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# Eloctate) | ;5 (von Willebrand disease) = RS A

S R RER PR (AHER)

(=) A pewfgt T3 TH RN

IR < e
AR 4 % 24 F Cochrane/PubMed T+ FFAL B 2 = F P 4o
21T 5| PICOS i H0F iF 1% > THOF B & A RATEL A IFET 24

¥ (population) ~ jz R = i (intervention) ~ J »< ¥f P& &-(comparator) ~ J »%iR| £ 4p 1%
(outcome) 2 = 3 &K 3+ 22 = ;& (study design) » H HoF if & I 4o
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Population s 5 * (hemophilia)

Intervention Eloctate (2¢ Elocta ~ Efmoroctocog ~ Efraloctocog ~ rFVIIIFc 2

2 L)
Comparator H & F 5 recombinant antihemophilic factor 2. # -
Outcome # K

Study design 5 3 Hp b Rg s A iRk +# 5% (randomized controlled trial) ~ 4

el e )I;Je ¥ JE (Systematic review) & st & 4 47 (meta-analysis)

% pg i 2. PICOS - i i Cochrane/PubMed % < FEF R > 12 Elocta
Eloctate ~ Efmoroctocog ~ Efraloctocog ~ rFVIIIFC % a3 M3 & 740F » 3F
VAR S e

2. isihe pro iR RO B

i PubMed & &+ T bt B 4EF R FROFH 0 - < },?Li?f‘; =
randomized controlled trial ~ systemic review -~ meta-analysis 2 % 3 #f 12 } §2/k 33
o GEL PR FEREY B REFTAMPICOSF - 2 35
¥ JR[3-5] o HoF iE AL R k- o AR ¥ Cochrane Library © f0& S ¢
Elocta ~ Eloctate ~ Efmoroctocog ~ Efraloctocog # rFVIIIFc 2. Cochrane Reviews
£ Technology Assessments = )l?réﬁﬂji 7 1 k& Technology Assessments < sz wE
® NIHR Horizon Scanning Centre 3 % B>t = £ 22523 A F|n eI %%fi:}i
AL RAFLAZTE AL > FI A SEERN T o

BIL L BRE R o A N MR AR ES AL LA B
ek %2 % 5 5 A-LONG 3#% (12 # 11 b & )% Kids-ALONG(11 f 2 11
2 LH)2APME L% T § -~ A-LONG # Kids-ALONG  j# 2 4 & i
Tesk ok ASPIRE # A% & i § 304 44 4 o 'F A-LONG %7 § - 364
By bR 00 RS AR F RS AR G 2 - A Advate (FVII)
L5t 2 Kids-ALONG 3%k ¥ § - 394 L& blfpde s §575 7 MR E A% ¥
F2 T HE - A B OR N TS WAz PV s B = R
B L WRE AR FEROFVIIFC)IS R - Tl A2 F R b= o g2 ) ¢
BOLEIE 2B RV RGER TR

(1) A-LONG 5% (A-LONG: An Open-Label, Multicenter Evaluation of the Safety,
Pharmacokinetics, and Efficacy of Recombinant Factor VII1 Fc Fusion Protein
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(rFVIIFc) in the Prevention and Treatment of Bleeding in Previously Treated
Subjects With Severe Hemophilia A) [3]

A-LONG #2% 52 A 2 Z 2 rFVIIIFc * >+ 12 2+ A4l i:)l% A Z_§Rk
B p o MBS B S TRE R BT IS BRI EF S
File o XWFH 5 12 2 9 ER AL ifﬁp‘ Ao R B LM RES
N FF EE E<1% 0 kR MY 1 U/MdL &AL 'a‘li:f‘f)ﬁa%ﬂ* A T2 8
ﬂ v Am F e FIRER MR X E S N A T3 0k o 4 e FERLEBZ
& PF2_ 5% (episodically) ® g4 12 B * “g’%i@ﬂ',mi E 12 St oo R R
poe IRy AN FlF 2 P okl & S SR Tl A LR IR Y A &
k%@ﬁﬁﬁwﬁiﬁﬁmﬁ%*éﬁiﬂo

Rﬁ%"ﬁi— 165 A 2 5 =z > % - B4 118 % 5 B 4 :;rﬁﬁug’ W An 2 TP
ol > & 3 35X %3t A%E L FVIIFC25 3 65IU/Kgif§?'Jfé_ »H e 5 30 4
R Advate 2. Edede 4 B > A AFE AR E 0 X 20 8iFp gﬁt
~—WAWmURmDWHMQ\_%wU¢w¢ #ﬁ4§w? i hk
WW”@WFx?i*$$%0%£Wg&hFWM%WMMg\_T%%#
B4 B & Advate j1 st 2 rFVIIIFC /A 6t% % € 5 1% 96 /] pF1v b 2 4
Ee “f 9 wash-out period) » % = 2 3E¥ % 24 4 > B AR EEF FL - K 65
MMg ww&m%o%—iiéﬁfzs&’Eﬁﬁﬂiidﬁﬁxﬁﬁ*w

25410 3 50 IU/KQ 2555 o

=

PR G o FRPFFAT G OVRERE B ML LB Rl
?ﬁ— KRNI o i B L BXiphLXFFvp FERLES - o N
VoMM R F - mA Y m’ﬂ“¥‘@5¥£#1i%ﬁﬁﬁﬁéﬁ
AT IEA\;’»"\B??F ERAD N FEFAEFEL LR T by £ Féﬂ
P RRLE A I e - RRFEFTL T

>

)}r
\u

AumG%%iig%ﬁ%ﬁéi'@&“i o EEE AP LE AL ER

& = HAF F (annualized bleeding rate » ABR)&? # 4§+ 4 H =5 ¢ 2. % N Ea F]
+ '/r"]i}_ » ¥R N F]F2v fp#mgg)%iﬁ_q;ﬂ ; I i“fﬂ’_#ﬁ’fﬁ—(%’
Nijmegen modified Bethesda assay #|:#+ 48k & 5 0.6 BU/ml »2 F R 5 B> &
4 Fkg) o :(-Q/%“J:Jfﬁﬁ‘-? S-owmpr gz wmipitz ABR B E i T 254
pAE AR R R - BE R o

%éﬁﬁi—&i?a‘iﬁ oo MEEHRXFEE 2L TIoEEc BipdRiT BT IR E G
30 (12 g 3 65 &) > ﬁ;é_%z—% 5 I A TR 26.1% 0 R - BEle 2 I N At
BARITOE 2% @ oo 2 T A R 45% o < e i E K BB A M2 2 7]
A5 5 A 4 e T3 ¢ feFufi 2 intron 22 inversions ¥ nonsense mutation X & ‘&
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BELAFAbE G L8 « 2% T] ARIFU ISR F L 87 4 2
T O87%F 4R = S b R Bl IR Lo g 2 e Y * é Borow i
RFRPGR LR HBL 128 LS FEFAES 0 2 whpis o A Y
22TH 29K 2k o FRT AL FEPFIAFFEL 1260 2 Na F
CEES SHNLE TR RS E TSV RED 50

ARFEFH L R AZELZFVIIFC 2 5B PR P #cs v 5 32.1 1% ~ 28 3%
#2893 @ ph - BEE - Bk HRG 936%F EifA RN GRS

BB iR oG o kR 2 JF i §F i3] (negative binomial regression model)
B ZEFEPFA RO FEH 0 b - BB EOERNL T A
F(ABR)T "% 7 92% (% - 22 ABRIgRIE 5 291> %= 2 ABR TER|E %
37.25) > @ % - BBy = D#BLLEJT% 76% (% = = ABR ¥Rl & 5 8.92) - AL
BIFIOABR P ¥z 2L u i % - 216K % 236K %= ®2336=K
WH- B2 HCmp 24 4530 (B3 4)E 174% @G A )aEr e EEFL @
MR R B ERFENREERY T N TR cFEHRERT TRIFEF
%\Apé"*‘”m’ Pt g X éﬂ?‘éﬁ— 2. ABR TR E ""3.‘@%%%1
ABR FEiR[E > 96% > S EEX FE 20 % 2 P 2 ABRAZRIE Y % = X éﬁ\
ABR TRiR| i > T1% (% B f = S fFHCALE 7 5 B) o 2 i g Mt £ R
F\ rEE R 2 e ABR OV BRE S B ARITh(de A BT T 2 ATiE) o 444 ABR 2

AEEFAT R 2o RRH Y OB E S 2 E’i“h‘ Mw FEAAG
e T2 ABRY =8y 500 A= o pgFMHzZ MLl F 2 ABR Y 2
% 186 =t > pgFMHIyeg fin 2 ABR P i»#ici: 5.1 = o

CEFRYAES G T - REREENRREADZ B LMY ik

2353 AR MEY il TTIUKG S4B 2 B5%E > B 12 %
R R Y G 0% B B VA5 k- L LM e
PR S 656IU/Kg°%?€$56§‘<£§\B$ CF - B E

$2 AR K% 29.1% (34 A)ﬁsg, BHA % ¥ - X i1at 25 UIKG: 52 X ji st
50 IU/KQ : @ 3 4 38 £ 47.9% (56 A)zm,mﬁ'wp 3% v 4x&25x 4
AN % E i bt 50 IU/Kg» §F - P3RS 137% (16 4 )iLirH E 5
= 65 IUKge B ¥ -44H ¢ & 5% A /3 df- :’t—‘*‘ » g g % 50 IU/Kg 2 b2 &
fe 12 50 IU/Kg B % » & 34 4 b - X342 29.1% -

FRFE ML FEREF ORI RBERELETLAP AFEHR- £ 757 =
e FEFL RN TREFNRZE IR EY ks 2735 IUKg H P 5
87.3%:hdid F 25 1 i b WEfR > F 97.8%HTE 5 2 X U N HuLEtE T
BfEo A XL Y fich 309 )P AREE%ET 9 n’i,&—‘ﬁ“v?;ﬁ,fﬁﬂ 2
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e B S rRIBMEEHK L e f SN2 EHER L R E
7_—1[]5::‘% /({irt’ d P%Jf;m’l,»;ﬂﬂ_;)%»e v % %—LEI"?%' o

B 2P G 0 AiESk e 45 110 4% 164X i (Exposure days » ED)iE 50
BUFﬁ’%‘éi“Aﬂmﬂ+iﬂ#ﬁﬁoﬁ&%“%ﬂ#ﬁ@”
(nonneutralizing antibodies - NNAs)3t 4 » & 45385 B 47 5 NNA &2 325% ¢
122 NNAF - BB RBRERE 91 L@FH ¥ 53 445 RIDIINNA> 7
WY s MOER > P AR IHEY N L ﬂ—+ 2 Gtpm EH A2 FCtiz e A
WEHRET 1A T REAZEL I HY 4 10848230 a2 g
?#i*ii%‘*7ﬁiﬁ’ﬁ&%iﬁiﬁﬁﬁ;ﬁﬁm‘ﬂﬁﬁﬁ\@ﬁ‘
FTEBER AR RBREKIFAGRER T 3 AE B R AT AR E R
F&?‘ﬁ%y104’i-ﬁwl*abk’f’&?ﬂﬂf&fé‘owybpé £ 12484 BER 2T
“(SAE)- it & SAEMR N T L EARESTF M o A RHRAPE L FNF A
%}_11—7’?* °’;§— Ao ipBRERE AL EFAT G RERERL 0 2

ERA R LB ARESEMY

LS EEE G 0d 28 7 B2 Advate Eb 4 FiER 2%
éﬂ?ﬂ’?%mﬁ4§§wﬁmmciiﬁwﬁ%@Amewwméﬁ’
rEVIIFC 2. £ % #F (terminal half-life) 3 - 5% 5 19 /] %> Advate 5 12.4 /] p& o
% ¥ 5.2 L% 8¢ von Willebrand factor (VWF) 2z Jk & & & 4p B o fii 841
NgEn FFEMETE T 1 UL (e <3 H A A#HE)2 TR R d\,%s
rEVIIIFC & ¥ $ & (p<0.001) > % 4.9 % > & Advate 5 3.3 X » T L H
Firh s *4$wﬂ%ﬁ¥\ﬂnﬂ+mﬂWﬁ?§&m7&&@&o

E
&
4

"ﬁ""” \Jfﬁ o

(2) Kids-ALONG £ (An Open-Label, Multicenter Evaluation of Safety,
Pharmacokinetics, and Efficacy of Recombinant Coagulation Factor V11l Fc Fusion
Protein, BIIB031, in the Prevention and Treatment of Bleeding Episodes in Pediatric
Subjects With Hemophilia A) [4]

Kids-ALONG 3#5% 5 % # 5 (FVIIFC * 2 11 &k 2 T 2 Adls %o 4 2
Tk 2- BaPl 5= Wik LY j s LRI ES R T
fooX@H s LT 2 “’F*“E‘EA”"]i if),%‘ T E AP P REE N R
& F S A L <1% 0 kB e 1IU/dL & FERABARZATINL LS
’t’i": © 'ﬂ?ﬁ]‘ﬁ]“}ﬁmg\"]*‘ e F 0 #&Aﬁ‘?" N FlF e R TREXES N
Fos F]FTat 3 50 % 1k (ED=50 %)« B F FHP ¢ NRF AR FlF 20
fofid o & A S N FIF A LRI R A SRR E G H B R AR
SR SR

RPFEETLA P RIFED L2 TGP R(FFLH AR E LSS
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Zoo H - A3t 25IU/KG % X 28+ 50 IU/KG) » 7 PR BoH2 B A Edbe
PEF E N T EEE DA ERERF D 80IUKg e H P G 60 X iEE
R RIS EABRIGNNNES S FIEL AR ANFELISR D AR
L EGG e o E N e F]F WA 50 UK TR B d 4 B s
FIRT2 PPt 2 EEPEP LR ARESD0IUKY Z X Fpr b4 53
o E {82 3 ko o

Kids-ALONG &5 2. 1 & Jfrocdpth 5 % ~ 5l 515 2 ¢ ot (7 4
inhibitors)z_ ¥ # %25 » 2 Nijmegen modified Bethesda assay ip| & ikl Jk & 5 0.6
BUMI PRI ZHE A2 P fodidll > Ahig®k? ¢FE21 4010 ek
FEILE % o & Féﬂ tAv 4% 10 2 15 B st p (ED)p €85 - =tk 2 (65 =
A G R fr:}mﬁﬁa%ﬁ%} : 3%?};{7‘;%2} 40 fopRlpES RS Rk S &
Feoedpih e 42 ABR~ B4 B3R 7Y 2 5 AN Re FlF BH ARG E R @ H
FE o

RBEARTHE 0 FRRTLEIFEH Y 5 36 2 2865 306 &7
Plch Ak o T35 AL BRI 124K 0 ¢ ik 8Kk o £ G 67 A m Az
B o %’\m%\\éﬁ%\xéé'ﬁ“‘ A6 K F]T 3o F - =AFRAFEFL A B
S (LAREAREP AT LEREF TR AT LR S L
) BEaxifvr RS 64D :|.2}§§«'iqu 17 EFAZRBRKAS &
FHEFE S TR Y LR% e XRFFLEE IR LN TG SRR T
ER A B S R S A B L R S 2 S L A
B2 AT 5 5 A2 B F]3 ¢ fedifl 2 intron 22 inversions (36.6%) % nonsense
mutation (12.7%) > #% @ & &8 e B F L A FIAblg g LR o KR BB BFR
TG AL R G 88.7%  H ¥ % § X TE%E 4 E = S ) R
r‘]_;; ;f'}ﬂk/j'

hESR R FF R A FESFVIIFC LR PR Y il 2631 o %5 61
f_s'ipé—‘“(884%)&;~7\'}i—éf~’rﬂ 250 p 1t od BBk mu 6k T 12 &
2 EHEF 514%% 882% 7 ki X B AL M E R o 0 L &L
%%ﬁ#ﬂ%ﬂfé_% B F g e & # JUR (compliance) o & 2L IR 6 o

B

Db B2 AT G AR R F 46.4%2 B OTRRY Agd e d)
wFEod T REE 2 ABR Y il 1965 (6K T 2 P gl 00
6 AT 12k mul2 ¥ lich 201 =) FEHREHE 2B 2 FREE
Hig% P Bis= B " 2 ABR Y =8,kci 0= o 73 )‘Fé‘ﬂ LEE P pg R
fldie 2 ABRP 2licy 2 0o 13 e @% o3 1B H s M
M &2 13 i 0 iR 2 ABR Y i 85 %Y 2 ABR Y i
0= ;@ s i W& b6 mLiEy » Higlz ABRY imiici 20

W O

\
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#Fe® 2. ABR ¥ i=#ici 1.97 = o“ﬁ,gk‘é_—ﬁ hiksh e 7}; A H
F WA PR AR EE L 6 R AT R A REF R
}%L\:ﬁé“%ﬁ ABR ]Gﬁ'{@)x ‘:!_‘%45‘5} 73|J_7V ABR \]é ]i °

REFRTAL G XFEFE "?El‘f thio R P2 A SR RR Y s 3.5
%’iﬁ@?%@“*c&;BBMHM@ bR T AR TR IR oh
62 %% ¢ o 46 £(74.2%)2 F i3 xqm&,a,;é ICF LR T S 12y
B H B EApit) o @ BT SR T 2 P s F o0 2 48% > 3T 6
PRI 2 R R AR W R N e B WA AR Y ik 97.75
IU/Kg > #5728t A % & 2 rFVIIFC 2. & &£ ¢ =8k 5 9055 1U/Kg ; @ 6 &
T 12k %‘ﬁ;é‘%%’a‘ AEH B R N TS A2 F ERE Y #c: 102.50
IU/Kg > 3% 7 18t x 22 2 rFVIIFC 2 & i # & ¢ =8P 5 87.66 IU/Kg -

FHgd ML FERFEALRFIREREETAI 0 AE%R- £ 7 86
e EEFS AT AL T RN R 2 B S RRE Y =8l 49.7 IU/Kg
Hodp 8l4%end s F G 1 RIS TEE G 93%nE 5 2 KU e i
‘?%ﬁ ﬁ%ﬂzA*ﬁ%ﬂﬁﬁgkiwn¥#¢7&&ﬁ%$%éQ
i B 3L I LB P ARERE SR ATHE
L EPEE B Ak b jise d ?gﬁ*ﬁxp\%ﬂ_};f@”’ Z lﬁ"ii\“ﬁ?‘&}l’—l} o

2
1

;‘\‘“ [

AGES @ 35 61 4% L84 % e (Exposure days » ED)iE 50 p r4 b o & 4
A2 F N e FlF 2 ¢ fodidll s rE A A FREREAATA 2 P rFVIHIFC 2 s o
3 7 A i@z TR FrFVIIFC 2. 3t » 2 i8¢ 5 % F 49 EH Lo F 2

Fciti=> =7 R ﬁ‘%—“‘? Fpid B Rl ) B ¥EREG 34
ERskE RS 3 BIEFSFVIIFC 2 248 -

AiEBEF 69 A G HAERARE AN HY 4 50 A4 30— XA AR
TEo PR RTEE AL AT EERRLHE L MR T 213
i 7 F‘viuit‘z&tl kaﬂ\;%ggrwmg;ﬁz#aﬁz,_%\% ”“’M‘&}?*’A -

" LF iRk Es e T % ,%ZLJ 5454 B
H(SAB) i SAE HTE 2 R BB ST B+ 4B E 2 e

S
I
};f@;ﬁ_ﬂ.’fiili7’§4 » R A FE= o

LS B2 S g o £73 54 =% Fédz? Eairz Ed 4 B
% o ﬂ\ﬁsaﬁémrFVIlch L % #p (terminal half-life) i 6 g 0 ™ % 38 % 2. T 398 s

\

12.67 -] LRGN 12%\);‘,?5—*4‘9%!]? 14.88 /] pF o 27 k¥ 52 iFenE @
r?v',\&;{_n;.r]—r@i»’?%lv—‘f‘»ﬁﬁ?}gpt,ugf,im—g—-!zl i 2 @AM o B A2
(FVIIFC £ %: 9 g2 8 66 5~ i 515 WAz 2 % 9 & Rt (ratio) fos ehL B

%079 % 298 % ¥ ,;a i IFVIIFC 2 £ R 2t d B 7 E & %~ 5t
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Fl+ WA G RE SR

(3) ASPIRE 2 (An Open-Label, Multicenter Evaluation of the Long-Term Safety
and Efficacy of Recombinant Human Coagulation Factor V11l Fusion Protein
(rFVIIIFc) in the Prevention and Treatment of Bleeding Episodes in Previously
Treated Subjects With Hemophilia A) [5]

ASPIRE %% % * % # . rFVIIFC * - & 4 & 53§
BiES o - BRI ER S LB LA 5‘\:’@
(# A-LONG £ Kids-ALONG & § — &4 6>+ # 2
SEBARER LW RoTE T 2 R A
*) 0 R IA 2 .,af;;g\,ﬁngké 0

aw *‘

A s pon 211 g 0 B¢ 4 150 R E kA A-LONG 5% 0 ¢
61 i ;%% % Kids-ALONG Ff:nsé; R R 6;%«'”% 30 & ’6%«'
312K%F BLin e 23re ey A\ﬁé*ﬁ?”(zomﬁ 19 60)% 2024
10 uamf;g;;é; CHY EZ A RN R%EG LA HeigdiEd LR K w
FELE @RAFAATRLE  RZERBRAR T F]7 L ‘
E R ER LS SR Y mﬁ‘r;; L(creatinine)—”i B oo E BARER LA
EEAEESFVIIFC | Mo vt £33 A L AR DT LT ST L HET

ﬂb—»r}?i

WHREVEA LA BY 2 B LR el AN LB ATERER
# % (individualized » 22 A-LONG #% ® 2. % - 2 h AL HEAE > N jpk) =
FLst— X (weeklys = A-LONG 32 ® % - 22 BAr&a &/ £)2 H & TP 42
E'(mOdIerd prophylaxis » "r’,pﬁ‘d individualized & weekly # it & %o 2_f 42 % & %
EIEEFH S F T AT ARA) > A G - B G R BER ey 4
VERR S IR el O AR B - S

I AR kP A-LONG 3% 2 % 38 ¢ ASPIRE 3% ¥ &5 2 /o
PER Y gl 8091 0 p A-LONG 3% B 4 R ff > RIXEH Rt 2 R HF 3%
R PR e 11730 2 Y 5 187 R R F (L3N K A K E R i
Zﬁui°ﬁ£$ﬁawwﬁﬂWHD ¢ 1935 p 0 H Y § 138 X R
(92.0%)2 ED % 100 p 12+ 44 % p Kids-ALONG g5 2. % 3% »  ++ ASPIRE
$%6ﬁ£1$%%Wﬂwm~B9¢@%uwawam63 6 k3 12 gz
EWHZSLﬂ’BM%AMWG$%W%H$’ExéiEL%*f&ﬁﬁﬁ
B2 PR Y =#kc i 511 % o ﬂ¢23aA@ FETINEL 2 FEF SR L
3”J°ﬁ§$ﬁ\wwﬁﬂWH» ﬁ&él%ﬂ’§ﬂ$35&£$ﬁﬁlw®
2 ED %100 p 2} o
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PR AR R FERE AN BRI P iof e u &R (it
RIS & &#?iw WHRY et R e XFFERIHEIR L
e et @ B A-LONG #&% ¥ RX P LichL X8 F? 8L {578
P2 2w e ALONG #&% 7 fFr FEF 4 io ez 2247 > kX y
15 % (68.2%)>" ASPIRE :#2% ® EH & » FP oK EGEK B 4oPF 3 8 A st
WY 1 g 7 A len]) @ Kids-ALONG 2 % 3# & ASPIRE # %
IR ISR o ARk ik 74T A8 » ASPIRE (2% AR T2 e

BlAe b iEmR Y BRI e X - AREFEAT B Y g o AT A
£ 3 F e (individualized) 3 109 4 » & /3 84— =t e (weekly)s 27 £ > H s g
B A2 % (modified prophylaxis) 3 17 ~ » @ % & pF 4 J5f 2 %3 14 £ - ASPIRE

WY A A B euRE L

%%Hbﬁ%ﬁ AiONG%H%’ﬂ‘iﬁﬁﬂﬁﬁﬁ;i Rz B
A é“ﬂ PN A CHE AR e s R - B LA
(individualized, weekly and modified prophylaxis) 4~ %] 3 38.9% -~ 22.2%¥7 23.5%2.
LFEWY Y AR AL T EF L o B A HE A e (individualized) ~ F %
A b - = e (weekly) ~ B @ SE R R AR E’(mOdIerd prophyIaX|s) BEREA] ek
(episodic)= B e w2 ABR ¢ i=#cA W] 5 0.66 =t ~ 2.03 =t ~ 1.97 =t & 18.36 =<
B E ARRY R E R OB 2 XREE o e ABR Y s
w] % 0.67 =< (98 /\) 2.03 =% (27 ~)~1.97 & (17 ~ )£ 1836 =x(8 * ) » M FE
Biie g 2 w2 ABR B F L o @ g4 ok p Kids-ALONG 2 3¢ » 3¢
ASPIRE 2% ¢ maiF- KM ABRZ %% - &l ¥ 235 » L+ A-LONG
2 Kids-ALONG 52 % » 8 % S B2 34 e 2 p@(L el b
80%) 1 F 4R 1A AR BRI > Nn TFE[R L EY G 4T 90%

w

Ji%’éﬁ—ﬁ@#&% A PN NES -0 fEN m o

¥

[

AEHI I AT R A AL B NS TS 2P foduie £ 138 4 (65.4%)
FATU oA AR REE RIS F LR A ﬂ—x}]’ii’\ 2H LE #”T#&,\
LhF B E o B F 28 mEE4(109%)F F 4 10 - S KE T LF E(SAE)
RIBERFFKFLIF A A5G > 975 SAE YR Y| T B AR E bl o @ 22 SAE 2 7
TFEY R REAFELAME LG A E@ R F) 0 AR RIF
R~ EpiBnd VURREFL A oo @ a v amﬁf@;ﬁi—-‘gg)g L:ﬂlﬂ‘q—;ﬂ fs Ttk
RRAIFADRIZY LR PN RRAKT LTS RR L RF LA 0T

,—

#‘&}"34 o

*3F £ >t clinicaltrials.gov % =L 3% 4~ % % =.(Elocta/Eloctate/Efmoroctocog
alfa/Efraloctocog alfa/rFVIIIFC) 2 ek 35k » H ¢ 2 B4 2 B8 5 %% dﬂz %% 3
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BB SRRk 25‘"312%&"1J,&;51Tg&3§5§;
(A-LONG - NCT01181128) » - % 11;&(3),11 &% 2 T 15 (Kids-ALONG -
NCTO1458106) - 5 2%+ & * ;f*ﬁiﬁwiﬂﬁ SRRy S 1
SRS RSN & ¥ 2t

() WAL RPRPUEGEFLRL L AL

*3F % 2 & %4 CADTH ~ PBAC 2 NICE 2 ¥ ##£3% R 4F & 2 &3R4 #
B2 7 2 #3 ,ll—,t_! o F%:}/%%J;}igﬂ’—]; __:F ,{B?—r. ’ Uﬁf'ﬁ'*_l‘.ﬁ Fg}%%i;}i S .-_E_'_“?L«7 @
HiEkz P Hip MR f 5%

% i FLP W

CADTH(* £+) | CADTH*: 2015 & 11 # 10 p § % # - M ** Eloctate 2.
BT MR ERRL R X W R
SR S SalS Ra

PBAC(i£ ') 32017#2* 15p ko B & EIocta/EIoctate/Efmoroctocog
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5, 73 FALEARM @;I;L;
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T 5 PICOS A zadoF ifit » iF S L A RITELGiEET 2 A
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Population 4o~ #E# 1 fe B haemophilia A 2 i ¢
Intervention Eloctate

Comparator KT

Outcome Quality of life estimates, cost estimates,

cost-effectiveness

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

cost studies
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s e R ff’«‘}*”* sz 7 72 PICOS # - &k }J§J< 5 AFILE A S e'
F m}j‘Fi‘V\[‘} ]' '{#Bﬁ’ﬁg7 _}_/tlﬁpll\?ﬁj,‘ ;j,"}:_'g ai“é ﬂaKlTb" °

6. EWARELI G F AFF L TH

L‘féi—‘ﬁi& - % 2016 & 7 ;“*v? Journal of Thrombosis and Haemostasis z_ < &
[7]> o5 &% - B i3 B 30 A e R ERE A AL 2T 1 B v H
BFERMEBARTFIE LS N RL FF BREFIEF e ¥R - £ 8
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T ESAT2 A o mERE L ERG Y 0 F - AR A 24008 & 0 3
$IEMH T 6500 A o BRFLEFEAFBEFRAN FHE - > BB ISR
A > RAEEFHAED 7791UKg (%) 2 88121U/Kg (2% ) 7 2
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(Centers for Disease Control and Prevention, CDC) [16]2 x % Jsp B 4R 2 >
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B~ BRI Tl F e T ikl F AT
(IU/Kg) ~ e f ~ & FIEF o2 A BAE 5 2 & 10 2 B =g
PR ESL# op GE T MI R AT

4. F FE N ARETROCIFR ISR LEL ET:'zﬁ;:, %%&ﬁgﬁ:giﬁ 2-3 =
%a,#——kbi .7 & 3-5 %%@:jrf~,k’r{3\‘zi,ﬂf B N A A

‘H}E‘IL‘EEJF7ILIR-‘/\I‘1‘§‘F'%’?J LA I ﬂm25%"}i‘< WAl % 2

#£:150% 0 2 {5F £ R4 5% 0 3 % 5 & HRsf 65%w b5 o

RNy Rk S R CIEes T R e R
ST S ENIES A PATEE S X S

ERE AR, WEHT R BEAR AR AT piELE
PABRERE R AR LR FRIEDFOEF AT REFFT

5o
X
ﬂ

28/36



105CDR12052_Eloctate powder for injection

&b L4 B
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2. 83.80% o

4 FARFBRIFDISR DL FTOE 2T R2HENAS  ERE B
Valentino % + (2012)% 4 * F[19]7 - iwak & ik § Fish 2 L HF 40k (
lUKg) fe3%< & ¢ 5 R0 - Bdp b 5 314 1U/Kkg -

5. Wﬁ,&\@%ﬁ% R B EMBAY BRE B8 (AE 12 KA 12

i) A E R R CERY R APIFSL FHREFA L

AR o

é}%}t‘mz:}fﬁ@]% E 4 R ¢ 2R 105-150 & + v Ff {5 #cdp[24] > B~ 43t
B FPAKRDETHE TS O AH ¥k 104 EFTS 20 T L BB T
'ri%frim&ﬁ;:qi%ja%zé;iﬁié‘\ﬁ’lvﬁ F;"—Jfaxz}ﬁté (B A KRS E T
RELAALL Zp2 TR ARG F ﬁm857&i“‘1ﬁm892&’
He magd iz By 85 %- m4494 $7 E468 40 B %Y i

3
o R R AR N RS H S R SR ’?*ﬂ?*“
EﬁvZ,SOOT*a,*;uiéiz&m?soo R e PR R YRS SR 2 A 1T Sl
BB - T BRASEERI IR J*it*a%”ffﬂlﬂ" i3 75|U/k9’ g i
SARE 0 PR S e ARG B - R4 460 § AT ¥ T & 54 1,200
£i4"ﬂF9J'r’ﬁ§%? Mwmﬁeg$mﬂww%%’d*‘(ﬁ2%)
Eg Zlcd 0% (¢ di) B4 s 2= (Tadc) s Bl A SR 2 Ak
L% - EH4 22008 A2 %7 EH4H6000F L AR RET
TRERERE KL AR

AREER Y RNZ AP AL ARAELESR T R AR <)
* 2015 # 77 2 2016 # 67 BoEiRF ALY W25 N s T3 AT A S
FASLERQET B PFtAP A F 2 2015 & AR A T H[25]% B RS
ELZ R g7 FARMA TG (BF f3 lic) B4 v i[24] v b4y A kT &
(2018-2012 # ) 2. % M @i F]F E R AR £ > BHAUBRPETR LS 2 &
BB (FAEFAR > ZEE)AF > BRPLLAETIARTI ZERZY AT
REotPr 2 s RRr £ 95 %- 285480 F UL 53 #1735 1U>
GEMBPETG? ERRRY B2 6% (5- &) 2 2% (57 &) 5dd»

ArvABEHCERER  RBP GELERRY RETEEHH AL ARR A A
PRREAUTHEF AP FEERR GRS 2FTH 2 B F o k]
RFzERRY QEH g RFRFEHRE Y T4 - R ‘ﬁiiiﬁ_(;i" RS
ME AR EFERRY RE)E P2 AR - A% ST ERART £ A5
PrEEEE LI ERRRY B4R 2 L HEET I FAREALF 2
LB 3R PRt BEREEDEZMBEE A FH %ﬁibl‘i&ﬁé

29/36



105CDR12052_Eloctate powder for injection

BOLAHEFBRY BRFIELFIFLIHE- AL B R B2 8 P FEH
Hor R PRRE NS FRMA T AL TR AT R - B3 5T £

ES

=L

\
)

2

&

FociriFL 116240 ~400 % ~360 § ~300 § 2 220 § & o g4
FEW%’Wﬁiﬂ’mfﬁiﬂﬁﬁ%iaﬁﬁﬁﬁm@ww(Z 0-7,500
g BEFRpER -

= '~ ch

ARG B

L ZRFARER AR R L F honk A o
ﬁi«~£w~mw FRIE W HTA fghd > e £ 425 2015 & 11 4
T AR HH L2 A REERLIA AL > T é,-‘ﬁ » v % Eloctate &2
i 5 (Kogenate FS ~ Xyntha ~ Advate) 20 & A &2 453258 « AR 88 %
Bor o WS pMart i AT 0 AT R R 22-46% o

3. AMBEENA 2EF BV HA A EEL N gL % - £92400 F A2
531 &:6500F <7 -

4. hHm P i o ERFRNZ MR PSR RF L WP R v g 4
gt#i,';'gu\ *pmACIEGEHE T G IA SHGEYE DS Ak
SERMMGTERYET A ép\)\lkzﬁ"-fg,’;'&-igﬁlkl,ﬁ—;\:".’?j?jf;,”‘—_{:‘-m
2800 8 ~ 2 %7 #7500 8 ~fF o

5. B RER ‘ﬂ&uﬂéwA@mA@&ﬁ1QW§§’g&&%@%i
AR EFFN220 52 4005 ~F 7 %l A mE > L2 KEI L
¥ k2 KRR TR PR (2,800-7,500 F &) 0 BEE R ECl 0 A
BARBEFFTLGEERR > 85 A mE -

30/36



105CDR12052_Eloctate powder for injection

& =
% 2 B /:E

10.

11.

12.

WFH Guidelines for the Management of Hemophilia. World Federation of
Hemophilia. https://www.wfh.org/en/resources/wfh-treatment-guidelines.
Accessed 2017/2/17.

Collins P, Chalmers E, Chowdary P, et al. The use of enhanced half-life
coagulation factor concentrates in routine clinical practice: guidance from
UKHCDO. Haemophilia : the official journal of the World Federation of
Hemophilia 2016; 22(4): 487-498.

Mahlangu J, Powell JS, Ragni MV, et al. Phase 3 study of recombinant factor
V111 Fc fusion protein in severe hemophilia A. Blood 2014; 123(3): 317-325.
Young G, Mahlangu J, Kulkarni R, et al. Recombinant factor V11l Fc fusion
protein for the prevention and treatment of bleeding in children with severe
hemophilia A. Journal of thrombosis and haemostasis : JTH 2015; 13(6):
967-977.

Nolan B, Mahlangu J, Perry D, et al. Long-term safety and efficacy of
recombinant factor V111 Fc fusion protein (rFVIIIFc) in subjects with
haemophilia A. Haemophilia : the official journal of the World Federation of
Hemophilia 2016; 22(1): 72-80.

CADTH. https://www.cadth.ca/search?keywords=Eloctate. Accessed December
29, 2016.

Miners AH, Krishnan S, Pasi KJ. Predicting the outcome of using longer-acting
prophylactic factor V111 to treat people with severe hemophilia A: a hypothetical
decision analysis. Journal of Thrombosis and Haemostasis 2016; 14: 2141-2147.
Stonebraker JS, Bolton-Maggs PH, Soucie JM et al. A study of variations in the
reported haemophilia A prevalence around the world. Haemophilia 2010;
16(1):20-32.

World Federation of Hemophilia Report on the Annual Global Survey 2014.
http://www1.wfh.org/publications/files/pdf-1627.pdf. Accessed January 11,
2017.

Chang CY, Yeh GC, LIN SY et al. Trends in the epidemiology, diagnosed age
and mortality rate of haemophiliacs in Taiwan: a population-based study,
1997-2009. Haemophilia 2014; 20:535-540.

WHOCC.
https://www.whocc.no/atc_ddd_index/?code=B02BD02&showdescription=yes.
Accessed January 19, 2017.

w2 ARG £ - %’*’%‘ B~ g BB EFTREAD LA
http://www.fda.gov.tw/MLMS/H0001.aspx. Accessed January 19, 2017.

31/36


http://www.wfh.org/en/resources/wfh-treatment-guidelines
https://www.cadth.ca/search?keywords=Eloctate
http://www1.wfh.org/publications/files/pdf-1627.pdf
https://www.whocc.no/atc_ddd_index/?code=B02BD02&showdescription=yes
http://www.fda.gov.tw/MLMS/H0001.aspx

13.

14.

15.

16.

17.

18.

19.

20.

21.

22.

23.

105CDR12052_Eloctate powder for injection

iR ERIT 4.
http://www.nhi.gov.tw/Query/queryl.aspx?menu=18&menu_id=703. Accessed
January 19, 2017.

103 # B i L2 M3t TR A ARt at e
http://www.mohw.gov.tw/CHT/DQOS/Statistic.aspx?f_list_no=312&fod _list no=
5997. Accessed January 11, 2017.

Tu TC, Liou WS, Chou TY et al. Prevalence, incidence, and factor concentrate
usage trends of hemophiliacs in Taiwan. Yonsei Med J 2013; 54(1):71-80.

UDC Data report, National Treatment/Clinical characteristics (Hemophilia).
Centers for Disease Control and Prevention.
https://www?2a.cdc.gov/ncbddd/htcweb/UDC_Report/UDC_viewl.asp?paral=N
ATION&para2=OUTCOMEH&para3=&ScreenWidth=1536&ScreenHeight=864.
Accessed January 11, 2017.

Kogenate FS 7 H .
http://www.fda.gov.tw/MLMS/H0001D3.aspx?Licld=10000642. Accessed
February 18, 2017.

Xyntha 7 ¥ http://www.fda.gov.tw/MLMS/H0001D3.aspx?Licld=10000852.
Accessed February 18, 2017.

Valentino LA, Mamonov V, Hellmann A et al. A randomized comparison of two
prophylaxis regimens and a paired comparison of on-demand and prophylaxis
treatments in hemophilia A management. Journal of Thrombosis and
Haemostasis 2012; 10: 359-367.

Recht M, Nemes L, Matysiak M et al. Clinical evaluation of moroctocog alfa
(AF-CC), a new generation of B-domain deleted recombinant factor VIII
(BDDrFVIII) for treatment of haemophilia A: demonstration of safety, efficacy,
and pharmacokinetic equivalence to full-length recombinant factor VIII.
Haemophilia 2009; 15:869-880.

Blanchette VS, Shapiro AD, Liesner RJ et al. Plasma and albumin-free
recombinant factor VI1I: pharmacokinetics, efficacy and safety in previously
treated pediatric patients. Journal of Thrombosis and Haemostasis 2008;
6:1319-26.

BREHRT Fe & LR ES. FLARTIINY LR G E.
http://www.nhi.gov.tw/webdata/webdata.aspx?menu=21&menu_id=713&WD |
D=849&webdata_id=2919. Accessed January 24, 2017.

Eloctate USFDA Product information
http://www.fda.gov/BiologicsBloodVaccines/BloodBloodProducts/ApprovedPro
ducts/LicensedProductsBL As/FractionatedPlasmaProducts/ucm399909.htm.
Accessed January 24, 2017.

32/36


http://www.nhi.gov.tw/Query/query1.aspx?menu=18&menu_id=703
http://www.mohw.gov.tw/CHT/DOS/Statistic.aspx?f_list_no=312&fod_list_no=5997
http://www.mohw.gov.tw/CHT/DOS/Statistic.aspx?f_list_no=312&fod_list_no=5997
https://www2a.cdc.gov/ncbddd/htcweb/UDC_Report/UDC_view1.asp?para1=NATION&para2=OUTCOMEH&para3=&ScreenWidth=1536&ScreenHeight=864
https://www2a.cdc.gov/ncbddd/htcweb/UDC_Report/UDC_view1.asp?para1=NATION&para2=OUTCOMEH&para3=&ScreenWidth=1536&ScreenHeight=864
http://www.fda.gov.tw/MLMS/H0001D3.aspx?LicId=10000642
http://www.fda.gov.tw/MLMS/H0001D3.aspx?LicId=10000852
http://www.nhi.gov.tw/webdata/webdata.aspx?menu=21&menu_id=713&WD_ID=849&webdata_id=2919
http://www.nhi.gov.tw/webdata/webdata.aspx?menu=21&menu_id=713&WD_ID=849&webdata_id=2919
http://www.fda.gov/BiologicsBloodVaccines/BloodBloodProducts/ApprovedProducts/LicensedProductsBLAs/FractionatedPlasmaProducts/ucm399909.htm
http://www.fda.gov/BiologicsBloodVaccines/BloodBloodProducts/ApprovedProducts/LicensedProductsBLAs/FractionatedPlasmaProducts/ucm399909.htm

105CDR12052_Eloctate powder for injection

24. ¢ EFARA v (105-150 #) BMRSFELE €.
http://www.ndc.gov.tw/Content List.aspx?n=84223C65B6F94D72. Accessed

December 29, 2016.
25. P FTRRELIE AL Friiit & 4R, http://sowf.moi.gov.tw/stat/year/list. htm# = ~ = 5z,

Accessed February 20, 2017.

33/36


http://www.ndc.gov.tw/Content_List.aspx?n=84223C65B6F94D72
http://sowf.moi.gov.tw/stat/year/list.htm#二、戶政

105CDR12052_Eloctate powder for injection

"4

Mg - BN~ B4 G Tl R R WA RS AR

423.% ~ ~ %4 #&e F]F ok WA(103/4/1) ¢ * >t A A B A& kg
i:}]% A

L ,
=z m

F-

1LRZ 2 xpmt Hr o~ HEQ Y- B)E N F 4L R FFF Y
L&'ilr}%‘lﬁ » bU PR T Ry r/%‘ﬁd 3N ESE s TRk Tl kst A o~
- —>REE RS x}f&ﬁjfé?%'\‘ % 4 Fn F|F é_?\tpl%aﬁ")"%&)ﬁ‘ﬁk‘
o fEFFF'“* @ o R EAPE o R R R BRE B2 BTy - (103/4/1)

7 & PFisof (on demand therapy) @ i * — R4l Ao 4 0 ERA R Aot A L A
2= = R2AREE RS- R B R F R PR R B ERAE

3.3 7 i (primary  prophylaxis) @ *2 B £ 3| (VIIC /] 3t 1%) x i}};‘a}ﬁa Ao
(DEE ARl %o ¢ ¢ Fizs 135 > & - o HE 5 15-25 IU/Kg -

(2BE BaAls A4 ¢ Fdiisr12% > & - %4 5 30-50 IU/kg -
CEXFFP ISR D T » BIFP 22 E 7 UREBRRL L 0 Ao A DARIRRB
Mod P (F IR B Uk B (trough level) o Bk B <3 1IU/DL 0 5 R R

A £ o

(@)hefs Bip B PFA 2 Gk BT M5 A o Rl s L SR ;4,?;%: E;qgg
TFA Y 24 AR S A Ar A2 G TS R K RIS R F LD
ek bREIAEMIPBERMIIS YL R7T £ATER* H;sz']&_J
/\;'),%‘ °

34/36



105CDR12052_Eloctate powder for injection
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PubMed |2017.1.11 |1 | Efmoroctocog[All Fields] OR 42
Efraloctocog[All Fields] OR (“factor
VI1I-Fc fusion protein”[Supplementary
Concept] OR "factor VIII-Fc fusion
protein"[All Fields] OR "eloctate"[All
Fields]) OR Elocta[All Fields] OR
rEVIHFC[AIl Fields]

Cochrane |2017.1.11 |1 | 'Efmoroctocog - Efraloctocog - 0
Library Eloctate -~ Elocta ~ rFVIIIFc in Title,
Abstract, Keywords in Cochrane
Reviews'
2 | 'Efmoroctocog ~ Efraloctocog - 1

Eloctate ~ Elocta ~ rFVIIIFc in Title,
Abstract, Keywords in Technology
Assessments'
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FHE | &@pH |[# |MEEZ P
Pubmed |2017.1.12 |1 | "haemophiliaa"[All Fields] OR 19,939

"hemophilia a"[MeSH Terms] OR
"hemophilia a"[All Fields]

2 | "factor VIII-Fc fusion 29
protein”[Supplementary Concept] OR
"factor VIII-Fc fusion protein"[All
Fields] OR "eloctate"[All Fields]

3 | "economics"[MeSH Terms] OR 784,481
"economics"[All Fields] OR
"economic"[All Fields]

#1 AND #2 AND #3 0
Embase 2017.1.12 |1 | 'haemophilia’/exp OR haemophilia 37,071
AND a
2 | eloctate 40

3 | 'qulaity of life' OR 'cost estimates' OR | 139,881
‘cost-effectiveness'/exp OR
‘cost-effectiveness'

4 | 'cost-consequence analysis' OR 186,394
‘cost-benefit analysis' OR
‘cost-effectiveness analysis' OR 'cost
studies'

#1 AND #2 AND #3

#1 AND #2 AND #4

Cochrane | 2017.1.12 1 Eloctate

Library Limited to ‘economic evaluation’
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