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CO quan Quin ly DOOc phim Chau Au (European Medicines Agency - EMA) vl a théng bao
cong nhin gilly phép 10u hanh sOn phOm 0 chau Au cho Roctavian (valoctocogene
roxaparvovec) dil dilu trl b0 nh haemophilia A thO nOng 0 ng00i I0n ma khéng ¢6 chit 0 ¢ chl
yOu t0 VIl (10 khang th0 sinh ra b0i hO thOng mi0n dich va lam yOu t0 VIII hoOt d0 ng kém hidu
qul) va khéng c6 khang thi vii adenovirus serotype 5 (AAVS5).

BOnh nhén b0 bl nh haemophilia A khéng th0 sinh ra you t0 VIII (mOt protein cOn thilt cho déng
mau va cé tac ding lam ngl ng chy mau); bl nh nhan cé khuynh hi'0 ng chl'y mau va kéo dai
thdi gian chOy mau, vi dU sau phUu thult hollc chi n thO0ng. Haemophilia A l1a bl nh hil m gay
suy kiDt 0nh hOOng x0p x0 0.7 trén 10,000 ngl0i 0 chau Au. Bonh kéo dai sult dii va de dol
tinh mOng khi x0y ra chl'y mau 0 n&o, tul sing holc U rubt.
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HOu hOt cac thul ¢ hiln nay di0c clp phép di dilu trl haemophilia A chlla yOu t0 VIII, d0 thay
thD protein b0 thilu. Bilu trd hidn tdicln 1 holc nhilu mai tiém trén tul n hol ¢ trén thang va
difu tr0 cO dbi. LiDu phap dilu trl mOi giup bl nh nhan c6 thd khéng phi tiém thul ¢ th0Ong
Xuyén.

Roctavian la lil u phap gen dlu tién dd dilu tr0 haemophilia A. Hot chl't la Roctavian,
valoctocogene roxaparvovec, dia trén mit loli virus (adenovirus serotype 5-AAV5) dilc dilu
chOnh d0 khéng gay bl nh trén nglUi. Virus nay chla gentio ra ylu td VIII; mOt khi di0c tiém
mOtI0n duy nhit vao cO thD bdnh nhan, né di0c ki ving mang gen ylu t VIII vao t0 bao gan
vasinxultraydutd VIIIbD mOt. Dilu nay giup cho mau dong dilc di dang va ngan ngll a
chly mau hollc gilm sl dit chly mau. Hilu qul dilu tr0 tich cOc dic duy tri Ién din 2 nam
sau mit mdi tiém di0c bao cao trén gdn 100 bl nh nhén trong nghién clu chinh va lén din 5
nam 0 vai bonh nhan 0 cac thl nghilm hO tr0 thOc hiDn bOicO sO dang ky.

KhuyOn cao EMA dlla vao kit quD pha 3 0 nghién clu dl n nhém (nghién cOu chinh), nghién
cOu khéng ngdu nhién 0 134 bl nh nhan nam bl haemophilia A khéng c6 tiln s chla chitOc
chi yOu t0 VIl va khéng phat hil n c6 khang thD khang you t0 VIII. 2 nam sau dung lil u phap
nay, dl lifu hilu qul cho thly liDu phap lam tang dang kI mOc hoOt tinh yOu t0 VIII O da sO

bl nh nhan. TO I0 chOy mau gilm 85% va hlu hO't bl nh nhan (128) khéng cin dillu trd thay tho
bl ng ylu td VIII.

Tac dilng khéng mong mul n phd bi0n cOa lilu phap gen di a trén AAV (Roctavian) da dijc bao
cao la dic tinh trén gan do dap 0ng midn ddch gay ra va diic tring bli sU tang Ién mic enzym
gan ALT (alanine aminotransferase). Tinh trl ng nay c6 th0 di0u tr0 thanh céng bl ng
corticosteroid. Tac ding khong mong mul n khac bao gdm: dau dlu, dau khi p, bul n nén.

BOnh nhén didu tr0 vOi Roctavian sO di0c giam séat trong 15 nam di a0 m b0 o tinh an toan va
hidu quO lau dai cla lilu phap gen nay.

TiDpcOnting thlD cd sO dO liDu hiDn cé, Oy ban v cac lilu phap tidn bl (CAT), hii dl ng cac
chuyén gia EMA vO thulc dda trén gen va t0 bao cho ring I0i ich cOa Roctavian vt trli so vOi
nguy ¢ c6 thl xOy ra 0 bl nh nhan mic haemophilia A. Y kil n chlp thuln bli 0y ban c&c sin
phd m thul ¢ dung trén ngi 0i (Committee for Medicinal Products for Human Use - CHMP) cla
EMA 1a b0 0c trung gian trén con dl0 ng Roctavian til p c0n bl nh nhan. Y kil n nay s di0c goi
din Oy ban chau Au d0 quydt dinh chlp thuln gily phép IDu hanh sin phim trén thD trl0ng
chau Au ring I0n.
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Ghi cha:

- CO sO dang ky cla Roctavian la BioMarin International Limited.

- Roctavian dd0c thilt kO nhd Thulc ddc tr0 bl nh hil m vao ngay 21 thang 3 nam 2016.
Sau y kil n tich cic cla CHMP, U0 ban thullc ddc tr0 b0 nh hid m (Committee for Orphan
Medicinal Products - COMP) sil danh gia thilt kU thul ¢ hilm nay nén di0c til p t0 ¢ hay khéng.

- Roctavian di0c céng nhi n hi p phap vao chi0ng trinh PRIME vao ngay 27 thang 1 nam
2017 d0 dilu tr0 b0 nh haemophilia A.

Ngul n: https://www.ema.europa.eu/en/news/first-gene-therapy-treat-severe-haemophilia
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