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Abstract: Systematic review research helps provide more scientific evidence for doctors in drug use
as well as policymakers for safe, rational, and effective drug use. Emicizumab was first approved
by the FDA in 2017 for patients with congenital hemophilia A and was later approved for
prophylaxis. However, the high cost of Emicizumab treatment makes it difficult for patients to
access the drug as well as pay for this by the insurance fund. A systematic review of studies on
Emicizumab in the world that meets the conditions inclusion and exclusion criteria shows that 7 out
of 8 studies (accounting for 87.5%) showed results that helped reduce total costs and increase
treatment effectiveness compared to the placebo or alternatives. One study (accounting for 12.5%)
resulted in increased total costs and reduced effectiveness compared to the intervention substance.
Of these seven studies, one study achieved cost-effectiveness, three studies did not achieve cost-
effectiveness (because ICER was lower than the willingness-to-pay threshold), and three studies
could not be concluded as to whether they achieved cost-effectiveness.
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Tong quan hé théng nghién ctru chi phi - hiéu qua
cua Emicizumab trong du phong chay mau
¢ nguoi mac Hemophilia A

Ha Vian Thiy, Tran Thi Thu Thu, Nguyén Ngoc Nghia, Bui Thi Xuan”*

YTruong Dai hoc Y Duoc, Dai hoc Quéc gia Ha N¢i, 144 Xudn Thuy, Cau Gidy, Ha Noi, Viét Nam

Nhén ngay 21 thé}ng 9 nam 2023
Chinh stra ngay 29 thang 11 ndm 2023; Chap nhin dang ngay 08 thang 12 nam 2023

Tom tit: Nghién ctru tong quan hé théng giup cung cip thém céc bang chirg khoa hoc cho céc bac
s trong st dung thudc ciing nhu cac nha hoach dinh trong chinh sach sir dung thude an toan — hop
Iy - hiéu qua. Emicizumab 1dn dau tién dwoc FDA chip thuin vao nim 2017 cho bénh nhan mic
bénh ua chay mau A bam sinh sau d6 dugc dugc phé duyét trong diéu tri dy phong. Nhung chi phi
diéu tri Emicizumab cao 14 khé khin dé nguoi bénh tiép can thude ciing nhu sy chi tra ciia qui bao
hiém. Tong quan hé théng cac nghién ctru v& Emicizumab trén thé giGi thoa man tiéu chuén lya
chon va loai trir cho thdy: 6 7/8 nghién ctru (chiém 87,5%) cho két - qua gilp giam tong chi phi, tang
hidu qua diéu tri so véi thude so sanh so sanh va 1 nghién ctru (chiém 12,5%) cho két qua ting tong
chi phi va giam hiéu qua hon so véi thude so sanh. Trong 7 nghién ctru ndy, c6 1 nghién ctru dat chi
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phi — hiéu qua, 3 nghién ctru khong dat chi phi - hiéu qua (do ICER thip hon ngudng san sang chi
trd) va 3 nghién cuu khong thé két luan 1a c6 dat chi phi - hiéu qua hay khong.

Tir khéa: Tong quan hé thong, chi phi, hiéu qua, Emicizumab, Hemophilia A,

1. Mé dau

Hemophilia A (HA - hay con goi 1a bénh
méu khé dong) 1a mot bénh 1y rdi loan déng mau
di truyén gdy ra do giam hogc bat thuong chic
nang yéu té dong méau VIII [1, 2]. Dy phong chay
mau trong HA 1a viéc diéu tri nham muc dich
ngin ngira chay mau, dic biét 1a xuét huyét khép
dan dén bién ching ¢ khdp va tan phé dbi véi
cac truong hop bénh nhan HA nang va/hoac phat
trién cac khang thé tc ché yéu t6 dong méau [3].
Trén thé gioi diéu tri du phong da trién khai duoc
hon 40 nam, nhung tai Viét Nam li¢u phap du
phong méi dang duogc trién khai wu tién cho tré
em HA & muc do nang dén khi tron 15 tudi va
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nguoi bénh méi bi xuat huyét ndo, hodc co bién
chimg khop trong thoi gian khong qua 12 tuan [4].
Dot pha gan day trong diéu trj dy phong chay
mau 1a thuéc Emicizumab. Ban dau,
Emicizumab lan dau tién dugc FDA (Cuc quan
ly Thyc pham va Duoc phdam Hoa Ky) chip
thuan vao nam 2017 cho bénh nhan méc bénh wa
chay mau A bam sinh (két hop v6i thude tc ché).
Emicizumab sau d6 dd dugc phé duyét dé diéu
tri dy phong nham ngin ngira hodc giam tan suit
xuét huyét ¢ nhitng bénh nhan méc bénh ua chay
mau A (thiéu hut yéu t6 VIII bam sinh) c6 hodc
khong co thude tre ché yéu té VIII. Emicizumab
cling dugc FDA uu tién xem xét va chi dinh liéu
phap dot pha [4]. Tuy nhién, chi phi diéu tri va
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su dung ctia Emicizumab con kha cao, khoang
482.000 USD cho ndm diéu tri dau tién va
448.000 USD cho nhitng nam tiép theo (liéu
dung cho timg ca nhan) [5]. Pay 1a mot so tién
khong nho cho ci nhan ngudi bénh va hé thong
y té cac qudc gia. C6 quan diém cho rang vé mit
lau dai, khi nguoi bénh dugc diéu tri dy phong
s& han ché dugc cac bién chung va tinh trang
chay mau ning, giup tiét kiém chi phi diéu tri
bién chiing, giam ty 18 tan tat, tir d6 cai thién chat
luong cudc sdng ngudi bénh ciing nhu giam
ganh nang cho gia dinh va xa hoi [4]. Chinh vi
vay, Phan tich tng quan hé thong nghién ctru chi
phi - hiéu qua ctia Emicizumab trong dy phong
chay mau ¢ nguoi mac Haemophilia A duoc thyuc
hién dé gitp cung cap bang chimg va c6 cai nhin
tong quan cho cac can bd y té, cling nhu ngudi
chi tra trong lya chon thudc mét cach hop 1y,
chinh xé&c.

2. P6i twong va phwong phap nghién ctru
2.1. Poi twong nghién ciru

Pbi tugng nghién ciru 1a toan bd nhimg
nghién ctru phan tich danh gia chi phi - hiéu qua,
chi phi - théa dung cua Emicizumab so véi
nhitng can thiép diéu tri khac trong diéu tri du
phong chay mau Hemophilia A trén toan thé giGi
tir truée dén nay thoa mén nhimg tiéu chuin lya
chon va loai trtr.

Tiéu chuan lya chon

Tiéu chun loai trir

- Phuong phap nghién ctru:
phén tich chi phi - hiéu
qua, chi phi - théa dung.

- Nguoi bénh dugc diu tri
béng thudc Emicizumab.

- Péi tuong: didu tri dy
phong trén bénh nhan méc
Hemophilia A & mot dat
nude cy thé

- Két qua diu ra: chi sb
ICER, QALY.

- Ngon ngit: tiéng Anh.

- Khong trén bénh nhén
méc Hemophilia A.

- Khéng phai diéu tri dy
phong.

- Khong c6 ban toan van.

- Cac cbng bd khong phai
13 nghién ctru gbe: tong
quan, téng quan hé théng,
phan tich gdp, thu ngo,
dinh chinh, xa luin, dé
cuong nghién ciru, thu giri
toa soan.

2.2. Phuong phap nghién ciru

Thiét 1ap cau hoi nghién ctru

Cau hoi nghién ciru: trén thé gidi, chi phi -
hiéu qua ctia emicizumab trong diéu tri dy phong
chay mau & ngudi mac Hemophilia A so vai cac
can thiép diéu tri (thudc) khac dugc danh gia nhu
thé nao?

Chién lugc tim kiém tai ligu: viéc tim kiém
nghién ctru dugc thuc hién trén 4 co sé dit licu
Pubmed, The Cochrane Library, ScienceDirect,
Google Scholar va khong gidi han thoi gian tim
kiém. Cau 1énh tim kiém duoc xay dung bang
phuong phap PICO dé xac dinh céc tir khod theo
mo ta. Céc tir khoa chinh, cing voi tat ca tat ca
céc tir dong nghia duoc sir dung dé tim kiém
((hemophilia A prophylaxis) AND
("Emicizumab” OR "Hemlibra" OR "ACE910"
OR "ACE-910" OR "emicizumab-kxwh™)) AND
("Analysis, Cost-Effectiveness” OR "Cost
Effectiveness Analysis" OR "Cost
Effectiveness” OR "Effectiveness, Cost” OR
"Cost Effectiveness Ratio” OR "Cost
Effectiveness Ratios" OR "Effectiveness Ratio,
Cost" OR "Ratio, Cost Effectiveness” OR "Cost
Utility Analysis" OR "Cost-Utility Analyses"
OR “ICER” OR “QALY™). Ngoai ra Mesh term
cling dugc sir dung dé tim kiém trén co so dit liéu
Medline tai liéu tham khao cua cac nghién
ctru phu hop duoc ra soat dé toi da hoa két qua
tim kiém.

Panh gia chit luong cac nghién ciru: chat
lugng cac nghién ctiru dugc danh gia qua bang
kiém CHEERS [6].

Téng hop va xir 1y théng tin: hai nghién
ctru vién doc 1ap sé tién hanh tim kiém, tong hop
cac thong tin: Tac gia, qudc gia, chi phi - hiéu
qua, QALY, ICER,... Cac két qua thu dugc s&
dugc ddi chiéu néu c6 bat thuong s& thao luan
nhom dé dua ra két luan. Céc loai chi phi s& duoc
dbi sang Do la My (8$) trong nim quy d6i dé
thuén tién cho viéc so sanh.

Sau qua trinh tim kiém, ra soat tai liéu, 8
nghién curu da dugc dua vao phan tich.
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Ngudn Cochrane Ngudn Pubmed Ngudn ScienceDirect Ngudn Google Scholar
(n=1) (=11 (n=34) (n=9)

Ciéc nghién citu sau khi loai bo
tring 1dp (n = 47)

Sau khi ra sodt tiéu dé va tém tit,
32 bai bi loai trir vi:

- Khong phii phén tich chi phi hiéu

> qud, chi phi tién ich, két qua dau ra
khéng phai QALY, ICER (n = 21)

- Phuong phdp diéu tri khong sit
dung emicizumab (n = 11)

Cdc nghién cu dua vao ra sodt
toan van ban (n = 15)

Nghién ctiu bi loai trir do

- Khéng 14y dugc bai toan viin (n = 3)
- Két qué diu ra khong phai QALY,
ICER (n=1)

- Chi 1a mét bén tém tit dugc trinh
bay trong hoi nghi (n = 3)

Céc nghién ciu duge dua vao
tdng quan hé théng (n = 8)

So dd 1. So dd PRISMA cho qua trinh lya chon nghién ctru.

mC6 dé cap

Soares va CS
Linva CS

Kragh va CS
Saiyarsarai va CS
Polack va CS
Cortesi va CS
Bitran va CS

Lee va CS

o

2 4 6 8 10 12 14 16 18 20 22 24 26 28

Biéu do6 1. Panh gia chat lugng cac bai bao nghién cuu.
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3. Két qua va ban luin

Panh gia chat luong nghién ctru: tam bai
nghién ctru duogce dua vao tong quan hé thong s&
dugc tién hanh danh gia chat luong dya theo
bang kiém CHEERS.

béi voi phén tich chi phi, myc 11 - “Sy lya
chon két qua dau ra” va myc 13 - “Danh gia két
qua” s& khong dugc ap dung [7]. Nhu vay dé
danh gia chat lugng cac nghién ciru, s& dya trén
26 tiéu chi.

Tat ca cac nghién ctru déu trinh bay it nhat
20/26 ti€éu chi nhung khéng c6 nghién clru nao
trinh bay duoc ddy du tat ca tiéu chi. Nghién ctru
Bitran va cong sy (CS) trinh bay nhiéu nhat dugc
24/26 tiéu chi va nghién ctru Soares trinh bay it
tiéu chi nhit duoc 20/26 tiéu chi. Ngoai ra, c6
mot s tidu chi khong dugc trinh bay mot cach
day du. Vi du nhu “Déi tuong” nhiéu nghién ctru
khong mé ta 16 dac diém cua dbi tugng nghién
ctru hay “Ngudn tai trg” chi noi dén don vi tai tro
ma khong phén tich chi tiét tac dong cua nha tai
trg dén tién trinh ctia nghién ctru.

3.1. Pdc diém cdc nghién ciru trong tong quan
hé thong

Trong cac nghién ctru dugc lya chon co 6
nghién ctru phan tich chi phi - hiéu qua va 2
nghién ctru phan tich chi phi - thoa dung. Trong
d6 c6 1 nghién ctru duoc thuc hién & Nam My, 3
nghién ctru duogc thyc hién ¢ chau A va 4 nghién
ctru duge thuc hién & chau Au. Cac nghién ctu
déu dugc cong bd trong 5 nam trd lai day (2019
—2023).

Ca 8 nghién ciru déu st dung md hinh
chuyén dich trang thai Markov trong diéu tri dy
phong bang Emicizumab vai cac thiét ké khac
nhau. Nghién clru ciia Lee st dung md hinh
Markov véi 2 trang thai “Séng v6i chay mau” va
“Chét”. Nghién ciru ciia Bitran str dung mo hinh
véi 4 trang thai “Khong chay mau”, “Chay mau
vira”, “Chay mau nang” va “Chét”. Ba nghién
ctru cua Cortesi, Polack, Lin st dung m6 hinh
v6i 2 trang thai “Hemophilia c6 chat trc ché” va
“Chét”. Nghién ciru cua Saiyarsarai sir dung mo

hinh v6i 3 trang thai “Diéu tri dy phong bing
Emicizumab”, “Piéu tri theo yéu cau” va “Chét”.
Nghién ctru cua Kragh st dung mé hinh véi 3
trang thai “Khong chay mau”, “Cé chay mau bat

A9

ki mirc d6” va “Chét”. Nghién ctru ctia Soares sir
dung md hinh v6i 3 trang thai “Hemophilia co6
chat trc ché”, “Co chay mau” va “Chét”.

Cé 6 trong 8 nghién ctru st dung khung thoi
gian 1a Doi nguoi. Riéng nghién ctru ciia Polack
st dung khung thoi gian 1a 5 nadm trong khi
nghién ctru Lin st dung 2 khung thoi gian la doi
ngudi va 12 nam cho 2 nhém ddi tuong nghién
ctru khac nhau.

C6 3 nghién ciru phan tich trén quan diém
ctia hé thong Y t& qudc gia hodc nha cung cap
dich vu y té, 2 nghién ctru phén tich trén quan
diém xa hoi va 3 nghién ciru con lai phan tich
dya trén ca quan diém x3 hoi va hé théng Y té
qudc gia. Trong 3 nghién ctru phén tich trén quan
diém ctia nguoi tra tién, chi phi chii yéu 1a chi
phi str dung thudc (do khong dua trén quan diém
x4 hoi nén khong bao gdm céc chi phi gian tiép
khac) ngoai ra nghién ctru cua Cortesi c6 thém
chi phi nam vién, chi phi phiu thuat va nghién
cutru cua Bitran c6 thém chi phi dich vu cham soc
y té.

Céc nghién ctru con lai phan tich trén quan
diém x3 hoi hodc ca hai thi ¢6 thém céc chi phi
khac nhu chi phi ndm vién, chi phi cho ngudi
cham soc sirc khoe (y ta, diéu dudng), chi phi
phau thuat chinh hinh, vat 1y tri liéu, chi phi di
lai, chi phi mét stic lao dong theo ngay, ...

Mirc chiét khau cho chi phi va hiéu qua khac
nhau giita cac quéc gia, dao dong tir 3% - 5%.

Trong 8 nghién ctru dugc chon c6 6 nghién
clru c6 dé cap dén ngudn tai tro, 1 nghién ciu
khong nhan bt ki tai trg nao va 1 nghién ctru
khong dé cap dén nha tai trg.

C6 3 nghién curu su dung can thi¢p so sanh
la BPA (bypassing agent - chat bac cau) va 2
nghién ctru sir dung cu thé 1a rFVIIa, 1 nghién
cau st dung aPCC, 1 nghién ciu st dung
rFVIIIFc va 1 nghién ciru khong néu cu thé chat
can thi¢p ma sir dung tit ca dir liéu c6 hoiac
khong c6 diéu tri du phong.
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Bang 1. Pic diém cac nghién ciru trong tong quan h¢ thong vé chi phi - hiéu qua cia diéu tri du phong
Hemophila A bang Emicizumab

. Chiét
Nghién ctru Nam U Khung S, z Quan diem .
(Qudc gia) | congbbd Mo hinh thoi gian Loai chi phi (Cllghell-l;Q) nghién cuu Taitr
Chi phi Emicizumab va
LeevaCs P thuoc so sanh; khdm ngoai
e 2021 Markov noUdi tra, thay khdp, bién co bat | 5%, 5% Xa hoi Khong cd
Han Quoc g loi khac, chi phi di lai, nguoi
cham séc,...
Nguoi tra
S e s tién (Bo Y
PN . Chi phi dicu tri bang A1 % 1oa
Bittanva | 5020 | Markov | P | Emicizumab va thube so | 3%, 3% | \¢hodcbdo ) Roche
CS [9] Peru nguoi 8 hiém y té Peru
sanh. A
An sinh x&
hoi)
N .. Chi phi Emicizumab va DichvuY
ggrﬁ%']"\? 2020 | Markov | P9 | thuc so sinh, chi phi nim | 3% 3% | t quic gia Fft‘;‘fhe
& vién, phiu thuat chinh hinh. Y (NHS) y
Bayer,
Chi phi Emicizumab va Rg(S:T_e,
Polack va thuoc khac, chi phi ghén} sé’c Behrin
CS [11] 2021 Markov 5 nam chdy mau, xur 1i bien co bat | 4%, 4% X3 hoi SOBIgl
Phép loi, y ta, diéu dudng, chi phi '
N A Takeda,
nam vién va theo doi bénh.
Octaphar
ma
Chi phi thuoc Emicizumab
va thuoc so sanh, cac chi phi
Saiyarsarai Do phau thuat (khép, bao hoat Nguoi tra Roche
va CS [12] 2021 Markov uflyi dich, khac..), chiphivatlytri | 5%, 3% tién va xa Pharma
Iran ng liép, chi phl" di lai, chi phi hoi Services
mat nang suat lao dong theo
ngay
*ggg[q?"’]a 2023 | Markoy | P01 | Chi phi thubc Emicizumab | 35%, | Newsita |  Sobi
Anh ngudi va thudc so sanh. 3,5% tién Sanofi
o . Chi phi thubc Emicizumab Heé théng y
Lin va CS B‘U.l . | va thubc so sanh, chi phi té Trung Khéng dé
[14] 2022 Markov | nguoiva Ny A . | 5%, 5% FOR A 24
Trung Quéc 12 nim | Dam vién va chi phi thué Quoc va xa cap dén
nguoi cham soc suc khoe. hoi
Soares va Chi phi thuéc Emicizumab )
CS [15] P va thudc so sanh, chi phl’ Dich vuy te Roche
B3 Dio 2019 Markov Ui nam vién, chi phi xur li bien | 5%, 5% | quoc giava | Farmacéta
Nha & co bat loi, chi phi di lai va x3 hoi Quimica
mat nang suat lao dong.

3.2. Két qud phan tich chi phi hiéu qua

Ca 8 nghién ctru duge dua vao tong quan h¢
thong déu danh gia chi phi - hiéu qua cua diéu tri

thong qua ty s6 chi phi hiéu qua ICER va sO nam
song thém diéu chinh theo chat luong cudc song

du phong Hemophilia A bang Emicizumab

QALY. Va cac sb liéu nay cua ting nghién ctru
s€ duogc trinh bay lan lugt trong Bang 2.
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Bang 2. Phén tich chi phi - hiéu qua
Tac gia/ )
Nam cong Can thi¢p Keét qua N . B
b Ngudng chi 1Ket
z tra uan
ATong chi phi j
(emi - chét can thiép) AQALYs ICER
LeevaCS 30.000 USD | Khéng
2021 BPA -2.612.886 USD + 3,04 QALYs 859.392 USD/QALY (~1GDP) dat
-11.800.000 £ 21.000.000
Bo Yt dén B0Y | "k | movid dén
C6 hod ¢ Y1 .15.000.000 té OALYs ¢ Y| 42.100.000
Bitran va kh%ngi% usb USD/ QALY Khong
¢S dgiduwi | B3 | 0800000 | B | 02546 | B | 11200000 | PZBUSD | gy
2022 \ hiém y % hiem y hiémy X
du phong & An dén & An +0,36 & An dén
sinh xa -40.100.000 sinh xa QALYs sinh xa 58.900.000
o usb n Ny USD/ QALY
hoi hoi hoi
Cortesi va Dy Eg%‘gﬁﬂ?f;ﬁgo - 21.260.069 Euro/QALY Khon
cs BPA 5ok - - Béng I +0,94 QALYs 100000 Euro | g
2020 " 95.272.190 Euro 26.885.308 Euro/QALY ’
Polack va R A A
CS 2021 BPA - 234.191 Euro +0,88 QALYs 266.126 Euro/QALY Khéng dé cap N/A
Xa hoi: Nhom ABR 18 & S o R
. . tudi 20: - 6.200.000 4852 QALYs | Xahoi: ABR I8 6 tudi 20:
Saiyarsarai USD 12.936 USD/QALY
va CS rFVIla 16.560 USD Pat
2021 Nguoi tra tien: nhom Ngudi tra tién: nhom ABR (~ 3 GDP) :
ABR 18 ¢ tudi 20: - 485,16 QALYs 18 & tudi 20:
7.900.000 USD 16.413 USD/QALY
Kragh va Khéng
CS 2023 rFVIIFc +4.614.882 Euro - 0,014 QALYs 329.634.429 Euro/QALY 30.000 Euro Pat
M6 hinh doi nguoi: M® hinh doi nguoi:
Theo quan diém hé Theo quan diém h¢ thong
thong y te: Mo hinh doi nguoi: y t&: 2.661.767
-10.726.923 NDT +4,03 QALYs NDT/QALY
Theo quan diém xa hoi: - Theo quan diém xa hoi:
11.010.174 NDT 2.732.053 NDT/QALY 5 & ca
LinvaCS | rFViia 010 - 32.053 NDT/Q Khong dé cap | \/a
2022 M6 hinh 12 nam: MO hinh 12 nam: dén
Theo quan diém h¢ Theo quan diém h¢ thong
thong y té: M5 hinh 12 nam: y té: 1.442.922
-2.481.827 NDT +1,72 QALYs NDT/QALY
Theo quan diém xa hoi:- Theo quan diém xa hoi:
2.602.741 NDT 1.513.221 NDT/QALY
Soares va . Khéng d& cap
CS 2019 aPCC 6.600.000 Euro + 3,848 QALYs 1.715.176 Euro/QALY dén N/A
Ch0 thich: emi: Emicizumab; QALYs: sé nim séng thém hiu chinh theo chét luong cude sépg, ICER: ty s gia tang chi phi - hiéu qua,
aPCC: phue hop prothrombin hoat héa, BPA: hop chat bac cau, rFVIIIFc: protein tong hop yeu t0 tai t6 hop, rFVIla: yéu t6 VII hoat hoa
tai to hop, NDT: nhan déan té, N/A: Not Applicable.

Trong 8 nghién ctru dugc chon cd cac phan

4. Ban luian

tich do nhay duoc sir dung bao gém: phan tich
d6 nhay PSA (Phan tich do nhay x4c suat), DSA
(Phan tich d6 nhay tat dinh) va phan tich d6 nhay
mdt chiéu/don bién. Anh hudng cia cac thong s6
dau vao khac nhau 1a khac nhau gitra cac nghién
ctru, nhung trong d6 théng sé c6 anh hudng
nhiéu nhat 1 Ti 1é chay mau hang nim - ARB
(c6 trong 4 trén 8 nghién clru).

Ké tir khi Emicizumab 1an dau tién duoc
FDA cha”ip thuan vao nam 2017 cho bénh nhan
mic Hemophilia A (két hop véi thude te ché),
sau do dugc phé duyét dé diéu tri dy phong nham
ngin ngira hodc giam tan suat chiy mau & bénh
nhan mic HA c6 hoic khong c6 chit tre ché yéu
t6 VIII va dugc FDA xem xét uu tién, chi dinh 13
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liéu phap d6t pha [16], ngay cang co nhiéu sy
quan tdm dén viéc danh gid t6i hidu qua ciing
nhu chi phi khi sit dung Emicizumab khi diéu tri
cho bénh nhan HA.

Két qua tim kiém va sang loc ghi nhén duoc
8 nghién cuu danh gia chi - phi hiéu qua thoa
man tiéu chi lya chon va loai trir dua vao hé
théng. Céc nghién ctru dugc chon dugc thuc hién
& Nam MY, chau A va chau Au da s6 déu cho két
quéa vuot trdi vé chi phi hiéu qua, trir c6 nghién
ciru cua Kragh la khong dat va khac voi cac
nghién ctru con lai st dung can thi€p so sanh la
BPA thi trong nghién ctru cua Kragh st dung
rFVIIIFc 1am chét can thiép so sanh.

Trong b tiéu chi danh gia chét lugng cua
bang kiém CHEERS, c6 2 tiéu chi ma ca 8
nghién ctru déu khéng bao céo 1a “Yéu t anh
huong dén quyét dinh diéu tri caa bénh nhan va
nhirng ngudi lién quan” va “Két qua cua sy anh
hudng t6i quyét dinh diéu tri cia bénh nhan va
nhitng nguoi lién quan”. Piéu nay co thé giai
thich 1a do céac thong tin dau vao lién quan dén
bénh nhan nhu ABR, liéu luong thi duogc lay tir
cac nghién ciru HEAVEN hoic co s¢ y té nhu
bénh vién, nguoi lam nghién ctru chi 1§y dir liéu
hodc mé phong theo nén cac thong tin vé quyét
dinh diéu tri cua bénh nhan gin nhu s& khong
dugc dé cap dén trong nghién ciru. Bén canh do,
2 tiéu chi nay 1a 2 tiéu chi méi cua bang kiém
CHEERS 2022 so vo6i phién ban cii nam 2013
nén c6 thé tac gia chua kip nim bt hét cac tiéu
chi danh gia chat luong nghién ctru méi cip nht.

Co6 3 trén 8 nghién ctru tinh dit liéu chi phi
trén quan diém cta hé thong Y t& quéc gia hoic
nha cung cip dich vu y té voi 2 loai chi phi thube
dugc dua vao nghién ctru. Liéu sir dung cua cac
thudc du phong dua theo cin ning, trong khi
nghién ctru ctia Kragh liéu lugng ctia mdi bénh
dugc liy tir cac thor nghiém HEAVEN 3.4,
ASPIRE thi trong nghién cuu cua Bitran,
Cortesi, tac gia da gia dinh can ning trung binh
clia ting nhom ddi dé tinh toan ra lwong thude
trung binh sir dung hang nam tur d6 tinh ra chi
phi sir dung thudc, didu nay c6 thé gay ra sai s6
trong nghién ctu.

Cac nghién ctru con lai phan tich trén quan
diém xa hoi hodc ca xa hoi va nguoi tra tién,

ngoai chi phi truc tiép déu co tinh dén ca nhiing
chi phi gian tiép.

Hemophilia A 1a mét bénh man tinh, bénh
kéo dai hang chuc nim cho dén cudi doi nén chi
phi hiéu qua khi didu tri dy phong bing
Emicizumab can duoc danh gia sau mot khoang
thoi gian dai. Pa s6 cac nghién ciru dugc thiét ké
v6i khung thoi gian 1a doi nguoi dé cho két qua
c6 do tin cay nhét dinh, chi c6 1 nghién ctru cua
Polack str dung khung thoi gian 1a 5 ndm do do
két qua danh gia cua nghién ciu ndy c6 do tin
cay khong cao bdi thoi gian qua ngan co6 thé lam
giam sy tac dong cia cac van dé sic khoe nhu
chay mau, t6n thuong khép, ... tir d6 lam giam di
céc chi phi va mot s loai chi phi khong duoc
dua vao phan tich. TAt ca cac nghién ctru duoc
chon dua vao hé théng déu co dé cap dén ti 18
chiét khau. Pay 13 mot thong sb ¢6 ¥ nghia quan
trong trong viéc xac dinh dung gié tri chi phi va
hiéu qua o tai thoi diém nghién ctru.

Co 5 trén 8 nghién ctru nhén tai trg tr Roche
trong d6 2 nghién ctru dat vé chi phi hiéu qua, 1
nghién curu khong dat va 2 nghién ctu khong du
dit liéu dé két luan vé chi phi hiéu qua tuy nhién
¢4 5 nghién ciru van cho thiy sy vuot trdi trong
viéc giam chi phi va ting hiéu qua so véi chat
can thi€p so sanh. Bén canh d6, c6 1 nghién cuu
cua Kragh nhén tai tro tir cong ty Sanofi va Sobi
lai cho két qua khong dat vé chi phi hiéu qua
cling nhu khong wu thé hon so véi bién phap so
sanh. Mot s6 nghién ciru nhan tai trg tir Roche da
n6i nha tai tro khong can thiép dén phuong phap
va két qua nghlen ctru nhung mdt s6 con lai
khong dé cap chi tiét dén tac dong ciia nha tai tro
dén phuong phap va két qua nghién ciru. Do do,
¢6 thé co su thién léch trong két qua vé chi phi
hiéu qua ctia Emicizumab trong diéu tri.

Ngudng sin sang chi trd dugc coi 1a thude
do dé danh gia tinh hop 1y cta chi phi ciia mot
phuong phép diéu tri hoic du phong so véi
phuong phap so sanh trong mot nghién ctru chi
phi - hiéu qua. Khi do, ti 1€ chi phi - hiéu qua
tang thém ICER s€ dugc so sanh vdi ngudng
nay, néu ICER thap hon ngudng sin sang chi tra,
diéu nay cho thay rang phuong phép diéu tri hodc
du phong c6 thé duoc coi 13 hop 1y v& mit chi
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phi - hiéu qua. Tuy nhién, néu ICER cao hon
ngudng chi tra, diéu nay cho thy rang phuong
phap diéu tri hodc du phong d6 c6 thé khong
dugc coi 12 hop 1y vé mit chi phi - hiéu qua.

Trong 8 nghién ctru dugc lua chon, chi co
nghién clru cua Saiyarsarai a c6 ICER thap hon
ngudng san sang chi tra nén dugc coi 1a dat vé
chi phi - hi¢u qua, cac nghién ctru con lai hoac la
cao hon hoic 1a khong dé cap dén ngudng sin
sang chi tra nén déu cho két qua khong dat hoic
khong xéac dinh dwgc tinh hop 1y vé chi phi - hiéu
qua. Cac nghién ctru cua Polack, Lin, Soares
khong d& cap dén ngudng chi tra nhung van két
luan vé chi phi - hiéu qua, bén canh do, nghién
ctru Bitran, Lee, Cortesi khong dat vé chi phi -
hi€éu qua nhung Emicizumab van duge két luan
1a chiém uu thé hon, vi vay can xem xét lai vé
ngudng sin sang chi tra cua qubc gia tai thoi
diém nghién ciru dé kiém tra lai tinh chinh xéac
ctia két luan d6. Va ngoai nghién ctru ciia Kragh,
7 nghién ciru con lai van cho thiy khi diéu tri du
phong bang Emicizumab gitp giam tong chi phi
va ting QALYs cho bénh nhén so v6i cac chat
can thi€p so sanh.

Trong phan tich d nhay mdt chiéu, yéu td
anh hudng nhat dén ICER 1a ti 1é chay mau hang
nim - ARB. Piéu nay c6 thé duoc giai thich 1a
boi Emicizumab dugc sir dung véi muc dich du
phong, nham giam thiéu cac dot chay mau va cac
bién cb cho bénh nhan, tuy nhién, khi cé xay ra
chay méu, viéc sir dung yéu t6 dong mau co dic
1a bat budc. Do d6 khi diéu tri dy phong bang
emicizumab ma c6 xay ra chay mau, chi phi diéu
trj s& bao gdm chi phi thudc Emicizumab va
thém cac ch1 phi thube khac, chi phi phiu thudt,
xtt 1i bién ¢b,... cho diéu tri chay mau, nén néu
ARB cang nhleu thi chi phi cang tang va lam
tang gia tri cua ICER. Tuy nhién, cac nghién ctru
déu cho thiy riang viéc didu tri du phong bang
Emicizumab gitip ti 1& giam ARB tir d6 tong chi
phi didu tri s& giam. Mic du ARB 1a yéu té anh
huéng nhat dén ICER nhung trong cac phan tich
d6 nhay mét chiéu van ung ho cho sy uu thé hon vé
chi phi - higu qua ctia Emicizumab so véi chat can
thiép so sanh.

5. Két ludn

Két qua cho thdy c6 7/8 nghién ciru (chiém
87,5%) cho két qua giup giam tong chi phi, tang
hiéu qua diéu tri so v6i thude so sanh va 1 nghién
ctru (chiém 12,5%) cho két qua tang tong chi phi
va giam hiéu qua hon so v6i thudc so sanh.
Trong 7 nghién ciru cho két qua giam téng chi
phi va tang hiéu qua, tat ca déu cho thay su giam
ti 1€ chay méau hang nam & bénh nhan so voi
thudc so sanh. Va ciing trong 7 nghién ciru niy,
c6 1 nghién curu dat chi phi — hi€u qud, 3 nghién
ctru khong dat chi phi - hiéu qua (do ICER thap
hon ngudng san sang chi trd) va 3 nghién ctru
khong thé két luan 13 c6 dat chi phi - hiéu qua
hay khong (do khong de cip dén ngudng san
sang chi tra), trong d6 tit ca déu cho két qua
Emicizumab gitup gidm chi phi, ting hi¢u qua va
chiém vu thé hon so véi chat can thiép so sanh.
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