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ElfFENS

M OIRES ! hEF X 3CL EREEHHIF Xocova SREFERilt
# : iafriEfE COVID-19!

H A2 A 287 X (Shionogi) i HE A, a4 0 ARPTIR B Xocova
(ensitrelvir fumaric acid, f0F%: S-217622, PATFMI#RK “ensitrelvir” )
125mg KR O IR H A48 OHLW S 2s it BT 8THiissERm
# (SARS-CoV-2) By, iZflhifE Rt (25 MMEITEmMER) 38 14-2-2 %M
JE 55 S B L AR B4 T 1 AR R B S MHLW - 2022 4F 3 H 28 1 Xocova
AR R A, HASBURFS MHLW 2537 I 3K 100 J597#% Xocova & [FIELE
Gy

Xocova B—MORIURELY, SH XA 5 RiTiE, ATHEITHERE
WHREM#X (COVID-19) . Xocova RILEERYSHLEF LBEHI KM —F 3CL
BEEBMHIF. 3CL EABXIEIRKE (SARS-CoV-2) HIEHEREE.
ensitrelvir BT EFEEIH] 3CL HARE, WHIFHERBHRES.

RYE 2/3 JHIm AR TS 2b JHER 0 AT BI85 5, EREF T 2022 4F 2 H 25 HAE
FIAHE T A= Fas 8 s, BORAE “HAM i RS TikTs&. 5 A 27
H, #hE UM (25 SRS 28 E 22 ) BT Ja B i i) <5 S a e o ik fE
EHHRAS TG, BESREMTEE. 7 H 20 H, HAZRSHSME N PAEES
SUHLT Xocova B SHLHE, JEARIE #h 57 SUPTHRACHIBIE T 3 JAHR 43 1R 45 R 4k
BafAT VHA, % 3 MR AIRIESE, BEFIAR) 1 B

HE 22, Xocova & HAFTI R SR B THAERE —Fw. &
B SUE AT E Isao Teshirogi W-EFIR:  “IATR A SEREWIE Hix — HARMH
R, ZFREB AU A SARS-CoV-2 JE e B 55 M 2 IE A BTk
RO SOk SE ), AMUERA, T HES S, AFEPRINER (IO
PRMEVE ST SARS-CoV-2 YL ik .

EhUF SR AR SEBUT T3R5 Xocova MYSE A fttHE, IF4REE T SRAETRITN, AHE
5 Medicines Patent Pool (ZyfhELAlth) &41F, LARME LMIC #EN, FH4 KM


https://news.bioon.com/article/'https:/www.medsci.cn/search?q=%E6%96%B0%E5%86%A0%E8%82%BA%E7%82%8E%27
https://news.bioon.com/article/'https:/www.medsci.cn/search?q=COVID-19%27
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ensitrelvir {250 (B oKiE: pubchem)

MHLW 427 Xocova R, HETEWM (EERHA HRE/HE
REAR¥] COVID-19 &35 thIF R 2/3 SRR FTI) 2 053 (497 5], 045 2a AN 2b
BB Ay A3 RSy (1821 ) MIZER, XULLEBUIESL T Xocova MTIHHIT 2 K
AR A

Xocova F& 55— 7E B85 7o, B (Omicron ) BRI AT HA 8]  FE 32 H BE SARS—CoV-2
RGO R R R BB B AR A 0 ) o B i 27 Hi %t 5 F B2 Omi cron
MR (FEL D BARKERT BRI CRERELR) Bt
R

JERT AN 2 WK IRIGHIE o, 2 ensitrelvir JRITHIBHEIEL 4
K55 3 WG R R/ SO 5% RNA B35 JOd PR, Bhdt, 7Edat b
W5, ensitrelvir XFEZ 5 (Omicron) TSk BA. 2 AHAL A Ak HAT
FEAA BT 235 1

Xocova 2/3 HIWF 7L K 3 BAERMFE 1821 BIA BB/ F BRI COVID-19 B
IR, W T ensitrelvir (2 MFIEA; @RS S2EA, BK
AR —¥Kk, FFEHAIT 5 K, X COVID-19 I RAEIR (78 BRI L. %HT F04E H A
FHIE . BN 71821 B, AR COVID-19 #F Rl R, K2
S EAADNIIIE L BUR s

G EBEL SR TEERHBIE 72 DAY EE S, BHRIER
5 FhEE COVID-19 FEIR (SRZEBRIRTA. MEORJE. oK. RMSRE. (KEESE
35 WIRHE, XEFEREFHEERBE (SARS-CoV-2) HEHE A (Omicron) 28
RBHLSHE . IX 5 AR, REdEHEELZMEEIN (BiEEAR
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AR5 B4 IMHLW] « H A2 5 A BT 28 088 [ PMDA ] 3€ [ &0 0 AN 245470 P15 [FDA )

IR H AR5 A0 BT A AT I 11 6

B Bor, EX—A#EY, SRESMHEL, [KF& ensitrelvir (HERSE
HEHERIFIRK DI T 4L 5 P e i JOREIR B VRV % iy o AL Bt ) S 3B 4 4 167. 9
/NEF vs 192, 2 /8B, EFR=24 /DB, BESRIFEREX (p=0.04) .

BbAh, FEE 4R GB 3 RGH)E) WE RNA BOKREBRELA R HE: 5
ZRFIFL, ensitrelvir 7EM5E RNA B/ _RHETU I HERHEEER
(p<0.0001) ; H&EFIME, W T 1.4 1oglo # N /ml LAk, 52 FTHHF5
FOEE RS RARDL. 2D, 2 BRI ensitrelvir BHA RIFIT 2
P, B BE T BRI RN SRR, B AT AR A R
T P R 1 PR T H S =R T, 2 BT RO AT SR I

B A BiERERETTZ BioMarin 2% Roctavian(valrox)
EXEHERAHE , SERREEZAIL!

BioMarin #1254 mIiT H AR T EE & MMAGYE R (FDA) X ERFEIT %
Roctavian (valoctocogene roxaparvovec, valrox, BMN270) =4l i al B
7§ (BLA) SRRt XR—M—KEERTE, ATRTER ARMK
WA B . FDA flLiE A BioMarin, &itit—H% &, BEZNMAE I IA
THFHEME Rz, PR HATIEAR K Roctavian BLA. ILHT, FDA [
BioMarin #7n, THIBEFEMZE RSBk BLA, HATRE HIH. B,
BioMarin 1EZESFAF FDA A WAL TN AR J& M 5 FLA 10 J= DR 7 2 1l 1 s b gk
1T AR E ILHERTRE & (Pre-License Inspection, PLI) .

IRIRGHEAE, Roctavian FEARE S —MEITERE A B KW HIZER ST
%o ULHET, FDA ©4% 7 valrox EMEITIEINE (BID)  FAEZ LTI

(RMAT) . FIUJLZG B4 (ODD)

2022 £ 9 H, BioMarin [n]3&[H FDA H¥1#25C | Roctavian BLA, HHfu#F
T %P3 [ FDA T~ 2020 4F 8 H 18 HARAMHIKT valrox B8 % [EI K K (CRL) (1]
2, UIRJGS:RME, AIE4FER GENErs-1 3 WAL 2 4R 5, DA IEAE
AT 1/2 HHFR B T 7T 5 B U7 R SR 28


https://news.bioon.com/article/'https:/www.medsci.cn/guideline/list.do?q=%E7%AE%A1%E7%90%86%27
https://news.bioon.com/article/'https:/www.medsci.cn/search?q=FDA%27
https://news.bioon.com/article/'https:/www.medsci.cn/search?q=%E7%BB%9F%E8%AE%A1%27
https://news.bioon.com/article/'https:/www.medsci.cn/guideline/list.do?q=%E7%AE%A1%E7%90%86%27
https://news.bioon.com/article/'https:/www.medsci.cn/search?q=FDA%27
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EHHR I BORML G R B valrox IRPRIFRITH K EHHE, 1Z50H 2 A B
ML A F IR T T i) 2 I H , B4R BRYE GENEr8-1 3 B FCI1 2 445
. GENEr8-1 3 JAWFARH, MMEHBERA, BFE-FHEMHME (ABR)
FEFEAHEF VITT $iER K. th4h, Bl e i AT 1/2 =
BRI 6e13 ve/kg FIEBAF 5 AFRAVI I FFMEIESE . B HTHRAC M BoRE
FEVHRI B GRS 2 5 3E TR VKIS 16 SR — DK R 7t, LK 2
TR Jo VA 7 o

A4E 11 A, BioMarin KAiA%HR, FDA HHRIKHA 7 AL F AR e W
FLFG IR BE PR VA ] i BE b g AT TS 48 58 ML RTAS & (PLID o IEWIFUH AR AE,
FDA iR B R A TR AT IEAEHEAT ) 3 3 GENEr8—1 WAL Ky 3 AEEIRE 4 5. BAR
FDA 3% & 41% Roctavian BLA 4RI CAb77 2442 & BikiEE) (PDUFA) H
PREH 2023 4E 3 A 31 H#MTEHR, HZHWER, RTXEERTHRFEE
KBIE (Major Amendment) FEESR. FDA KEAE M vk 58 2 Bl PRAS BT H2 52 40
S, InSREA R FFE E KBV, PDUFA HIR &K 3 AN A .

Roctavian REIRFE—NREHEMAER A BMAHRERTE. 2022 4F 8
A, Roctavian 7ERK IR M KA (OMA) : 1EA—RIEHIW (one-time
infusion) , ATRITER A BRI AWRBRARE, BN TETF VIII #ifH
St ERK B A SR B IIER 5 (AAVE) FARERE A B ARBRAEE.

Roctavian TERKHMHLHE 77, Fr&d A BYILAREYT 10— AN 5K LR,
XMIFRIERYTE, FR/IEBE LI “—5KR” KFOR.  afhit, ERIM.
R JEM, AT 20000 44 RN 52 B EE A B AR I RZ I .

A B AR BB NE T VIII (FIID) $RTERZ MM RM, £t
R VITT SR BRI 51 ) XSRS, B8 & ) B R ERR S A Ak i,
RERTERT . WINB RS B b, KPS 8. B, EE A B ARRK
PHEMER KL SRR AER LR 7 VIII, PAgERemg-hA 2% rgtimE -+
VIII, PAFiEH .

Roctavian (valrox) R—FETRIMIRE (AAV) KERTE, Eidp
W, WRITEE A BMAREE . BTREEERENE T VIII KTtk
H, #8585 GE% ETE VIII FF, MMM HGT (ki
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HF VIID) KIFEK.

FERRHE, Roctavian MM HMERET valrox WRPEIF R IH A S 4G, #%
TUH 2 A R A B RR ST ST ) iz I H , A RE 4 ERTE GENErs-1 3 Ht
TUH) 2 SEEE R, LUJ 1/2 WG 7T 6e13 ve/kg FIEALEE VI 5 4F . 4el3 vg/kg
FIEABET 4 105 .

2022 £ 5 AJK, BioMarin AT 1/2 M FRMIBHSE R, &HRARERT
valrox MU KRR MELW, 2355t 6e13 ve/kg FIEABEYT 1 6 4. 4el3 vg/kg
FIEAIBETT T 5 4. 48R EoR, valrox B RSN IEMA R,

K H 6e13 ve/kg FIBEMEYS 6 M4 AR EHIREUER, SFEHT
A BEWYAREAMPIER T VILI 67, F3H BREN H IR (ABRIRET 1,
HAKRBTFELEAKT; SELME, 564K ABRANO0.7, 6 FERTHREM ABR
Wb 95%, BT VIII £ /D> 96%.

KH 4el3 vg/kg FIEAHREVT 5 FHILRTW: EHIEBILE, Z 4T
B A TR R 7 VITT V697 . E8dREubeT 6 N H, — &gk
SRR T VITL 69T T — A H, ZGEsda — kB b o i SEE ML,
4e13 vg/kg FIRLHEE 5 F M ABR 4 0.7, 5FERNFH R ABR B 91%, H
F VIII 8 s> 93%.

6el3 vg/kg FIFEA 4el3 vg/kg FIRAHH T VITT G MK IEE S
AT JUAE IR L2 45 RARAT o

HER2 BHT%HEHA B EHZS | EXE2 CHMP L/ Enhertu : BX
M 10 SEFEA HER2 (2HE!

B AIEE (AstraZeneca) H&EfEIkFESE —=3tHl2) (Daiichi Sankyo) It
HECEE A, M2y E8 R (EMAD ANHEZ ™ mZE A2 (CHMP) &kAi—1n
AR H A WL, BiHtHE HER2 By kBB ZA Y (ADC) Enhertu
(fam-trastuzumab deruxtecan) : {EA—MEZATEE, HTIRITANCER
i ZBREST (HER2 3B BST) J5 RATMER HER2 FAYE B BB & ERS (GE])
BB B3 . Enhertu FHRT TR B 5 58— = SLBG HF R AL .

EFZRNEER, BEEEERIgsHTR, BFEEERETE. iR


https://www.medsci.cn/guideline/list.do?q=%E7%AE%A1%E7%90%86
https://www.medsci.cn/guideline/search?keyword=%E8%83%83%E7%99%8C
https://www.medsci.cn/guideline/list.do?q=%E8%AF%8A%E6%96%AD
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SRAGHLHE, Enhertu Y&+ 24 REEE BN H T H B B % B 3% O HER2 B2 [ 2549

H A, Enhertu & 7E3% B Al — L& [E K AEtHE - T6 97 R G 5 s #8 44 HER2
BR 4 B &

EMA CHMP (R A L, T 2 T 2 Wil K% (DESTINY-GastricOl,
DESTINY-Gastric02) 45K . BREMBEALE, LTHERERRWBERN, RF
5%-10%H) BEATE b £ AR —HBREBIANR HER2 FHE . HER2 FH 4R 1)
B RV B R IR — 2R YT 7 R R T+l Z Bk (HER2 ¥R AP0 BREA
JT. ESR HER2 $E[A)J7VETE — SRRV B Va7 I s AL A B /MIESE, (HIK
Wil R, “8IRITIEREA IR, 18V ZE HER2 #0075

Enhertu &2 —AMgfit#EIA YT HER2 FH4% B &1 ADC 254, %2553 31T 2020
F£9 A, 2021 £ 1 AERS. RERGHAE, HTIT HER2 FHME BB R
GEJ BiJ& B . (19 — 2102, Enhertu & H — MBI RTE S A8 52 1 4by7 A3t HER2
STVEIAITHY HER2 HERBHBEREEZ PSR THELEZEKEERSH

(DESTINY-Gastric02 IRH4E R, H4L0S: 12.5MF vs 8.4/F) [ HER2 ¥
[T . AR I PR IR 4 AN A5 R38R 25720, Enhertu ¥ BUNIX B IR TR
I HVHT EEARAE o

DESTINY-Gastric02 J& 5 — % Tl Enhertu VY7 PH 7 B i A A5G .
Hlls o, AEJe i Eese I —Fh il 2 Bk B 47007 S8 97 1 HER2 BHPERE A 1 A1/ AN ]
DIBRIE B BUE A ER (GED @ B b, Enhertu JRYTHREE T BAIEIK =
SCHREA iR 22 1 o

2021 4 ESMO K43 B A B TR : ZEVE a0 br b, S it # #5 (ICR)
PP, Enhertu (6.4 mg/kg) ¥RITHHIARIEGMA (ORR) 4 38%, HfrfE1; 5.7
MHJE, A FERREE ] (DoR) R 8. 14 Ho

2022 4F ESMO K& EAM BB ER: PALFED 10.2 MF, £ ICR P
f#i, Enhertu ¥BJT AN ORR A 41. 8%. HHALEZMRRFLERTIA] (DOR) A 8.1 1MH,
LSRR (03) N12.14H. BEER 12 MHEFRNRN 50. 6%.

DESTINY-GastricOl /& —IiFBthr%s. BAL 2 B1iR5G, AT 187 #i (4
A 149 15 )HER2 BH 4 165 01 75 Je 26 B £ 58 9 Jis (2 SN = THC3+B THC2+/ TSH+)
B, XL ZIE 2 MEEMOT R (B 5-FU. ST, i ZERR
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POESR G i 7e v, BB DL 2:1 I ELBIBENL /3 BL, #252 Enhertu(6. 4mg/kg)

B T A ORI ST GRS LB R0 . B

ZARIG MR BT R ER: Enhertu 4/ ORR N 51. 3% TN 14. 3%.
Enhertu 2 54by7 £H 48 ELFE T KUK &4 40%CHR=0. 60; 95%CI : 0. 42-0. 865 p=0. 01).
Enhertu AR H4AL0S K 12. 5ANH AITHR 8. 9N H Ak, & ICR P-4, Enhertu
HBINE ORR N 42. 0%, LIT4N 12. 5%,

5 e e A T SR B TR WJERE , 2 B DU KR A L J5E B o WA Bl o o
Wi 5 AR 5%-10%. £ 2020 4, 43R B E &Im 141 100 5.
FETC76.8 JiBl. BB ML, RSN RIS, A7 AR
K.

KA T4y — i B & N HER2 PE 4 . HER2 B — M B SR ESES Z AR K EA,
RETFHEZRAUMMEARRE, AFARE. BE. ML ER. HER
I Ik P RE S5 PR HER2 97 39 47 58 HER2 6 R 4 AH O

it T HER2. BH M (0 e A sl e B e 15 9, 5 00— 20897 7 RRALY T+l Z Bk
PUBRAITVE. B2 BR AP — Mt HER2 254, CES SRS 25 kst
BEAAT . X TRASE B 5, R il 2 Sk SR BTSRRI K ) BT HIURIRTT
JEAR AR, YR BER A RN, JF BAEE R F YR 2 X HoA HER2 #E
BESE/EINZP

Enhertu B—##H —RIEHWEEY (ADC) , Eid—F 4 Mg
) HER2 I NJEM B TR &Mk trastuzumab (BHZEREH) S5—FMFHBIRINEH
B 1 #WH15] exatecan ATA4H) (DX-8951 AT4:H), DXd) EEEAE—#E, FIHEAIHE
HRERFIZEAREA, SEENWTHLE, TR RERNIN S RE.

2019 4E 3 H, PUHiFIRES 85— =3k pl 17— BUS A E SIE 69 1455 0¥ s
e s E e, JLRIJFK Enhertu, HTVRYT & Fh HER2 ik /K-F B HER2 AL 1))
REEE, W, diEE. MiE, DL HER2 IRRIAHIFLIME . RIE DML,
U7 A #E A BRI B A FE R JT &% AR ML AL Enhertu, 85— =R H AT 798
BRI, [ I A A7 5 ) AL

#ZEHAT, Enhertu Sf#t#E, ATIRYT: HER2 FHEFLESE. HER2 fRRE
FUBE . B BUE R HER2 AR KR/ N8 (NSCLC) . HER2 PHYEE .



https://www.medsci.cn/guideline/search?keyword=%E4%B9%B3%E8%85%BA%E7%99%8C
https://www.medsci.cn/search?q=%E8%82%BA%E7%99%8C&sort_type=1&search_type=1&page=1
https://www.medsci.cn/search?q=%E7%BB%93%E7%9B%B4%E8%82%A0%E7%99%8C
https://www.medsci.cn/guideline/search?keyword=%E5%85%8D%E7%96%AB
https://www.medsci.cn/guideline/search?keyword=%E5%85%8D%E7%96%AB
https://www.medsci.cn/search?q=NSCLC
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B4 B BRHEETTX ! 5E FDA iitiff Hemgenix : —iX
5T |, A PFEEL =R

AHEDURR (CSL Behring) H&E4kf: UniQure ¥T HIXA E A, 35 E & A
2R (FDA) CUfttiE B B &R — IR 1EZE 772 Hemgenix (etranacogene
dezaparvovec—-drlb) : XR—METRMAIIRE 5 (AAVD) WERTE, AT
¥6IT B BT IEAE A BRI R 7 IX TR 6T« B BT ERSERTE R AR & B A= i ) ] A
RREHITEEREHMRERBRMAR GGRERT IXBEE) RAR
.

FEIEAE 34T 19 HOPE-B I R 64, Hemgenix M — R MEHITEYRYT, BIKT
FEHMER, 9%BHEHBLET IX FEHERIT. FEFLERP®REIT. b
% Hemgenix FHLHE, CSL BUAEKE A B AU M A0 M BEARSRALSE ai 1va T 4 &
PARCINEEENS R IE TN E A

{613 — 5212, Hemgenix & 55 — s Bb A TR YT B LI AR O HE BRI ¥k .
X — P B R RE AR MR A _E BRI & S BRI E T, Hemgenix 7E3E
BRI A B TP T TX S A L IR TR R — R
BUF, BEEHEREES AR T IX, RENERFLBETETF IXKP, BEE
HifkER, BAOBIHEBRTBERTHRIRER.

Hemgenix B—HM—RMERF BT M, B FFIKME— X452 . Hemgenix
R R T IX ZEE I AAVS IR B AR . 2B E T IX K Padua FH
Zfk (FIX Padua) ¥EHEIFFAEREEAIY, PAKEFRET IX HimH 5-8
FHET XEH, RELBFHETF IXAKFE, WHRHHMRE. 2% AAVS ik
SREEFEREAR RN, HEEASBEHENEE K DNA F. —BEREE,
% AAVS S o v FF4H = AR AR B /K PR Bl F IX. U7 1, Hemgenix CL3RAF3E
FDA #2 FARSCH 2. LK (0DD) « FBEPEZGY M (BTD) , EL3RRKM
2 E)R (EMA) TR 2Bitg (PRIME) FUE R4l BE4% o



https://www.medsci.cn/guideline/list.do?q=%E7%AE%A1%E7%90%86
https://www.medsci.cn/search?q=FDA
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AIM OF GENE THERAPY AND ETRANACOGENE DEZAPARVOVEC

Aim of etranacogene dezaparvovec: Provide long-term circulating FIX activity after a single injection; ameliorate the

severe bleeding phenotype; eliminate the need for continuous prophylaxis

AMT-060 Etranacogene dezaparvovec
(AAV5-hFIX) (AAVS-Padua hFIX)

o
AR

* Etranacogene dezaparvovec evolved from AMT-060
* AMT-060 demonstrated efficacy and safety over
5 years in a Phase 1/2 trial
* Phase 2b study of etranacogene dezaparvovec shows
mean FIX activity of 50% after 2.5 years, with no

- resulting in R338L in protein

new TRAEs®
* HOPE-B was a Phase 3 gene therapy trial that did not
LP-1 Human, codon optimised, exclude participants with pre-existing NAbs to AAVS5
(Liver-specific highly-active, naturally-occurring
promoter) Padua variant

AAV; aden, iated virus; FIX, factor 1; hFIX, human factor [X; NAb, neutralising antibody; TRAE, treatment-related adves
1. Vo Dwg \ kIA et al. Biood Adv 2019; 3:3241-3247; 2. Miesbach W, et al. Blood 2018; 131:1022-1031; 3. Gomez £, etal. \STHIUM F' ster #LPBO020.

FL[RJ7 7% Hemgenix (etranacogene dezaparvovec) (B F3KJET uniQure)

B R I & R — M FE R AL MAER, HRE—REEGRESE, FREEML
HF X (—FEEAFE=ENEAR, FEITMRES) KH-ERE. hE
EE B A I A AT LIS TR AR B R T X B TR, DU B AR e b
FACAKT ML R -, ESRIX ey VR R, (H B AL I A0 £ 6 200 < 7 A
AR R R o B IR W] e 2 R 1 I B R PR ML VB IR L OG5
GIBRI R . ST RFEBEER B B AN &, Hemgenix —RIEHIVRRESLE
BEENREA T AR F IX, AT FEAE H XU .

FDA AE#i) i YA S HF 50 FP 0 34T Peter Marks 1 +3Rox:  “IAmEER G
ST CA 20 24 R MARRHRITIR TR, (A i F 4 p ey #iG T 2=
X B TR ARV T B AR AR o A R R HE D B BRI ACHR SR SR T — PR
WP RS, FHREHEF R TIE M EESE. 7

HOPE-B 1056 PR R A 9 5 5 WORL K 2 19 e 38 ) LR 9 380 A B 2 4%
Steven Pipe 4-3£/8:  “Hemgenix fEHE /) B B ML AR B 1A 7 IX i& Mk
ALk L ERAP 5 T2 SRR 1Y SR B MR S b B3R Pl 4 B B0 VR T I 2K
TER—RIRIREEA, FIAFFREOEAR Bt — PR IR T 7 %, TR Hemgenix VA
IT BB PR AR, MVE2 B B AW B3 IE R AR S P i Rk AR 4t
A1 50 32 X P I B R . 7


https://m.medsci.cn/scale/show.do?id=4c862426ef
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Table 3: Summary of Uncontaminated Factor IX Activity Over Time Following

Administration of 2 x 10" ge/kg of HEMGENIX [FAS; One-Stage (aPTT-Based) Assay]

Factor IX Activity in % (One-stage)

Subject Number (*n)

Median (Min, Max)

Mean !SD)

|

[ Month 24 S0
Abbreviations: SD = Standard Deviation; FAS = Full Analysis Set including all 54 subjects dosed; Min = Mimmum; Max =
Maximum. Uncontaminated Factor IX activity values exclude measurements within five half-lives of Factor IX replacement

Week 3 43 23.7 (4.9, 56.7) 26.8 (12.7)
Month 3 51 33.8 (7.6,91.0) 36.8 (18.2)
Month 6 51 37.3 (8.2,97.1) 39.0 (18.7)
Month 12 50 39.9 (5.0, 113.0) 315 (21.7)
Month 18 50 33.6 (4.5.122.9) 36.9 (21.4)

33.9 (4.7,99.2) 36.7 (19.0

therapy. *Contaminated and missing values are not shown here. Specifically, the number of subjects excluded for

contamination with Factor IX replacement therapy at Week 3. Month 3, Month 6, Month 12, Month 18, and Month 24, were

10, 3, 3, 3, 3, 2, respectively

Table 4. Total Bleeding Events and ABRs (Full Analysis Set: N=54)

Lead-in Period® Months 7 to 18°
after
HEMGENIX
treatment

All Bleeds 136 96°
Follow-up time 33 52
(Person-Year)
Mean Adjusted 4.1 1.9

| ABR (95% CI)¢ (3.2,5.4) (1.0,3.4)
Subjects with 40 (74%) 20 (37%)
Bleeds
Subjects with Zero 14 (26%) 34 (63%)
Bleeds
Observed 50(37%) 14 (26%)
Spontaneous Bleed
Count (Proportion
of total bleeds)®
Observed Joint 77 (57%) 19 (35%)
Bleed
Count (Proportion
of total bleeds)®

Abbreviations: ABR = Annualized Bleeding Rate; CI = Confidence Interval
* During the observational lead-in period subjects used their individualized approach to Factor IX prophylaxis
derived prior to enrollment in the study, rather than a standardized approach to Factor IX prophylaxis. Not all

subjects complied with their prescribed prophylaxis regimen during the lead-in period.

b Efficacy evaluation started from Month 7 after HEMGENIX treatment. to allow Factor IX expression to reach
a steady state.

= An ABR of 20 was imputed for the period when three subjects were on continuous prophylaxis.

4 Non-inferiority comparison and mean ABR estimates were based on a repeated measures generalized
estimating equations negative binomial regression model.
¢ For spontaneous and joint bleed counts, no imputation was done for the three subjects receiving continuous
prophylaxis during Months 7 to 18.

HOPE-B 46 45 . (A KIET: Hemgenix 3 E AL 715 E)

B A% (Hemophilia B) @ —FpiRfet:HMBR, HEIMETF IX 5

BRAFARS R, BILET IX 2—MrA gt &R EE K. B Rk
TRER P B 45 3200 FRECE B ARG I (8] 2™ s 8™ A1
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Innovation in the Chinese
pharmaceutical industry

Linghui Kong, Qiu Li, Kenneth I. Kaitin & Liming_Shao
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BBz, Sk b, JATRRET I ZEERRER, (HR@%H FInEg/, fast
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BT ARK 5-10 FFoH EREITRBYL, HSHRMERNT, RIE 27Kk R
RIRT, BRI, TR, RKIVE, SRATIRIRED T
— A E L A, AT AV S AR R IR T I A R R 1A 5
QF PTG A T2 H KEU R G 23, T2 TFURTE AR A0 43 T 3 RS A a1 =
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TOVEM 52, SRR 2545 5 B, M LUk 1) 838 TR IR 7 30R
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Xeligekimab EHEE IL-17A Phase Il
Vunakizumab BeRED IL-17A Phase Il
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HB0017 LRBLEY IL-17 Phase I
1BI112 EREY IL-23p19 Phase I
15005 BEXEY IL-17A Phase |
LZM012 WERBETNLEY IL-17F; IL-17A  Phase I
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