TAP CHIi NGHIEN ClPU Y HOC

NHAN XET KET QUA PIEU TR| THAI SAT PHOI HOP
DEFERIPRONE VA DEFEROXAMINE O TRE EM THALASSEMIA
TAI BENH VIEN DA KHOA XANH PON

Nguyén Vin Long"*, Nguyén Thi Hong Nhan?
Lwu Thi Chinh3, Quach Van Nam'

'Bénh vién Nhi Ha Noi

2Bénh vién Da khoa Xanh Pén

3Trwong Pai hoc Y té Céng céng

Thalassemia la bénh ly thiéu méau tan mau di truyén phd bién trén thé gidi ciing nhuw tai Viét Nam, doi héi
truyén mau thuong xuyén véi hdu quéd qua tai sdt ndng va r dong sét tai céc co quan sinh tén nhw tim, gan.
Nghién ctru dwoc thue hién tai bénh vién da khoa Xanh Pén trén 46 bénh nhi méc bénh thalassemia cé chi
dinh diéu tri thai sat tham gia nghién ctru tir 01/03/2023 dén 30/10/2023. T4t cac bénh nhéan duoc diéu tri thai
sét bang Deferiprone duong udng (liéu 75 mg/kg) mébi ngay tai nha, két hop truyén tinh mach Deferoxamine
tai bénh vién (liéu 25 - 35 mg/kg) trong 5 ngay trong méi thang, néng dé ferritin huyét thanh va LIC (liver iron
concentration) trén MRI gan triéc va sau diéu tri duoc st dung lam chi sé clia liéu phép thai sat. Muc tiéu cda
nghién ctru la dénh gia hiéu qué cua liéu phap diéu tri thai sat & tré Thalassemie tai Bénh vién Pa khoa Xanh
Pén bang cach phéi hop thudc Deferiprone va Deferoxamine théng qua viéc so sanh céc chi sé LIC va néng
do ferritine huyét thanh (SF) truéc va sau diéu tri. Két qué nghién ctru cho thay: Ferritine huyét thanh (SF) sau
diéu tri giam xubng 10-20% so vé&i mikc ferritine ban déu. LIC gidm trung binh 1,21 mg/g gan khé (p < 0,05).
Diéu trj thai sat cho tré bj bénh thalassemia cé qué tai st ndng bang udng Deferiprone phbi hop véi truyén
tinh mach Deferoxamine dinh ky tai bénh vién gitp gidm déng ké ferritine huyét thanh, gidm (r sat trong gan.

T khoa: Tré mac Thalassemia, qua tai sat, thai sat, Deferiprone dwéng uéng, Deferoxamine truyén tinh

mach tai bénh vién.

. DAT VAN BE

Bénh Thalassemia la bénh ly thiéu mau tan
mau di truyén phd bién trén thé gi6i cling nhw
tai Viét Nam;' doi hdi truyén mau thuwéeng xuyén
véi hau qua qua tai sat ndng va & dong sat tai
cac co quan sinh ton nhw tim, gan." Viéc danh
gia hiéu qua don va da tri liéu cta cac thudc
dang dwoc st dung phd bién la vé cung quan
trong trong viéc thiét 1ap cac phac dé diéu tri tdi
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Ngay duwoc chép nhén: 03/11/2025

wu cho tirng cé thé trong nhém bénh nhan “siéu
man tinh” nay, va da dwoc nhiéu tac gia cong
bd trong y van thé gidi.2*

Tai Viét Nam, cac nghién ciru gan day ca
trén ngudi Ion va tré em van chi yéu tap trung
vao danh gia hiéu qua cla tirng loai thubc
thai sat riéng ré.5¢ Viéc danh gia hiéu qua cta
phwong phép thai sat don trj liéu va phdi hop
van chi yéu dwa vao s thay déi ndng do ferritin
huyét thanh; viéc danh gia hiéu qua thai sat &
dong tr cac ndi tang, dac biét la str dung chup
coéng hwéng tr (MRI) gan-tim, con chwa dwoc
st dung rong rai.’

Bénh vién Pa khoa Xanh Pén dang diéu
tri mét lwgng I&én bénh nhan Thalassemia, voi
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cac liéu phap thai sat rieng 1& 1a chi yéu. Gan
day, ching tdi ap dung phwong phap thai sat
phdi hop gitra Deferiprone dwdng udng Voi
Deferoxamine truyén tinh mach.® Ngoai dwa
vao sy thay déi ndng do ferritin huyét thanh
(SF) trwérc va sau diéu tri, ching tdi manh dan
ap dung thém chi sb néng do sat tich luy tai gan
(liver iron concentration: LIC) do qua phwong
phap chup MRI gan dé danh gia sau hon tac
dung dao thai sat t& chirc ctia phwong phap
diéu tri phdi hop nay.

Trong bai bao nay, chung téi sé trinh bay
tém tat mot sé két qua ban dau cha nghién
ctu trén, co tiéu dé “Nhan xét két qua diéu tri
thai sat phdi hop Deferiprone va Deferoxamine
& tré em Thalassemia tai Bénh vién Da khoa
Xanh P6n” da dwoc Hoi ddng khoa hoc bénh
vién théng qua, v&i muc tiéu cu thé 1a: Nhan
xét két qua diéu trj sau 6 thang liéu phap thai
sat phdi hop Deferiprone va Deferoxamine &
tré mac Thalassemia tai Bénh vién Da khoa
Xanh Pén, nham danh gia két qua buwdc dau
cla viéc diéu tri phdi hop cac thubc thai sat cho
cac bénh nhi Thalassemia & sat nang, st dung
ddng thoi ca 2 chi sé ferritin huyét thanh va LIC
dé danh gia sau hon vé hiéu qua diéu tri,

Il. DOI TWUONG VA PHUONG PHAP

1. Péi twong

46 tré tubi tv 4 - 15 nam, dwgc chan doan
xac dinh bénh Thalassemia, dwoc diéu tri thai
sat phéi hop bang Deferiprone va Deferoxamine
tai Bénh vién Xanh Pon. Cac bénh nhan dwoc
danh gia tinh trang & s&t mau bang ndng do
ferritine huyét thanh va c6 két qua chup MRI
gan dé danh gia tinh trang qué tai sat. Tré c6
day da hd so bénh an va két qua xét nghiém,
duoc bd me hodc nguoi giam hé hop phap
ddng y tham gia nghién ctru. Nhirng tré cé cac
bénh ly tim mach, gan mat khac anh hwéng dén
két qua MRI va tré dang cé bach cau trung tinh

TAP CHI NGHIEN ClPU Y HOC

thdp < 2000/L, tiéu cau < 100.000/L, cling nhw
nhirng tré bi di ’ng cac thanh phan cla thubc,
va nhirng tré khéng tuan tha nghiém ngat phac
dd diéu tri thai sat déu bi loai khoi dbi twong du
tiéu chuan phan tich sé liéu nghién trong ctru
nay.

2. Phwong phap

Thiét ké nghién ciru: tién clru mo ta loat
ca bénh.

Nghién ctu nhdm danh gia tinh trang qua tai
séat ctia dbi twong nghién ctvu va danh gia hiéu
qua thai st ctia 2 thubc phd bién 13 Deferiprone
(DFP) va Deferoxamine (DFO) dwa trén so
sanh két qua ferritine huyét thanh va MRI gan
trwdc va sau diéu tri. Phwong phap thai sét
dwoc ap dung theo phac dd ctia khoa Nhi, trong
d6 st dung phéi hop Desferioxamine 30 mg/kg/
truyén cham 12 gid x 5 ngay méi thang tai bénh
vién va ubng Deferiprone 75 mg/kg hang ngay
tai nha. Xét nghiém ferritine huyét thanh (SF)
trwéc va sau 6 thang diéu tri; Chup MRI gan
bdng may 1,5 Tesla va do ndng dd sat & gan
trwéc va sau 6 thang diéu tri cho phép danh gia
tinh trang qua tai st va hiéu qua didu tri thai
séat bang cach so sanh ndng do sat & gan truéc
va sau diéu tri. Ghi nhan cac biéu hién tac dung
phu ctia thudc trén 1am sang.

Tiéu chuan chan dodn bénh Thalassemia®

Lam sang: C6 céc triéu chivng thiéu mau tan
mau man tinh (tuy m&c do)

- Hoi chirng thiéu mau man tinh: mét mai,
chéng mat, cham 16n, khé thé khi gang strc,
nhip tim nhanh, da xanh, niém mac nhot...

- HG6i chirng tan mau man tinh: ciing mac
mat vang, nwdc tiéu sAm mau, lach to, gan to...

- Cactriéuchrng do bién chrng: xamda, khé
da, bién dang xwong (bd mét thalassemia)...

Xét nghiém: Thay dbi thanh phan Hb dac thu
theo thé bénh hoac dién di cé Hb bt thuwdng:

- B thal: HbF tang, HbA1 gidm hoac béng 0,
HbA2 binh thwérng hodc tang. Bthal ddng hop
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T&: Khong co6 HbA1, HbF téng rat cao.

- Bénh Bthal/HbE:

- B%thal/HbE: Khéng c6 HbA1, chi cé HbF va
HbE.

- B*thal/HbE: HbF tang, c6 HbE, HbA1 giam
hodc binh thwéng.

- a thal: Bénh HbH: Bién di c6 HbH, HbA1
giam, HbA2 giam.

Chi dinh diéu tri thai sat: khi c6 1 trong 3
tiéu chuén sau®:

- Bénh nhan da duwoc truyén trén 10 don vi
mau.

- Ferritin huyét thanh (SF) trén 800 ng/ml
hoac trén 500 ng/ml va bénh nhan tiép tuc phai
truyén mau dinh ky thworng xuyén.

- Néng dd sét trong gan - LIC = 3 mg/g.

- Ngirng diéu tri thai sat khi ferritin < 300 ng/
ml hodc LIC < 3 mg/g.

Tiéu chuéan danh gia hiéu qua diéu tri thai
sat

Danh gia theo tiéu chuan cta Ali Taher trong
nghién ctru ESCALATOR.°

- Thai sét hiéu qua khi:

+ LIC gidm = 3mg sat/g gan khé, dbi v&i cac
trwdng hop cé chi sé LIC ban diu > 10mg séat/g
gan kho.

+ LIC gidm va trong khodng 1 - 7mg sét/g
gan kho, ddi v&i cac trwdng hop cé chi sé LIC
ban dau 3 - 10mg sét/gan kho.

- Khéng thay dbi (duy tri):

+ LIC giam duwoc < 3 mg sat/g gan kho, dbi

v&i cac trweng hop co chi s LIC ban d&u > 10
mg sat/g gan kho.

+ LIC khéng gidm, déi véi cac trwong hop
c6 chi 6 LIC ban dau 3 - 10 mg sét/gan kho.

Tinh trang nhiém sat nang lén: Chi s LIC
tang lén sau diéu tri.

Sé liéu nghién cu dwoc phan tich béng
cach sir dung cac phuong phap théng ké dé
so sanh dic diém cua dbi twong nghién ctru
va so sanh danh gia hiéu qua diéu tri thai sét.
Ngudng khac biét véi p < 0,05 dwgre ghi nhan
la c6 y nghia théng ké.

3. bao dirc nghién ciru

Nghién ctru dwoc tién hanh dwdi sw tuan thu
vé mat y dirc dwoc sy déng y cha phu huynh/
ngw&i gidm ho cla tré; hoi ddng y hoc ctia Bénh
vién Da khoa Xanh Pon. Bam bao tinh bao mat
théng tin cGa ddi twong nghién clu.

Ill. KET QUA

Trong thoi gian nghién ctru 01/03/2023 dén
30/10/2023, chung t6i ghi nhan 46 bénh nhi du
tiéu chuan dwa vao phan tich két qua, danh gia
hiéu qua thai sat. Duwdi day la mot sd két qua
cha yéu:

1. Pac diém chung cta nhém déi twong
nghién ctru

Cac théng tin vé dic diém cua nhom dbi
twong nghién clru duoc trinh bay tém tat trong
bang 1 dwdi day.

Bang 1. Dac diém cua bénh nhan trong nghién ctru

Dic diém Gia tri % Trung binh (min - max)
Téng s6 46 100
Nam 19 41,3
Gioi
N 27 58,7
] 3 - 5 tudi 5 10,9
Tubi N 8,3+ 3,56
5-10 tudi 26 56,5 N x.
- (4 tudi - 15 tudi)
> 10 tudi 15 32,6
108 TCNCYH 198 (01) - 2026



TAP CHI NGHIEN ClPU Y HOC

Dic diém Gia tri % Trung binh (min - max)
a-thal 9 19,6
Thé bénh B-thal 12 26,1
HbE/ B-thal 25 54,3
< 6 thang 8 17,4
I . . v 1,75+ 1,29
Tubi chan doan 6 thang - 2 tudi 32 69,6 ) X,
(1 thang - 2,5 tudi)
> 2 tudi 6 13,0
Tubi bat dau truyén mau (ndm) 1,8 + 1,36 (7 thang - 3 tudi)
Sé 1&n truyén <121an 15 32,6 11,5 + 3,36
méu/ndm >121an 31 67,4 (6 - 15 1&n/n&m)

Nghién ctru trén 46 bénh nhan thalassemia
cho thay: Tilé niv (58,7%) cao hon nam (41,3%).
Tudi trung binh Ia 8,3 + 3,56 tudi, nhém 5 - 10
tudi chiém da s6 (56,5%). Thé bénh HbE/B-thal
phé bién nhét (54,3%), sau d6 la B-thal (26,1%)
va a-thal (19,6%). Bénh nhan dwgc phat hién
va truyén mau sé'm, tan suét truyén mau trung
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binh la 11,5 + 3,36 lan/nam.
2. Hiéu qua diéu tri thai sat bang phac do
phéi hop thuéc DFP va DFO

Biéu db 1 trinh bay két qua thai sét cla liéu
phap phéi hop hai thudc dwa vao danh gia hiéu
qué theo tiéu chuan cta Ali Taher trong nghién
ctru ESCALATOR.

@ Thai sat hiéu qua
® Khéng thay ddi

= Tinh trang nhiém sat ndng lén

Biéu do 1. Két qua diéu tri thai sat bang phac dé phéi hop thuéc DFP va DFO

Ti 1é thai sat hiéu qua sau 6 thang 1a 60,9
% v&i 28 bénh nhan. C6 5 bénh nhan (10,9%)
khéng dap (ng sau 6 thang diéu trj (tinh trang

nhiém sat nang lén).
Két qua xét nghiém ferritin huyét thanh
trwéc va sau diéu tri

Bang 2. Thay déi néng do ferritin huyét thanh (SF) trwéc va sau diéu tri

Ferritin Bat dau diéu tri Két thuc diéu tri Murc giam SF P
(ng/ml) (ng/ml) (ng/ml) (ng/ml)
<2500 (n=37) 1447,47 + 521,51 1326,93 + 528,39 121,25+ 113,65 <0,05
22500 (n=9) 3346,34 £ 1004,22 3023,52 £ 1128,08 323,19 + 205,15 <0,05
Chung (n = 46) 1818,99 + 988,39 1658,87 £ 955,32 161,12+ 115,39 <0,05
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Diéu tri thai sat bdng phdi hop thubc co
hiéu qua lam gidm néng do ferritin huyét thanh
cla bénh nhan thalassemia tai thdi diém sau 6
thang diéu tri, mirc gidm trung binh 1a 161,12
ng/ml; tlr trwdc diéu tri 1a 1818,99 + 988,39 ng/

ml, va tai thoi diém sau 6 thang la 1658,87 +
955,32 ng/ml; khac biét co y nghia théng ké véi
p < 0,05. Bénh nhan co6 Ferritin = 2500 ng/ml c6
s gidm Ferritin sau diéu tri nhiéu hon so véi
nhoém co Feritin < 2500 ng/ml.

Bang 3. Thay déi ndng do Ferritin huyét thanh (SF) theo mirc do LIC

Ferritin Trwée diéu tri Sau diéu tri Mdrc giam SF
LIC (ng/ml) (ng/ml) (ng/ml) P
<15(n=39) 1544,78 £ 655,78 1371,86 + 620.74 173,21 £ 101,15 <0,05
215(n=7) 3375,31 + 1155,83  2996,78 + 1136,02 379,35 £ 98,72 < 0,05

Danh gia sy thay ddi Ferritin trwdc va sau
diéu trj thai sat & nhom co LIC ban dau 2 15 va
< 15 mg/g gan kho thdy c6 sw gidm Ferritin &
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@ Ferritin trwdre diéu tri

1000-2500

ca 2 nhém, khac biét c6 y nghia thdng ké véi p
< 0,05. Nhém c¢6 LIC = 15 c6 mirc giam Ferritin
nhiéu hon nhém LIC < 15.

19,6%

17,4%

>2500

® Ferritin sau diéu trj

Biéu d6 2. Thay déi ty l1&é mrc do ferritin huyét thanh trwéc va sau diéu tri

Ty 1& bénh nhan nhiém sat mirc do nang
(Ferritin 2 2500 ng/ml) va trung binh (Ferritin
1000 - 2500 ng/ml) gidm twong trng v&i 19,6%%
xubng 17,4%% va 63%% xubng 50%%. Nhém

& s&t mirc d6 nhe (Ferritin 300-1000 ng/ml)
tang tir 17,4% 1én 32,6%.

Két qua xét nghiém néng dé sat tai gan
qua hinh dnh MRI gan trwéc va sau diéu tri

Bang 4. Thay déi LIC sau 6 thang diéu tri

LIC Bat dau diéu tri  Két thac diéu tri Giam LIC p
<15 (n = 39) (mg/g gan khd) 10,19 £ 2,60 9,37 + 2,99 1,02+095  <0,05
> 15 (n = 7) (mg/g gan khd) 15,89 + 0,52 12,52 + 1,75 337+£105 <0,05
Chung (mg/g gan khd) 11,06 + 3,17 9,85 + 3,04 1,21 £ 1,01 <0,05
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C6 sw gidm ndng do LIC sau diéu tri 6 thang: sau diéu tri nhidu hon so vé&i nhém c6 LIC ban
giam trung binh 1,21 mg/g gan kho, khac biét dau < 15 mg/g gan khd, twong &ng vdi gidm
c6 y nghia théng ké véi p < 0,05. Bénh nhan cé trung binh 3,37 va 1,02 mg/g gan khé.

LIC ban dau = 15 mg/g gan khé cé sw gidm LIC

Bang 5. Thay déi LIC sau diéu tri theo thé bénh

Thé bénn Lic Trwée diéu tri Sau diéu tri Mirc giam p

a-thal 11,74 £ 3,63 10,64 + 2,50 1,10+ 1,12 <0,05
B-thal 10,10 + 3,39 9,0+3,13 1,11 £ 0,98 <0,05
B-thal/HbE 11,28 £ 2,91 9,98 + 3,19 1,22+ 1,15 <0,05
Chung 11,06 £ 3,17 9,85 + 3,04 1,21 £1,01 <0,05

Diéu tri thai s&t bang phéi hop thubc thai sat thé bénh sau 6 thang so vé&i thoi diém trudc do,
c6 hiéu qua lam gidm néng dd st trong gan khac biét cé y nghia théng ké vé&i p < 0,05.
(LIC) clia bénh nhan thalassemia & tat ca cac

Bang 6. Thay déi LIC theo mirc dd Ferritin

LIC Trwédce diéu tri Sau diéu tri Giam LIC
SF (ng/ml (mg/g gan kho) (mg/g gan khd) (mg/g gan kho) P
< 2500 10,28 + 2,85 9,29 + 3,02 1,01 +1,21 < 0,05
= 2500 14,27 + 2,32 12,13 + 1,92 2,15+ 1,05 < 0,05

DPanh gia sw thay ddi LIC trwdc va sau diéu gidm LIC twong (rng la 2,15 va 1,01 mg/g gan
tri & hai nhém cé thé thdy ndng do sat trong kho, khac biét cé y nghia théng ké véi p < 0,05.

gan (LIC) déu gidm di. Nhém c6 Ferritin ban Trong d6, nhdm coé Ferritin = 2500 ng/ml co6
dau < 2500 ng/ml va = 2500 ng/ml thay cé sw mtrc gidm LIC nhiéu hon.
80%

, 76,1%
70% 2
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40%
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21,7%

20%
10%

0% -
LIC 3-7 LIC 7-15 LIC >15

@LIC trwdc didu tri  ®LIC sau diéu tri

Biéu do 3. Thay d6i mirc doé nhiém sat trong gan (LIC) trwéc va sau diéu tri
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Sau diéu tri, ti 1& bénh nhan c6 LIC = 15 mg/g
gan kho giam dang ké tir 15,2% xubng con 2%.
6

5BN
5

4BN
4

3BN

N

N

Mé day Sét

truyéen

Nhiém triung
tai vi tr|" tiém

Tac dung phu ghi nhan dwoc trong qua
trinh diéu tri

5BN
4BN
3BN
Pau khop Pau bung Giém bach
cau hat

Biéu doé 4. Mot sé tac dung phu trong diéu tri

Diéu tri bénh nhan bang phac dé phéi hop
Desferioxamine truyén tinh mach va Deferiprone
udng cling ghi nhan moét sb tac dung phu trén
mot s6 bénh nhan (BN) nhw ndi mé day, dau
bung, dau khoép, gidm bach cau hat.

IV. BAN LUAN

Trong th&i gian nghién cru c6 46 bénh nhan
Thalassemia cho thay do tudi trung binh 14 8,3
+ 3,56 tudi, phd bién nhat & nhém 5 - 10 tudi
(56,5%). Ty |1&é méc bénh & ni¥ (58,7%) cao hon
nam (41,3%), twong tw nghién c&u cia Pham
Thi Thuan (2022)." Thé bénh phéi hop B-thal/
HbE chiém wu thé (56,5%), phu hop véi cong
bd ctia WHO va nghién ciru ctia P.A Wahidiyat
(2018), ciing nhw Nguyén Thi Thu Ha va cong
sy (2017)."2Da sb bénh nhan (87%) dwoc chan
doan trwdc 2 tudi (tudi trung binh 1,75 + 1,29
tudi) va déu thudc thé trung binh va néng, can
truydn mau thwdng xuyén véi tan suét trung
binh 11,5 + 3,36 lan/nam.

Sau 6 thang diéu tri thai sat bang phac d6
phdi hop Desferrioxamine (DFO) dwéng tiém
truyén va Deferiprone (DFP) duwdng ubng,
chung t6i ghi nhan c6 60,9% sb bénh nhan dap
(rng vo&i diéu tri (ndng do ferritin huyét thanh va
ndng do sat trong gan LIC gidm sau diéu tri);

28,2% sb bénh nhan duy tri mrc & st va cé 5
bénh nhan (10,9%) khong dat dwoc hiéu qua
thai sat. Két qua nghién clru ctia ching t6i cling
twong tw véi nghién clru ctia mét sb tac gia:
nghién clru cla tac gia Lé Thi Hwong (2016)
dat két qua 63% bénh nhan dap ng diéu tri
sau 6 thang; tac gid Ha Thi Sen (2020) cho ti &
dap &ng 1a 52,1% sau 12 thang diéu tri.

Xét nghiém ferritin huyét thanh déng vai
trd then chét trong viéc theo déi tinh trang &
sat va danh gia hiéu qua cla liéu phap thai sat
& bénh nhan Thalassemia. V&i wu diém don
gian, dé thwc hién va chi phi hop ly, xét nghiém
nay thuan tién cho viéc trién khai & nhiéu tuyén
diéu tri. Nong do ferritin huyét thanh cao la mot
chi dau gian tiép cho thay sw tich tu sat dang
ké trong cac co quan va mé. Nghién cliru cla
chung t6i (theo bang 2 va 3) cho thay rd rang
viéc diéu tri thai sat bang thubc phdi hop da
mang lai hiéu qua trong viéc gidm ndng do
ferritin huyét thanh & bénh nhan Thalassemia
sau 6 thang diéu tri (gidm trung binh 161,12 ng/
ml, t» 1818,99 + 988,39 ng/ml xubng 1658,87
+ 955,32 ng/ml, p < 0,05). Bang chd y, nhém
bénh nhan cé ndng do ferritin ban dau rat cao (=
2500 ng/ml) cho thy mirc gidm ferritin sau diéu
tri rd rét hon so véi nhém ¢ ferritin thap hon (<
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2500 ng/ml) (gidm twong tng 323,19 ng/ml va
121,25 ng/ml, p < 0,05). Hiéu qua giam ferritin
dwoc ghi nhan & tat ca cac thé bénh cla bénh
nhan Thalassemia ma khéng cé sy khac biét
dang ké gitra cac thé bénh.

Phan tich sau hon (bang 3) trén nhém bénh
nhan c6 cac mire dd & sét tai gan (LIC) ban dau
khac nhau (= 15 mg/g gan khé va < 15 mg/g
gan khd) ciing cho thdy sy gidm dang ké cta
ferritin huyét thanh & c& 2 nhém sau diéu tri (p

< 0,05), trong d6 nhém co LIC = 15 mg/g gan
khé cé murc gidm ferritin nhiéu hon nhém LIC <
15 mg/g gan kho.

Sy gidm néng do ferritin huyét thanh da
goép phén tich cwe vao viéc cai thién tinh trang
nhiém sat téng thé cta bénh nhan. Biéu d6 2
minh chirng diéu nay khi ty I& bénh nhan nhiém
sat mirc do trung binh gidm t&» 60% xubng 50%,
va ty 1& bénh nhan nhiém sét mirc do nang giam
tr 19,6% xudng 17,4%.

Bang 7. So sanh hiéu qua giam ferritin véi cac nghién ctru khac

L D6i twong  Loai thubc thai . Ferritin trwéc  Ferritin sau
Tac gia . Thei gian N . N .
NC sat dieu tri dieu tri
Dao Thj Thiét . .
Thalasemia DFX 12 thang 3729,17 2798,25
(2012)
El-Alfy (2010) Thalassmeia DFP 12 thang 2532 2176
DEEP-2 Thalassemia DFP 12 than 2468 2120
(2020) 9
Chung téi Thalassemia DFO + DFP 6 thang 1818,99 1658,87

* DFO: Desferrioxamine * DFP: Deferipron * DFX: Deferasirox

Nghién cru cta chung téi cing cd thém
béng chirng tlr cac cong trinh trong nuwéc va
quéc té, cho thay liéu phap phdi hop DFO +
DFP mang lai hiéu qua trong viéc gidm ferritin
huyét thanh & bénh nhan thalassemia so v&i
thdi diém khoi tri.”'®'4 Cac nghién ctu tiéu
biéu nhw cta El-Alfy va coéng sy (2010) trén
dbéi twong tré em thalassemia 1 - 10 tudi tai
Indonesia, Malaysia va Ai Cap da chirng minh
hiéu qua gidm sat cia DFP (théng qua chi sb
ferritin huyét thanh).'* Mét nghién ciru gan day
tr Thai Lan (Viprakasit, 2013) cling ghi nhan
45% bénh nhi thalassemia trén 2 tudi c6 sy
sut gidm dang ké ferritin sau 12 thang diéu tri
v&i DFP 79 mg/kg/ngay. D liéu ttr nghién cru
da trung tam DEEP-2 (2020) & chau Au, thr
nghiém 1am sang I&n nhét vé thubc thai sat
duwong ubng & tré em, ciing khéng dinh kha

nang lam giam ferritin cia DFP.™ Tuy nhién,
sau 6 thang diéu tri, du ferritin huyét thanh cé
xu hwéng gidm (trung binh 1818,99 + 988,39
ng/ml), mirc nay van con cao. Do thdi gian
theo d&i con han ché, ching t6i nhan thay can
thiét phai tdng cwong diéu tri, xem xét phdi
hop truyén mau va theo doi sat sao dé diéu
chinh lidu thudc thai sat mot cach tdi wu cho
trng bénh nhan.

Cac nghién ctru khac ciing goi y rang hiéu
qua thai sat cé thé phu thudc vao liéu lwong. Vi
vay, viéc theo ddi va can nhac lwa chon liéu phu
hop nhét cho tirng ca nhan la rat quan trong.
Hon nira, can nhan thére rdng & nhitng bénh
nhan cé ndng do ferritin trwédc diéu tri qua cao,
viéc dwa ferritin v& mc <1000 ng/ml c6 thé 1a
mot muc tiéu khé khan va tén thei gian. Do do,
dbi v&i nhém bénh nhan nay, muc tiéu diéu tri
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ban dau thuwc t& hon 1a gidm ferritin xuéng du&i
2500 ng/ml, mét ngwdng da dwoc chirng minh
c6 kha nang cai thién tién lwong tim mach &
bénh nhan thalassemia.’®

O ngwdi binh thuweng, LIC dao déng 0,17-1,8
mg/g gan khé. Bénh nhan thalassemia can duy
tri LIC tir 3 dén < 7 mg/g gan khé nhe thai sét.
Chi s6 LIC cé y nghia tién lwong & bénh nhan
thalassemia: LIC > 15 mg/g gan kho tién Ilwong

nguy co tim mach va t& vong tang. Nghién
clu clia ching tdi cho thdy sau 6 thang diéu
tri DFO + DFP, LIC & bénh nhan thalassemia
gidm trung binh 1,21 mg/g gan khé, gidm nhiéu
hon & nhém ¢é LIC ban d&u = 15 mg/g gan kho
(3,37 mg/g gan kho so v&i 1,02 mg/g gan kho &
nhém LIC < 15 mg/g gan khé). Ty 1& nhiém sét
gan nang giam dang ké tir 15,2% xubng 2%.

Bang 8. So sanh hiéu qua diéu tri v&i nhiém sat tai gan

(i o e 2. Thoigian
Tac gia nghién ciru boi twong LIC trwée diéu tri  LIC sau dieu tri i ..
danh gia
Cordelia (2010) B-thal thé nang 29,8 +£17,5 20,1+17,5 1 nam
Dao Thi Thiét (2012) Thalassemia 22,96 + 6,7 17,7+5,6 1 nam
Nguyén Thi Hong Hoa . L 5
B-thal thé nang 21,5+8,5 11,3+6,6 2 nam
(2015)
Pham Thj Thuan (2022) Thalassmeia 15,7+7,8 11,2 +5,03 1 nam
Chung téi Thalassemia 11,06 £ 3,17 9,85 £ 3,04 6 thang

T& bang so sanh cé thé thay, nghién ctru
clia chung t6i ¢é LIC ban dau th4p hon va thoi
gian theo déi diéu tri ngan hon, dan dén mic
gidm LIC tuyét déi thdp hon, nhwng hiéu qua
thai sét van rd rét, doi hoi theo doi va diéu tri
dai hon.

DPang chu y, bénh nhan c6 ferritin ban dau
> 2500 ng/ml c6 m&c gidm LIC nhiéu hon so
v&i nhém ferritin thdp hon (2,15 mg/g gan khd
so v&i 1,01 mg/g gan khé, p < 0,05) (bang 6).
Két qua cla ching t6i twong tw nhw nghién ciru
GPO-L-ONE trén 73 bénh nhi thalassemia phu
thudc truyén mau dwoc thai st bang DFP &
Théi Lan - 2013, cho thay c6 gidm LIC & 45,2%
bénh nhan dap trng gidm ferritin huyét thanh
(SF)."® Diéu tri thai sat bang phdi hop thubc thai
sat co hiéu qua 1am gidm ndng dd sét trong gan
(LIC) ctia bénh nhan thalassemia & tat ca cac
thé bénh sau 6 thang so véi thoi diém truéc
do, khac biét co y nghia thdng ké véi p < 0,05
(bang 5).

Nghién clru 6 thang ghi nhan mét sé tac
dung phu nhe, thoang qua nhw nhiém trung
tai vj tri tiém (5 bénh nhan), dau khép (5 bénh
nhan), mé day, sbt, gidm bach ciu hat, dau
bung, réi loan tiéu hda... twong tw cac nghién
ctu khac va khéng can nging diéu tri. Cac
nghién ctru DEEP-1 (tré 1 - 6 tudi) va DEEP-3
(tré trung binh 8,5 tudi) ciing cho thay DFP an
toan & tré em, v&i tac dung khéng mong muén
thwdrng gap la gidm bach cau hat (8,4% & bénh
nhan khéng cét lach trong DEEP-3) va rdi loan
tiéu héa (0,3% - 3,4%). Gidm bach cau hat can
theo déi sat sé lwong bach cau trung tinh, dic
biét & bénh nhan chuwa cat lach. Céac tac dung
khéng mong mudn thwdng cai thién khi ngirng
hoac gidm liéu DFP.4 Nhin chung, diéu tri thai
sat DFO + DFP duwong ubng hiéu qua trong
giam nhiém sat gan, tim va ferritin, an toan voi
tac dung phu nhe. Tuy nhién, cai thién nhiém
sat & cac tang thuwong cham (déc biét tai tim),
can didu tri kién tri va theo déi dinh ky bang
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Nghién ctu 6 thang vé phac d6 phdi hop
DFO va DFP trén 46 bénh nhan thalassemia
cho thay: Ti I& dap &ng diéu tri la 60,9%. Nong
do ferritin huyét thanh gidm trung binh 161,12
ng/ml. Bénh nhan co ferritin ban dau cao (>
2500 ng/ml) ¢ mic gidm ferritin nhiéu hon.
Ty l& bénh nhan nhiém st nang va trung binh
giam theo ferritin va LIC (ti 1&é bénh nhan nhiém
sat nang LIC > 15 mg/g gan kho gidm dang ké
tr 15,2% xubng 2%). LIC gidm trung binh 1,21
mg/g gan khé, bénh nhan cé LIC ban dau cao
(> 15 mg/g gan khd) cé mirc gidm nhiéu hon.
Phéac db diéu tri phéi hop 2 thubc cho thay an
toan, dung nap tét, tdc dung phu nhe va thoang
qua trén Iam sang.
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Summary

REVIEW OF THE RESULTS OF COMBINED IRON
CHEMOTHERAPY WITH DEFERIPRONE AND DEFEROXAMINE IN
CHILDREN WITH THALASSEMIA AT SAINT PAUL HOSPITAL

Thalassemia is a common hereditary hemolytic anemia in the world as well as in Vietham, requiring
regular blood transfusions with consequences of severe iron overload and iron accumulation in vital
organs such as heart and liver. The study was conducted at the Saint Paul General Hospital on 46
thalassemia pediatric patients with indications for iron chelation treatment participating in the study
from March 1, 2023 to October 30, 2023. All patients received oral daily dose of 75 mg/kg Deferiprone
at home in combination with monthly intravenous dose of 25 - 35 mg/kg for 5 days of Deferoxamine
in the hospital. Pre and post therapeutic gradients of serum ferritin and LIC levels were used as
indicators of chelation therapy. The objective of the study was to evaluate the treatment efficacy of
iron chelation therapy in children with Thalassemia at Saint Paul General Hospital by combining daily
oral Deferiprone and monthly IV Deferoxamine in 5 days, using liver iron concentration (LIC) and
serum ferritin (SF) levels as indicators. The results of the study showed that: Post-treatment serum
ferritin (SF) decreased by 10 - 20% compared to baseline ferritin levels (p < 0.05). In average, LIC
significantly reduced of 1.21 mg/g dry liver weight (p < 0.05). In this preliminary study, the chelation
therapy in children with severe iron overload using a combination of Deferiprone and Deferoxamine
significantly reduces serum ferritin and liver iron concentration after 6 months of treatment, worthy
to further investigate in an ongoing study with large size in order to confirm the efficacy of this
therapeutic modality.

Keywords: Children with Thalassemia, iron overload, iron chelation therapy, oral Deferiprone,
I.V. Deferoxamine.
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