Journal of China Pharmaceutical University 2024, 55(5): 577 — 589 577

Fi 75 FA 24 358 15 3R & % IIfe PR A 31 i3t
%?ﬁ%l, ﬁﬁ ‘))%::1,))5 il 1’ ﬁ':m\ﬁﬁl i H&‘ = 0 T % L%

(" PR 2R 2R 2, ZRORR R IR W) 4 [ HE S, BT 2111985 ° S JEHEIL R 2574, I JE A MB R3E 0T5)

OB hMBERNGAER T HYN N REE, FRERT R, B R EFGERE R, SRR, A THRAL
i R Fedr A iE 2h ARG RO TFZ RGN FTHA), AL 5 S ek o il BRI e AR A4S, B E R AT S AN R R R ARSI B R BB R 64
BAFE, AEHTRERBGTEL, ﬁxmmmeaﬁll*/ﬂffm’ﬁﬁéﬁaéé:%m%ﬁ:ﬁnh\#& FRLER T B I7 AR A A
FRAN AT 25 8] ) 6 BRI R 0, R ARG T R0 5 R AT, VAR A AT — R S AR KSR AT B Ao Ty ik
XA ERJA ;i i ik B TR Rk 16 Rt R
FESEKS R944;R749  XEAIRER A XEHES 1000-5048(2024)05-0577-13

doi: 10.11665/j.issn.1000-5048.2024063001

Bl FARST T4k, A%, BB EE, F. fom A 25 1 A R R N RAT R B [1]. F B 35K 3 53R, 2024, 55(5): 577 — 589.

Cite this article as: LU Ningshu, JI Tao, LU Yinglan, et al. Drug delivery strategies and clinical research progress for encephalopathy[J]. J
China Pharm Univ, 2024, 55(5): 577 — 589.

Drug delivery strategies and clinical research progress for encephalopathy
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Abstract The blood-brain barrier in humans significantly restricts the effective delivery of drugs into the brain,
resulting in poor therapeutic efficacy and difficulty in brain disease management. In recent years, innovative
strategies and novel preparations have been studied and developed in order to circumvent the blood-brain barrier,
achieve efficient drug entry into the brain, minimize the incidence of peripheral adverse effects, and bring
significant therapeutic outcomes to patients. This review summarizes some key development strategies for
treating encephalopathy, to provide some insights for the development of the next generation of drugs.
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B) IEAME AN T (2.38+0.58) 4%, # M2 AN EN T
REA PR 36 A5 &5 R i 41 2210 #% ADAS-cog
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W TR R . [FIRHZR B A TR 5L T AN A
2B R N 20, i Z i 1
RERSITN 52 BE 8] 2 I BN 4 24, R e B2 PR AT 5 4
BEA RO R S5 .

P T B s P TR A 14 AL R BE S [, 259
ik F B A FEFA WA —E 25 L
TN B, b G 1 O AR B R, 25 Wl
W L R AF25 90 mTaE A b B s R LI L
IR o AR T R DX 6 A v AR 2 A T ALY
5%~10%, & 55 (1) 3 3% 3¢ 5 AL RENS K20 3% 259
A A 1 AR, CH A A3 1 ke 1 O U

5Y7E b TR XA R i R R T AR R B 5
HIRR O 2z — o foilan, FR R PR AU 22 ) e s 25 55
(Trudhesa) K Impel §il2522 5] H FBFA Y Precision
Olfactory Delivery #:i% , HAE S FE TWIME iR
BT RE AT 1 55 ELAT /NI SPI O AR B2 2 1 S5 B O
TR B DB, Sk 246 e 25 W 7E b B s IX By 3
FUEO S AL G0 5 s 45 25255 B 1 HR R WU & A2
£ i 5 FH 5 25 571) (Mligranal ) #H ., Trudhesa ) 48 X}
VIR R 58.9%, W3 KT Migranal (15.2%)"",
WA, ATEAGHE o M TIPS, 30525 F 2l B 5
JE ST, 2 T BEL LR 25 40 1) i 3 2 i o T I B,
Optinose il 253 7% T OptPowder M-I 3K 54
FERI R TR Y7 S L= S SR A RR & 1 i
A2 #2577 (Onzetra Xsail), 1225 B 12 18.3%
PSS 24 1 AR 16 R LXK, I P = 2 R AR AR
IR X AR, WD 2 A B PEAS B
I 3B 326 2 110 L 4B 2 X B s L 50 s oA A= 0
FHEE A 5 K5

Wik ik ke B DAAb, BERRE B A D Re TEAT R 25
P& 5 W VR T 25 W0 00 Bl N AR R BE o 2019 4F
1 H, FDA #it# 17 1 Promius il 252> B WF & B9 &F
Ty il 1 2 R 25 7] ( Tosymra) 5% F 2 L R 1R
B Intravail 28 F5 NSO B AR, H 32 HeME
HPRLEA TE -+ bt 5L -p-D-22 2R 0, B — R Al b 5k
WEFF ISR HE 59, 2 530 1k W B 1T 36 b 4 T 440



580 V-‘r a4 41‘/\";“ MW Journal of China Pharmaceutical University 2024, 55(5): 577 — 589

5 55 4

[i) P 155 4 32 42 LA R I L 240 o o 3t 0y 4 S AL il i
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5y 5 15 B ok e B MG AL, 28 1z 2 245 T AAIR - b i e
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(SRR ATRINY % B S5 N R 00 N [ B s N
e SRR Z s R LR )'E =F eyl
SR K BB ). AnBCER L PIE LSRR BE
T O P b S B 1 U A S5 e e, AT 2 2 245 )
14375 e WSRO, T ki A TR T Ll b B ) e
Hy AT flan, FRE A =T LEARFTE
FR AU ER R AT SEFEKE BT I 2 T 2024 4F R0
A AR BB -
12 BRANHR3R4% 2k
121 WEREHLS MEANTHARY
(intracerebroventricular injection, ICV) J2& 18 ¥ 254
5 2 ot T ARAE AR Sk B N AR e, JfE
b T RO 25 53 A TR S B 25 25 0 AP, 4
BRIEFINC R Z00E I ICV ik 2 H LIRYT
Jigi s 9 I PR 356 (35 5), Ommaya %% F1 Rickham %%
R PR L FH P i =5 v -

P2 TTIERENR 8 B TOBUAE 2 B — Bl =ik
FE KB 1(tripeptidyl peptidase 1, TPP1) it = 5| {2
=5 IR E R A 42

BN LA 2B AT PR, AR PN S R 28 4545 ek
JUEE I AR AU . B R | R
REEPY ) Cerliponase alfa j&—FfpE 41 A\ TPP1, n[if
i AN FE AR Y B = ) TPPL R AEIG T AR . SR
cerliponase alfa J& 1 544 NS FEBR 40 BT Ko T2k
H5T, “F3IAR XS 43 F B i 59 kD, #ELLi%& i BBB,
ok A B 45 251038 2% 7 20F TSI AE G N IR B
HUARITHREE . 2017 4F 4 H, FDA it BioMarin 2}
Z~ A Brineura b7, 2R E MR ME—IRY T A
2T B TR DTRUE 2 B A9 HEE 7= i, il ad ICV
M 4h 2577 2L 2.5 mL/h (19 5 78 3 RK cerliponase
alfa 14 3% 2 ki %, B W 8 45 25 — K ™), Brineura
I FH B R P 3 2% 2% B 3 %2 Perfusor Space i Wi
% . Codman Holter Rickham i % Fll Codman fij &
SRR AL, H 2014 4 5E B T/ 11 3910 IR
56 (NCT02485899) 4% 5 I 7, cerliponase alfa A
IR T A B S I AR B R Y 300~1000 7%, R W
cerliponase alfa i1 ICV 3335 J5 AT 5L AR i P A9 5
R AR
122 SR BRLEHHA WHRHRAH
(convection-enhanced delivery, CED) £ K & 45 % H
SEARE Sr B AN 5O A R E A H
B X3, 38 40 R 3K 8l LR -9 1Y Oy 2 2 i
WL 25 )T, M THESER ICV, CED Al ffiZh
W B T il S5 I3 ) JRy s A8 DX B, 38 326 A5 R B
SREHERY ER T P R A B RS T A ERR
DAL E R AR UL, (A5 25 2 15 LTy
2%, (BRI ERF AP B XoF A i 114 24 47 38 06 S gk 2 1
T EIr I, I CED AR 138 26 76 i 9 50 1R
U BT R BB ET R (K 6) .

PD L i 2 J5 v 22 EL B fig # 22 T i) 2R A TP ik
R BRI, b re i R £ R RE P 22 Ttk

THERLS FFER ] WA R B I PRI 50 TE i TE WA
ETX101 2024 I/ NCT05419492 DravetZi & 1iF Encoded
NGN401 2023 /113 NCT05898620 TR AIE Neurogene
GC1123 2022 I NCT05422482 Fh N RUAE 11 7Y GC Biopharma
MB101 2021 I8 NCT04661384 52 R BHMETE M A R TR Mustang
CT010 2020 [IE] NCT04153175 METR R Cerebral
Neurostem 2017 /0 NCT03172117 B IR 2R BRI Medipost
sNN0031 2015 /114 NCT02408562 4 AR Newron
sNN0029 2009 I/ NCT01384162 W4 Z L Newron
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052966 2021 14 NCT04608812 52 52 i R v O e TR OncoSynergy
MTX110 2018 /103 NCT03566199 PRI AT 2 R Midatech
NBIb1817 2018 I NCT03562494 W4 AR Neurocrine
PVSRIPO 2017 11 4 NCT02986178 52 RIS I 4 g Istari Oncology
MDNAS55 2017 1T 4 NCT02858895 S RN 5 - 4 9 Medicenna
DNX2401 2016 114 NCT02798406 I R PRI T3t A g DNAtrix
AB1005 2013 14 NCTO01621581 ¥ i) AskBio
PRX321 2009 1T 4 NCT00797940 52 R MR IR 2 RS Protox
AP12009 2008 144 NCT00761280 Ey-ae s ok Isarna

Z I E AL, R 2 BT A I R AT A A £
H % M F (glial cell line-derived neurotrophic factor,
GDNF) A 2 1 PN+ 28 T I A FE 8 534k, 7
I RTGIF9T 70 Hh BB 1 S 22 L2 i R 17 1P i
1B FERFRRE JT, A BN PD S8 A R A B
B ek F 20 N GDNF 880 s 5 T 52 4% X 3
J FEERFARTT RMER o He T HRAH IR 5 (adeno-
associated virus, AAV ) HAG 0 [m] 7 5 0L #4200 Y
L, AskBio il 2523 w1 R AAV2 AE i 2 41
A GDNF (a8 {4, Il 1k CED 4 RS v 126 2% 22 1
PRI 7 B DX 6 7 40 PD SR . 2022 4R 58
(T 3006 IR 36 (NCTO1621581) 4558 B, HArse
B IX I I 25 W) B 50 63%, T HAE KK 5 4F 1
RIT R, B BT 52 P R AR

123 ¥ AEHLYH BN %2 (intrathecal
injection, IT) J& 485+ 254 B2 10 G 28k I JJR T s v
AR IE U, B 245 00 28 B VAT P 00 AT 9 Y 4 24
750 P N-HEE-D-K 4 5 R % 14 (N-methyl-D-
aspartate receptor, NMDAR) fiii & J2& i NMDAR #i
PRI 0 A B e PR 48, 4R AR 1.5/100 T3
N, Hrp st A TR T 259 ERN MR DT NMDAR
ki ¢ 288 NS A S NE) 25% A2 AL
SR NMDAR il 2 (4 FH 24590, 38 i i Dk
T 25 24577 2R R 2 BT, O 1% 254 ml L
58 BBB #E AN, FECH X THER ST NMDAR
oG ¢ F8 3B TR TSR ) TT 306 R 22 B U] w7
IRITMEVAR PEDT NMDAR figi 48 835 i B v A4 Hh AL
ST IIRIGIT A R R, &0 1T ik ) %
HABUIATT ), MEIETEDT NMDAR I 48 55 A T

oY) NMDAR HUAR T B 1:128 IR ZE 1:16, H.
BE MG RIS ) B Z ek ED, HRte FEZ
TGR FH 1T sk 2590367 I B I AR 6 (3 7)) 6

2 ETHEEZ RSEH ML E 2T & R

255y T Z AL 5 BBB(] 2),
R Ak 2 R g (N T2 IR S A b 25 &R
Gr. BLT UMM L0 B B 2 R G L TR R AT
FTJF BBB i 25 2 48 55 ) i o F FH i 9 R AR e is L
il S S R 2GR BBB A0CR, TR I R AR P
i SRR R B B R ARG T . (R AL
RGN A MER K BRI Rl &,
MR XE LIRS 8 Tolk A A 7=, BEEAY T
FREOR | BTG R | 25 i ) H AR S5 A o
Y & B B, il 24 40 b BR 0% 4T B DAAE A % TR
5%, F0 M 24500 2 2 T A A el DR, s 0o 8 3 24
FRGEAIE 2 I N B IR YT A I RS FH B B
21 AT HRAFHIEEH A%

ZARAY T 1 5 I A AE F (receptor-mediated
transcytosis, RMT) J&F| F§ BBB |- £ Ff py IR M 32 K
(AN 32 TR 32K | A% BEAR 2R 32 4K
) M ECARFE R 0 DhRE /PR R 5, Y
AP FR MBI ECAS BBB L T2 ks &
Je s | A i A P R 24 L B A B O & A M AR
TE R 32 - S 0 B A0 o PN B, i A
S PN AR I e ds LT A VE T T s 28R, s
38 o AR B2 e AR ZY, RMT 1
— P AN AR 1 25 2 i BBB iR 1%,
CEZ WM S B2 R (36 8) . Hih ki
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TEPERST FEUG A WA BB e PR 6405 T W IE R A
RJK002 2024 I3t NCT06454682 el Tia Rejuko
ALN-APP 2024 148 NCT06393712 i TR I A5 Alnylam
ION717 2024 /14 NCT06153966 SR BN ) Tonis
BIIB080 2022 11481 NCT05399888 B IR v R Biogen
ION464 2022 I # NCT04165486 EZ Y Tonis
ION582 2021 I/ NCT05127226 AngelmanZi & 1iF Tonis
WVE003 2021 /113 NCT05032196 AL Wave Life
ION373 2021 JIIE:E] NCT04849741 NN Tonis
STK001 2021 IE] NCT04740476 DravetZi & 1iF Stoke
BIIB105 2020 gL NCT04494256 W24 2= Ak Biogen
GTX102 2020 [/ NCT04259281 AngelmanZi &1 Ultragenyx
BIIB094 2019 I8 NCT03976349 A4 BRI Biogen

sikng ZRN T gailiokaRA W B 5 Weshy 8 P-MHRF W
PGS e et FAME A
e
F o + @+ o,
- 4 L i8¢

B2 R 2 AR G A LR B AL

[ 3Z {4 (transferrin receptor, TfR) 76 fi i34 M55 PN 2 21
JH b B R A, S RMIT 3826 43k b i H A 1z
AR ] SZ AR

2021 4F HAZy i 5 BT 4 A 21 =) (Pharmace-
uticals and Medical Devices Agency, PMDA ) It i —
i B 2H Bl A& 25 [ pabinafusp alfa [ 717, R4 N
Izcargo. lzcargo f& % T JCR il 25~ /) & A 1Y J-
Brain Cargo £ A, F H 20 A SRR - 2- i 11 T 1
5 TR LRSS G iR W22 T 208
T 12 -2 198 T Tt ke 2 T S P R 32 180 e SR A
Z—, EEZ I BUE 1T B B A YA W
JCR #2545 7 F 2020 4F 58 1, Izcargo (4 11 /T 491
RIS (NCT03568175), ek 52 JHIAYT, 3
W B R £ Tt T 3R VR B W IR 45 240 T B2
63.7%, 7t R PP AR 2 IR T RCR,, ik
A 5k 4 FH 242 A PR [ R

Ly

PN

Gantenerumab J& Roche il 2523 5] & i) NI
b AR SPEEREE 11 G Pk, i 5 AR RERE
FASS G RALHE RN b AR ARHIE bR . SRR Ap
B BT REHTAR SR R DK T 5 45 245 07 UK ), gantene-
rumab SR H RTS8 24507 AR iy AT .
Roche il 2573 5] T 2022 4E5E B, gantenerumab F)
TRUTIT 9 11 PR 3 56 (NCT03443973, NCT03444870),
E LR M A28, 25 1 7R, gantenerumab X} T
AB B BRRCR AL T B, (23 B K- B BAR T
T, HAR BB MO B F DRI RE T R FE, 3R W]
gantenerumab £ 57 T 155 B BBB YRR,
Brainshuttle™/& Roche il 25 /A A 2T RMT H & H
TR RO T 255 BBB RUR Y5 — sk 1% 4
A, R FI 45 ) Brainshuttle F e 5 34 77 P 3t (A
TR UL G IE AR ST . 76 AD /N Y
TR R BUATE AR DTSR AL BE 4 & 55
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THPER HUREZEN FFIRHTTE] WA B I PRI 50 SEAN W Al
ANG1005 R EEAR B 2 ARG L 2023 134 NCT03613181 AR IR AngioChem
ABL301 JBRE BRI 1521k 2022 I NCT05756920 A4 BRI ABL
DNL310 R 2k 2022 11 /1039 NCT05371613 FhZ BRI RE 11 7 Denali
DNL593 RE A2k 2022 1713 NCT05262023 e Denali
RG6102 R 2 Ak 2021 I/ NCT04639050 B 7R S BRI Roche
JR171 B HZA 2021 I/ NCT04453085 R W RE T A JCR
AGTI81 JBe B 2R 2 AR 2016 1/13 NCT03071341 B e RUE 1 4 ArmaGen
AGT182 JBRE R 2 Ak 2015 I NCT02262338 FhZWEIRUE TR ArmaGen

%% Trontinemab(RG6102) 2 Roche | 24/ 7] 3
T Brainshuttle™3# 25 B AR T £ 19 “2+17 TR AR 7
PEPATTRETTIA, ¥ Brainshuttle #5155 gantenerumab
e, IES TR REETUR S5 & . EIRIR
HIOE ST, DU g Sy sh W i A0, 4 03] e Jok 12 559
trontinemab( 10 mg/kg) 1 gantenerumab(20 mg/kg),
25 3L ) 78 trontinemab FY 25 24 571) i1 i3 AR J2: gantene-
rumab [ —2, (L PN 22 28 VTR 2 4~18 5 &
it PK/PD BE RIS, 5 4 J& # Ik 32 54 trontinemab
210 mg /7 E AB I B 2R 5 40 [ A5 K 45 2 gantene-
rumab 600 mg # X4, F B trontinemab #5 1 BBB
A% R i 2% 5 T gantenerumab™, Roche il 25 A
" T 2023 4F 52 )i, trontinemab 1 /10 ] i J& i %
(NCT04639050), 455 i/ trontinemab 7£ £ A&
i 6 /1L 3% HE 2R J2: gantenerumab Y 8 % . 4t
28 JHIRIT I, A 75% HAE N AR KPR T 1IE#
Kz 7K S, W BR ORI T2 Ll R AR
(Leqembi) .

A2 (paclitaxel, PTX) J2& 5 UL (1) Brbed ALy 7 24
Yy, %t i Ieg 4] 2R 2 SR R SRR 1Y 1400 1%, {H ER
T PTX fisi N A=W BE AR, PR AR A g i6y 7
S R H . ANG1005 J&—Flh#r 7 ik -245 4 (i X
Yy, 34 PTX 43F45 Angiopep-2 JLH I 177 A,
FHTIRYT LRI NS5 H . Angiopep-2 i 19 >z B
M2 ke 5L 20 WG, T B ) IR BE AR AR 2 IR AR DGR A
1 Jfidid RMT 32598578 BBB. Hi TARE AR
A SZARAH G 1 NS il i il 78 P e 4 B |
IR, 7] Ot A M e A% 1 e 2 A v o B SR
1 ANG1005 AL AT LLES # BBB AN, i n] 48 15] [l
DA R A L B e B /) RS AR v e
S ANG1005 F i A % e e [7] EE JR Ui 5 PTX (Y
54 . TG RIS 45 R R, 2853 ANG1005 36

JrRE PO EFINAN 8 N H, RIEZIAIRIT
iy A A (4 A DY 2 45,
22 A Tmiea et 25

il EE B R N EE SRV
) EAR X3 & A A )B4 R A 4
it 25 G 8 A i EL A KAk ik BBB (U RE 1, Al far 2%
2 G PN A 1 505 i 1 ) 255 % BBB 38 i ]
B 200N B 1] i PN ARRE IX 38, BRI G P AR PR
RN . MAT2203 (A & &% T Matinas
T 2528 R 9K fi - 5 R, DA B A (1 R
SR NG IE 22 2012 R B SO BT 5 0 85 55 140 B
YEFIE AN 25 R e 6 25 K 1 22 2 MR B 40 K i,
P A 53 2540 AT A U B s K PR Y P R R R
B(amphotericin B, AmB), Jf3ili/> 1 IR 45 2 J5 AmB
TE AL PRBE h A A . MAT2203 HORR 25 ML N
Y5 - AR P TR TS, A 4 L P IR RS T g o
YK S ) A58 2 BIRESR T RSB AmB, T #E VR0
I R A AR ZE R AR o BROBR AT i ¢ 2
B UL A L DA TP AR R 22 R G IR R, AR AE
SBR[ N 1 B 18 0 ABET, AT i o ik
5 AmB Wi IRERER o F T Bk = IEE 1, AmB &)
TEAME A 21E R R AR IR YT R v B R
E MG EHA RN . MAT2203 1E H—Fliy
L ) AmB BE 44K &, T 55 40 (1 e 4
3 R 1 M P, O i iz i P I PR
%18 B AmB, Bifi 5 I 41 7E A #4 Ak R T 1)
1T, fargk AmB 81 20 iU S FH 58 BBB Jf
B 1) i P A IX SR FEIR YT AR o A BBk v P B
JIEE 6 /N BB 2R e, MAT2203 7] 523 AmB 5= %0 &
£ /0N BRI 6 4 i DX 38, 17 oA 52 8 g /N BB R
AmB R BEAR AR, 2022 4E 52 i T HIG PRI
(NCT04031833) &% 5 /R, MAT2203 (1) 2 J& ki &
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T E B BRR A 63.6%, 5K 4T AmB 935 BR
R (67.6%), HLZ5t MAT2203 Flki5 AmB
IRIT HE Y 18 JE A AR 85%. [HAEREME T
11, MAT2203 (1)'B 461 3 K 2% M & AR50 510 13%
1 4.8%, /N THHIKTE ST AmB 1Y 43% (B 4515 )
38%(FX 1), FBAAH b F# Ik iE ST AmB, MAT2203
F14) i A0 ] A AT
23 A TMFETiHEITIF BBB i# 25 A%

B LR 4T T 2021 4F 4K FDA #tifE Erii T
BRI AD IRYT, B E R 1) A Y4 A
U8 1gG1 PATEREPLIAR, JF HARSE A 2003 4E LIRS —
A3 i AR VR ALEING YT AD METHZS, iR iR
7 AD [ =, Bl BBB RYFHAHEH, #ilk
T 5 BT AR AR BB AR 1.3% 19259 v L %% 34 BBB
PEABN, SEOTRORE, B F 2024 4FETH . R
R ZR R IR ) 7 R A TR X, DT
A 33 4 FT T 5538 BBB, T A5 i HoAh X 45 BBB 19
TEH ARSI RE, T 5 259 25 1 BBB &% -5
PR IV E sk B . B ok L IR 2R
Hzs () BN 5, 76 AD VAP A h B H oK
IR AT . #E AD /N BUSERL p e St/ N B g
BRI T SR AR 75 A3, 25 5 37 R R I S B A
TR BT o X HE 0 Ay Bl i ik i S5 BT S B
AT R I, 4550 R, Lol RS
A ) /)N BN PN BT AT S BT 118 W R O X B
8.1 1%, % W SR AR A 7 AT Ak 35 448 o B el O e 2 ek
BBB MR, KA 2090 45 R o, BGYT
Pk Al AL AD /N EUE S AB KPR AN
FIRE ST IR o AE—T0 2022 4 J& A HE S P 56 1E
IIfi RAFF 5T (NCT05469009) H1, 2% F Insightec 23 & H
F WA 09 3R A 7 1 4% (ExAblate-Neuro-Type 2),
HAT 1000 2487508, nl ARG g 51 5
WA B P e i R A T HReE 0. AD A
WA Z R P AL AR BT 2 h J5, BEJS W ExAblate-
Neuro-Type 2 7£ AD &35 — P Fakrh Ap Ui
JEE v 1) DX Sl A 7 SR AR, IR kR 2R R T
SR AR S 1 [ 5 DX A Sy ko B T SR T 3
RS WSS BBB IF A 150, 250 BR, R &8
7 b B Y SRR IX 1 BBB 8T, 7 AR
GG I 24~48 h A A, R R M 0] DL
4 . AT IT AD S BBB MR A
SR IE AR N2y . e 232 26 JEIRYT

J& , F-9R L A BE IE FL R S T2 A A R R,
AD FEH iR N 4237 B AR 7 Rb B G e BR 1) AB 7K
S H R 32%, T BRZH Y AR KA T % 1%,
FWEAIT T B W B E N AR K, B
A EU A BT AL AT B A 5 A4

BE Ak, BE 40 KR T 1) 3 28 36 24 2R 45 A ik
FRYETT A0 R AL RS Y AL, Janssen il 2523 A
W 2 1 o A T2 1 ) R B 498 K 7 5 59 (Invega
Hafyera) AR ILALHE 20 VE AR, IR AWML
JERIF S R 45 T, T 2021 4E3K FDA #tfE b i)t
B AER R AN EE NS H RS — R KR 5 5,
2 PR ARG Al 240 AR I 25 25 00K Y. Invega
Hafyera Z8 8 58 UL VE S I, e R ) AR iR Bl < 22
P AT A PN TR 8 O P 7K A Bt R R L, 22
PR 76 24 2% 5k BBB, S5 BH 25 ) K B 1] R 22 A -
T 011 PR R 36 (NCT03345342) 45 5l 7R, 92.5%
HAEHEZ Invega Hafyera 1697 )5 12 M H N TEE &,
KGRI ST R A R A . AAV R —
Fl UG AL B Y BA 5% DNA SR 75, IR S R A K A f
4.7 kb, HATC W & HhZ 3R, Hr AAV9 [HE
L S 1 S e A A B N R YA T e BT
FIZEREE . k22 B T2 2 Fh T i PN B3l = o i
TR T I 2R A -1 ek 7 7 A Mg i 66 7K fidk I ( V-
sulfoglucosamine sulfohydrolase, SGSH) , 7| {2 i iR
T RAEMG N B R, PE R P AR 22 2 55 it
4. T Abeona il 24/2 FIWF & ) ABO-102 Lk AAVY
YE R far 2 SGSH (2144, SR FH ki S 1 25 25 7 =X
AR SGSH 3 3% A figi M Ml $2 FHfii N SGSH 7K F- .
2021 AE5E R T/ A PR35 (NCT02716246) 45
R IRZ 5 ABO-102 697 838 I 5 R i B IR £ 19k
JIT 25 Wk B S 20080 63%, R HH ABO-102 43 B AN
B I RURE TR R YT 2590

3 RESRE

il AL (1 37 U — A B A A HAN T
RIRMBE 253, 1 R & RS PR LRSS . 4
BRX Y6 Y7 IR 786 A 25 ) B T A KL i 20 2 4
A B4 KR, B G R I N 0 1L LA
BAIRIT RIS SR BRIE AR A T i, © 27T K i — 4k
HABEXHERI 258 B3R Y77 58, (25 4h 251842 U
Pe3sh IR B SETT A W . R 2Y,
WAL | 2 B 20 2SR s 2 A ke G A v
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TR P 2 LRI I BE s BRI 2, R AR
JRyHR 45 2534 R AE G N BN IR T 25 58 BBB HA%
I, AR T I N EE P 78 Bk T 32 R A
HRMIATIE G R HE T UM SN I 25 R 4L
DA HE TR 75 AT T BBB 3 24 RG0S5 R A 24
FoR, B R R WA A e T R iR e 25 s
i BBB HIZCR, S i6 )7 ik B I R 701 25 )
BT AR T R A o X BB B 24 ) T e N
TE R 22 70 i A A R, JEHOE RV 25+ 15
Xt il e AR | HiE 22 il BHL LB O HEJE | B
SR YA R S, AR 5 T B T R
PEFNZ2 A e, B FE AR I N BRI A B . ek
HEBSTP IR TSR, ARRME BN 20357 SR 2
SEANEE TR o BRI AR TR B, 1
AR S AL 5 1 A
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