 3B TR F L 100 £ o HA Sk p 3 TRAE
#% (AADC-010 ~ AADC-011 2 AADC-CU/1601) > o *"3f5k ' 5 H kF3E5% »
i vt BSCH* p 2RE i g 7422 (natural history database NHD) ¢ 49 7,
BeE £ A2 AADC # Z g B Rk endf 24 T > BERE B Fipt oo & ¥
EFHRANE RO Fpt T #\i;if? o3t XPR P I AZE Fi; B gH
pF R 4% % (time trade-off, TTO) & Bl 2. #icdy » ¥ 4 ¥H4E %18 &2 (standard
gamble, SG) frétfciE #,2 (discrete ch01ce experiments, DCE ) & ip|2 #icdgiE (7
FrB A 47 o AR B doet E5si 10494 (LF EHH L )0537 (=

DEEINEEA] )~ 0.631 (mF A )~0.676 (A FF T ) 2 0728 (AtREr T
Fa)- ﬂé%-#/w%%ﬁﬁﬁi\Bﬂb%g%ﬁix7§fﬁﬂ%&ﬁ?%
AT R CBGEEFRIPFES A BERE (i) 127 AR
i+ fﬁié-ﬂ%‘ SN - I S B A 1T+ % (patient access scheme, PAS) » ¥ ¢ i

¥ iT M3 F =i B 48 (Patient Access Scheme Assessment Group, PASAG): & iw 2_
T i % Y NHS FRiL i o

d *+ eladocagene exuparvovec (97 ¥ %R i7de 0 AHF R BT R LT
PR HER T KEZERNELY > SAGEE RO & B2 2 U

Rk 2%
Ili) F' vﬁ‘?fg °

LRBA

c GEHAENR) AT vaw’wv&@aiww@&&%o

o HAP gt éﬁ; LT AR SRR B AT R
7k ,?fub‘_?‘}gk‘}")é;z FTRIEAFRAETF L R ERE LR -
Bh S R AT Y o0 NHS BREE W R B LE R R T F i
friimf * oo

ARAFEE:

o BELERI|E § I & S5 PDMS-2 4 #c o i 1F Bayesian B4R BRI O~ e 12 £ 0
PDMS-2 4 #c> ¥ #-38 ‘JmPDMS 2 & #ci® % ordered logit #3| ® ehp %38
%i& Pls T BES T AMRE - Ra o #ERD G PDMS-2 #cdppt » 0
F i8R IR > Fiv F 28 ordered logit ¥R clicdp b A AR R R *
Bayesmn Bl g Rl cdy 0 0 2 ALE T R B By o
*  f Bayesian #-3] 7 o FERIECAR B AL AL T cDRE R g ) R S 0]
FOELG BRED R HERT 0§ BN AR FBIE L 7
o AR R B R Tt P m A R AR S rTRA s R 2 B A

LE
TF - RME
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o HAEH R AR 0 100 EAREEERERAE o F A BT 10 &
20 4 ~ 30 & 4r 40 & pr o A AR SICER €A% & o FIEY ¢ pEY HR
-‘fﬁ.&—*ﬁﬁ??* FIER LW 3Rk gtk R PR E RS E Tl ek
REERGE BREF AT WA R RS RERRELFRED L“%‘%{ﬂn‘
L 3 ﬂﬂ/ﬁ% P { & im*lkiﬁ’fﬂ v PRE R gp,\s% £ Ml o p) 2 S N ST
e "l“?i%%g)—lfl’lﬁL}’}o

o HWERX BSC ot 0 A RARLFHELG EOTATEA N Ep L
FW%’W%WﬁEJMW°%4’E%ﬁ%%?#iﬁiiﬁﬁﬁmyﬁ
o %—*ﬁ B B2 2] o B 30.6% A A LS eI o AR & T @;F*Je
¢ *i%rf%f}ﬁsﬁ&:a‘_ﬁi)i:ﬁﬂi%’n‘# EAR P ARERRT > XF ARFAT R
f:}lisﬁ&‘éﬁi)ifﬁ’ Al WA %ﬁ;;?;;{g{%a - 's’év}'g“:ﬂ']t’ 1 BSC % o

e FWMFEBAITRREEE DI TR blheo B4 BB F R S
BSC (5 &) 4t Spr@P B o X i % 3f § 0 35%3TIE - F g% 0 A&
AR LS R A CE R 2 o B R A T o

o B OHWRAH UL P AT E T R ffﬁ%"é—‘kﬁ 4

SR FAEARM 2
(1) %2

& 4F £ * 3> 30% CRD/INAHTA/Cochrane/PubMed/Embase 7 + 7L B 2. = 4
HP 4ol

"5 PICOS taiadoFifit » THx 8 & AN ERITELHIFET 2 i 4
¥ (population) ~ j5>% > ;# (intervention ) ~ % »T¥f P& & (comparator ) ~ 4 % B
2k (outcome) % F= 3 & > ;2 (study design) > H HF if 2 LI 4o

Population 5 »~ %2 ¢ Aromatic L-Amino Acid Decarboxylase

Deficiency

:Jf*“‘f ERER S A

Intervention eladocagene exuparvovec
Comparator A X
Outcome A KT

Study design cost-consequence analysis, cost-benefit analysis,
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cost-effectiveness analysis, cost-utility analysis,

cost-minimization analysis, cost study

’“Fn’jﬂki& » 3% 2024 & 3 % 10 p o+ > 2 “Aromatic L-Amino Acid Decarboxylase
Deficiency” ~ “AADC Deficiency” -~ “ eladocagene exuparvovec” ~ “cost”
s MegEF e FHEE > E {0k i AR o

) HF2%

A AF 5B T HOF R T HF SRR R 2R Ta
M2w e g 1R -

Simons % A *t 2023 ##F & - RAAT[23] BE T ANES L el 41
A~ A ##A] (acohort-based model ) » 11 3% AADC ﬁfi—‘}fﬁ-‘lﬁi AR eladocagene
exuparvovec o 6 ek HpsnF o AL A A IR L B EFIFER (Al @
R F T R TIH e EE 2 Ak ) ok WARRIEE - @ %7ﬁ%%%%
TG EE e TR A R RS A BT T A
Ty A T o o {5 eladocagene exuparvovee ¢ By R p & iE 120
B TRk Rk By o VR 5 BSC o Bidp k p B 2R AADC # 4
] AR 7 74 & (natural history database, NHD) > 3% 7 #L & % i AADC 4+ £
JEE BB AL }*&Wﬂéﬁrﬁ A3 oL EE L B RKR X EE PRI X (Na‘uonal
Health Service, NHS) > # * 1.5%473H.F W2 3 B =GP A1 B E & 4
# & (Life year, LY)~ (it & 24 75 & F & 2 & & (Quality-adjusted life year, QALY)
MUEFERE T A A

’%é.iiqﬁfﬁ*éﬁ%ﬁﬁ#i‘éﬁiﬁffg A hy 2 gy WORIER T R SRR
]“n‘}ﬁff}.“ —“ﬂ&"ff? % e l?mﬁiﬁ 7 'piz ’l@ﬁ%{&@ & ‘P'}LH-" L H 'E‘_Z,Qﬁii
A ?/I?vt’ FH* PFR 2 3 4 (time trade-off, TTO)B| & 2 #icdp 11 2 31 % ¥ - éll%r‘
“—*‘Ff Sf s Bedg o BA P o Eﬁ??]"v-“ eladocagene exuparvovec i % H 4p B
L gEenz BIRAE R h2 A F & BSC JaRARR ch7 L FE 2[5~ &
BSC 4ph chpp B &7 o Ao gL Men T RN FA R p A B4R M
SRR OAFERS AfrR LR E A AP NHS 2% % & 12 PSSRU (Personal
Soc1al Service Research Unit ) 3R £

=% B o1 »eladocagene exuparvovec =7 3358 5 40 #5BSC % 155 & »
eladocagene exuparvovec 215 & 5% 5 5 95.4% > BSC 2% 87.2% - 22 BSC 4p
vt s eladocagene exuparvovec ¥ # 4v 20.21 i A $7I3 QALY( ® 73R QALY % 12.18)
TP hr EE T ARRR AR e LY o A & QALY 3 4c £.7] eladocagene

-
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exuparvovec g iE I { F 0 ﬁ’ 2 42/ > i iF eladocagene exuparvovec iR
FOUAFFRENA) LR 2k o gtk 2% eladocagene exuparvovec i B R F
TR A s w’f\@@%4iﬁ$o

6. EHRFREL AW X hokFFg TH

EERFRI- PEATR IR P FR P ET I FHEL 2 REF LS
HOTR R R

RETTE T I A

(=) B

5 é % L%k pa 5 " 26 5 f¥ (Aromatic L-Amino Acid Decarboxylase, AADC)

RLES T LN EDRE L E SRR B B R 1
E"Z]z:\lé')%%"-?- ﬂ,.ﬁi-)]%iﬁﬁ BESAF2FTHET[25] 12024 & 2 7 L0k - AADC
# Z J& (ICD-10-CM:E70.9) % # B % #ci 69 4 > ,‘“’%ﬁﬁf‘ Afics 21 4 o

AADC FE A " H S BEFF 5 o el F R PEF22F L& 0 @ AADC
2 3 & Fl¥fs AADCFt 4 oDDC A F1 5 R R > $RA LB ES TRk T 7 %
T an@ & 7 a0 w20, 27] c AADC # Z 2R EFFF 2P > 3R
§ % 1:64,000 3 1:90,000 ~ & B 5 1:116,000 ~ p & 5 1:162,00[28] - 395 ~ ¥ 1
BT AT o0E ﬁ‘f«*’}ﬁ20044£ fo 4 angrd w2 H 374 a8 4 395 1:66,491[24] 5

Y 2Ry 27 0 HATA Q& HRE A N5 1:26,229 1 1:31,997[29, 30] -

AADC # Z g 2 ek 3 §EF R cnfefh a sed oo A 302 6 B 0 e )
WRAB b Rt efyp ik o & B e 3R 4 T B B & ¥ (developmental delay) ~ P
% (oculogyric crises)# % & (irritability) % 4 [2] » B A BrE A2 R & A 4P > 2
ﬁﬁ?&mﬁﬁﬁiiﬁﬂ’ﬁéﬁmﬁﬁ@W@‘Dﬂ’éﬂmﬁiﬁ%@ﬂ
*?%*3P?ﬂﬂhd*Aﬂm%iﬁ&ﬁ% SRR H R T B W
Hopr 2 BREE 2 2B EF26] 0

FIATATE Y hjedt > FEFRRT
P REFRRAASEY DR
ESERCE R RS Sl &

® R
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Fe2 B AT SRRE e

# 5 & WHO ATC/DDD Index 2024 %% 5 A16AB26[7] * " Al6A:
OTHER ALIMENTARY TRACT AND METABOLISM PRODUCTS | ¢ " A16AB:
Enzymes | #f c F it A fgenZE S0 £ 5 27 1 > S @ FELARTIINS R E 5
FRF2 (FF FRIH  FFOBEFTELN) T T EmSN
RS AR DA SRS SRR 8 2B A

|

%
|

|

B-HRFTVEE EiPPE v R SRR R R RS HIER LA
¥4k Lo paapass A & TAADC ) i Mt T i E
BN SR D b 23 R e

*1‘4-

*3F 4
okl
%

oA ATC GERE - R EREY AR AREUAT R E R
(head -to- head)\?”&fﬁ:ﬁﬁhéﬁ%} FEPRPAFLRIP T AT EAZE PN
AR L FET LR AT 5

(Z) M E

L S EE LM

@:‘éi—*ﬁi&:‘{ AR RHEL  ERAER O REFREA N EL R L
18 5% 1t TR S RTS8 BE AL FE % Lok
e 3 " 2 2L ' (Aromatic L-Amino Acid Decarboxylase AADC) 4 L Jp2 g5 4 o
am AKRT E(2024ﬁ42028ﬁ)%mfé’*4§£ - EFRAZTHRT ESA
AEEREP QY- EO9SBAIFT & 594 xam,a Wk S IRR B AT
HM G P AREREG T B R AH 2 MRS g%’ﬁﬁjﬁﬁ'bf%
BROOLRIRRE S AHZ AR5 954 RAT 596 R o BIRE L BRK
g Y EARACT

(1) T s

Li—gii;ﬁ%gﬁpdxrﬁ&%%?ﬁwlgigauw AADC 4 % }i;])%&cdiép—,g‘—,',j,
EHBPAY L FREY AEFLEALER TR LA SREE CHITH M

o

1

BRI

(2) PHREFERE
A FTE AR

. o #ATE AADCH# Zgpp A TR FSTRFFELR AR v P dE
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B[31] Bk A kT & (2024 #3 2028 #£) M4 A v K 159 F 41 143
FAX 5y 1 E S T[29]2 372 Qi HE 4 F (1:26229) #f & %
I EFTH AADC 4 £ g ¢ i -

e PEEMISBI M KA FRANAT2ERER ] B ERIATD
T T2 LR R AL AR E - £ 2% = # AT AADC 4 L
R ABRPrARKRFZEIFT AL BLEEL 18 B 12 AADC
ﬁiiﬁ;ﬁ;ﬁAﬁ{o

o BREAMI G EHE T 1k S L(24] 0 HEHL2000 £ 3 2023 E 3
T3 o#RY L AADC # L 40 H Y 8F 94%AADC ¥ Lk ¢ Bk
AR MR R RE AR 2 B e

EHEE I E EARART £ R L 18 B U BT ARl

AADC AT B A 958 -2 5204 ~$=E6AI 5T &S5
B. FiFA#k

g?ﬁﬂ?ﬁ‘?@ﬁ"ﬁ‘% Fds Ao Pl B F BEISRE BT £ RAIZ AADC
PAGERAT W AR - EG OB AMRRISF A TG S A TFERY A
18 B P » a2t s - ERL K ART ER L I8HB Y N B ERE4LR
A2 AADCEFRRA NG5 - #8425 &5 4 ¢

BE U EPART EPREEHAKIE - E8 AT HT &S A o

d0p A R H B AADC & LE2 s R Y R 0 RERF R E T R A Y
B AEoh o 7 FEKLE 100% B ART EASRY LHGEF- &
A 7

d
8

éa%$%i&ﬁﬁ%%%§’uirﬁa%n—a~;¢%’££&@4
57 E 594 B~ o

() 2EFRE

—

ERH R AEFEERPP LRI E 5 2 &ﬁfiﬁﬁ’
RIS i s Y L%*"%*F\Mﬁ%’mﬁ%‘ R R AR + R
B~ B = P ARERNZ RE LR B Lo T %‘%#gﬁaf*)%fia 3
F83084B = #8 % _i=jiF-% s r4 2 | (& 128 25,000 8L) B2 > ¥ H =t £ jiF

£ 5
w}a ~

\E\ﬂ =X
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PSR4 E gt SGEUARASIER T D AN R Y TR AT
WIS L BRI P LR TR B R T F o B R A L E A S e M 2L = R F
HIBF A~ HFHFRIRIAD > ERFFTERIAL NFEY S LAFRIR
BRE hAGF AT P E e RG0S BETE B E A F R
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