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Scope of Talk

• Why do we need to monitor quality of life (QoL) in hemophilia?

• How to monitor QoL in hemophilia?

• Evidences of QoL in hemophilia in resource-limited countries 
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The Evolution of Hemophilia Treatment 

Mannucci PM. Haematologica 2020.



Bleeding Symptoms in Hemophilia

• Hemarthrosis (70-80%) and muscle/soft tissue bleeding (10-20%) are 
hallmarks of hemophilia

• Life-threatening bleeding (5-10%)

• CNS bleeding (< 5%)

• GI bleeding

• Iliopsoas bleeding 

• Neck/throat bleeding

WFH Guidelines for the Management of Hemophilia, 3rd ed. Haemophilia 2020.



Current Aim for Hemophilia Care – HCPs’ View

• Prophylaxis in hemophilia consists of regular administration of 
therapeutic products aimed at maintaining hemostasis to prevent 
bleeding, especially joint hemorrhages, which would lead to 
arthropathy and disability.

WFH Guidelines for the Management of Hemophilia, 3rd ed. Haemophilia 2020.



Current Aim for Hemophilia Care – Patients’ 
View

Skinner MW, et al. Haemophilia 2020.



How Can We Evaluate The Treatment? 

Outcomes Measures

Survival Mortality rate

Joint 
impairment

• Annual bleeding rate (ABR)
• Annual joint bleeding rate 

(AJBR)
• Annual spontaneous joint 

bleeding rate
• Number of target joints

Decreased number = Better outcomes 

Skinner MW, et al. Haemophilia 2020.



Current Aim for Hemophilia Care – HCPs and 
Patients’ View

• Prophylaxis in hemophilia consists of regular administration of 
therapeutic products aimed at maintaining hemostasis to prevent 
bleeding, especially joint hemorrhages, which would lead to 
arthropathy and disability.

• Prophylaxis should enable people with hemophilia to lead healthy 
and active lives including participation in most physical and social 
activities (at home, school, work, and in the community), similar to 
the non-hemophilic population.

WFH Guidelines for the Management of Hemophilia, 3rd ed. Haemophilia 2020.



Current Aim for Hemophilia Care – Patients’ 
View

Skinner MW, et al. Haemophilia 2020.

How Do We Evaluate 
These Outcomes?
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What Is Quality of Life?

• An individual's perception of their position in life in the context of 

• Culture and value systems in which they live 

• In relation to their 

• Goals 

• Expectations 

• Standards 

• Concerns

https://www.who.int/tools/whoqol



Model of Care in Chronic Diseases

http://www.who.int/classifications/icf/en/
Blanchette VS, et al. Haemophilia 2014.  

Health-
related 

quality of life

http://www.who.int/classifications/icf/en/


Tools of Outcome Measures

• Generic outcome measures (for 
any diseases)
• Necessary to compare 

outcomes across different 
populations and interventions

• Disease-specific outcome 
measures

• Special states and concerns of 
diagnostic groups 

• May be more sensitive for the 
detection and quantification of 
small changes that are important 
to clinicians or patients.

Patrick DL & Deyo RA. Med Care 1989 .

• Needed of validity, reliability, and 
responsiveness of generic and disease-
specific measures in the same 
population and in minority and age-
specific groups



Tools of Outcome Measures

• Generic outcome measures (for 
any diseases)
• EQ5D5L
• PedsQL
• SF36
• etc.

• Disease-specific outcome 
measures
• Gilbert score
• HJHS
• Imaging
• FISH
• HAL
• PedHAL
• COPM
• Haem-A-QoL
• etc.

Measured by 
• History taking and interviewing
• Physical examination
• Investigations (imaging)
• Observation 
• Self-report  

Fischer K, et al. Haemophilia 2017.



EQ5D5L

• Euro Group Quality of Life (EQ)-5 
Dimensions (5D)-5 Levels (5L)
• 5D: mobility, self-care, usual 

activities, pain/discomfort and 
anxiety/depression

• 5L: no problems (1), slight problems 
(2), moderate problems (3), severe 
problems (4) and extreme problems 
(5)

• Converted score
• -1 (worse than dead) – 0 (worst 

health) – 1 (best health)
• Adults and children aged 8-16 

years

• Visual analog scale (VAS)

https://www.hitap.net/documents/163650
https://euroqol.org/information-and-support/euroqol-instruments/eq-5d-5l/ 

Score: 0 (worst health) -100 
(best health)

https://www.hitap.net/documents/163650
https://euroqol.org/information-and-support/euroqol-instruments/eq-5d-5l/


PedsQL

• 23 items in the PedsQL comprise four 
Generic Core Scales

• Physical functioning (8 items)

• Emotional functioning (5 items)

• Social functioning (5 items)

• School functioning (5 items)

• Psychosocial Health Summary Score and 
Physical Health Summary Score as well 
as a Total Scale Score

• Score 0 (worst health) – 100 (best health) 

• Two types: 
• Parents (the proxy report) 

• Aged 2-4, 5-7, 8-12, and 13-18 
years

• Children (the self report)
• Aged 5-7, 8-12, and 13-18 years

• 5 scales: 0 (“Never” = 100), 1 (“Almost 
Never” = 75), 2 (“Sometimes” = 50), 3 
(“Often” = 25), 4 (“Almost Always” = 0)

• Condition-specific modules available e.g. 
cerebral palsy, cystic fibrosis 

https://www.corc.uk.net/outcome-experience-measures/paediatric-quality-of-life-pedsql/



SF36

• 36-Item Short Form Survey

• RAND 

• Score of each individual scale 

• 0 (lowest health) – 100 (highest health)

• Adult aged > 18 years

Item numbers Change original response category * To recoded value of:

1, 2, 20, 22, 34, 36 1 → 100

2 → 75

3 → 50

4 → 25

5 → 0

3, 4, 5, 6, 7, 8, 9, 10, 11, 12 1 → 0

2 → 50

3 → 100

13, 14, 15, 16, 17, 18, 19 1 → 0

2 → 100

21, 23, 26, 27, 30 1 → 100

2 → 80

3 → 60

4 → 40

5 → 20

24, 25, 28, 29, 31 1 → 0

2 → 20

3 → 40

4 → 60

5 → 80

6 → 100

32, 33, 35 1 → 0

2 → 25

3 → 50

4 → 75

5 → 100
https://www.rand.org/health-care/surveys_tools/mos/36-item-short-form.html

https://www.rand.org/health-care/surveys_tools/mos/36-item-short-form/scoring.html 

https://www.rand.org/health-care/surveys_tools/mos/36-item-short-form.html
https://www.rand.org/health-care/surveys_tools/mos/36-item-short-form/scoring.html


Model of Care in Hemophilia

Hemophilia

HJHS & imaging FISH, HAL & 
pedHAL

http://www.who.int/classifications/icf/en/
Blanchette VS, et al. Haemophilia 2014.; Fischer K, et al. Haemophilia 2017.

 

HAL & 
pedHAL 

HaemaQoL 
& CHOKLAT

Economics

http://www.who.int/classifications/icf/en/


Tools Available in Thai Language

• Hae-A-QoL

• Haemo-QoL

• CHO-KLAT

• PROBE



Health-related QoL 

Domain Tools Clinical use Research Comments

Health-
related 
QoL

HAEM-A-QoL 
(adults) and 
Haemo-QoL 
(pediatrics)

Optional/
recommended

Mandatory by 
each of these 
tools

• Translated and linguistic 
validated (77 languages), but 
partially validated in some 
languages (24 languages)

• Short and full pediatric version 
for all three groups (4-7, 8-12 
and 13-16 years)

CHO-KLAT 
(only 
pediatrics)

Optional/
recommended

• Validation was done in all 
available 8 languages (4-18 
years) for children and parents

H-FIT (family 
burden)

Optional/
recommended

Optional/
recommended

• Validation in different languages 
is performing

Manco-Johnson M, et al. 2020.; Usuba K, et al. Res Pract Thromb Haemost 2019.
https://haemoqol.de/questionnaire/download/#all; Dover S, et al. Res Pract Thromb Haemost 2021.

https://haemoqol.de/questionnaire/download/#all


HAEM-A-QoL

• 10 domains

• 46 items

• Adults aged ≥ 17 years

• 0 (lowest impaired QoL = best 
QoL) – 100 (highest impaired 
QoL = worst QoL)

Wyrwich KW, et al. Haemophilia 2015.



Haemo-QoL

• Children I: 8 subscales, 21 items, only 3 choices – conducted as an 
interview

• Children II: 9 subscales, 64 items, 5 choices – self-reported
• Adolescent III: 11 subscales, 77 items, 5 choices – self-reported
• Short version of Children II and Adolescents III 9 subscales, 35 items, 

5 choices – self-reported
• Scoring: 0 (high QoL) to 100 (low QoL)

https://haemoqol.de/scoring/scoring-list/



Canadian Hemophilia Outcomes–Kids’ Life Assessment Tool 
(CHO-KLAT) and Hemophilia Family Impact Tool (H-FIT)

• CHO-KLAT (current 
version 3)

• Parent-proxy report 
and self-report

• Boy aged 7-18 years

• 40 items, 7 domains

• 0 (worst QoL) – 100 
(best QoL) 

H-FIT

• Parent-proxy report only

• 16 items, 4 domains

• 0 (most burden) – 100 (least burden) 

Price VE, et al. Res Pract Thromb Haemost 2021.
Dover S, et al. Res Pract Thromb Haemost 2021.



Patient Reported Outcomes (PROs)

• PROBE (Patient Reported Outcomes Burdens and Experiences) 
questionnaire 

• Four major sections (demographic data, general health problems, 
haemophilia-related health problems and health-related quality of life 
using EQ-5D-5L and EQ-VAS)

• The pilot study of the PROBE Project recruited 656 participants. 

• 71% completed the questionnaire within 15 min, and all participants 
completed within 30 min. 

• Over 30 languages available

Skinner M, et al. Pilot Feasibility Stud 2018.



Scope of Talk

• Why do we need to monitor quality of life (QoL) in hemophilia?

• How to monitor QoL in hemophilia?

• Evidences of QoL in hemophilia in resource-limited countries 



How to Enhance QoL in Hemophilia

• Access to treatment

• Switch from episodic treatment to prophylaxis (even low dose 
prophylaxis)

• Establish multidisciplinary care

• Change to better hemostatic agents

• Cure



Model of Care in Hemophilia

Hemophilia

HJHS & imaging FISH, HAL & 
pedHAL

http://www.who.int/classifications/icf/en/
Blanchette VS, et al. Haemophilia 2014.; Fischer K, et al. Haemophilia 2017.

 

HAL & 
pedHAL 

HaemaQoL 
& CHOKLAT

Economics

http://www.who.int/classifications/icf/en/


How to Enhance QoL in Hemophilia in 
Resource-constrained Countries
• Access to treatment: health care professionals with patient group 

collaborate with the government, humanitarian aids

• Switch from episodic treatment to prophylaxis: start with low dose 
prophylaxis

• Establish multidisciplinary care: still need less budget but require 
more advocacy

• Change to better hemostatic agents: may be possible with lower dose 
than clinical trials (e.g. low-dose extend half-life factor concentrate, 
low-dose emicizumab) 

• Cure: only when clinical trials are available now



Hemophilia Data in Thailand 
(upper middle-income country, UMIC)

Annual global survey, WFH. 2022. 



Hemophilia Data in Thailand

• Annual global survey reported 
by WFH 2022 

• Total 2011 persons with 
hemophilia

Hemophilia A
88% (1778)

Hemophilia B
12% (233)
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WFH Guidelines for the Management of Hemophilia, 3rd ed. Haemophilia 2020.
32



Evidences of QoL in Hemophilia in Thailand
ผู้วจัิย (ปี ค.ศ. ที่
ท ำกำรศึกษำ)

กลุ่มประชำกรทีศึ่กษำ วธีิกำรป้องกนัหรือรักษำโรคฮี
โมฟีเลยี

เคร่ืองมือวดัคุณภำพชีวติที่
ใช้

ผลกำรศึกษำ

นัทธี นำคบุญน ำ และ
คณะ (2022)

ผูป่้วยโรคฮีโมฟีเลีย เอ 
และ บี ท่ีมีอาย ุ8-25 ปี
และมีความรุนแรงปาน
กลางและมาก

การใหแ้ฟคเตอร์เขม้ขน้ 5-10 ยู
นิต/กก. 1-2 คร้ังต่อสัปดาห์ เทียบ
กบัการรักษาเฉพาะเม่ือมีอาการ
เลือดออก

- Haemo-QoL ส าหรับผูป่้วย
อาย ุ8-16 ปี

- Haem-A-QoL ส าหรับ
ผูป่้วยอาย ุ17-25 ปี

- ผูป่้วยท่ีมีอาย ุ8-16 ปีและความรุนแรงมากท่ีไดรั้บแฟคเตอร์ป้องกนั
เลือดออกในขนาดต ่ามีคุณภาพชีวติดีกวา่กลุ่มไดรั้บการรักษาเวลามีอาการ
เลือดออก (p-value = 0.036) ในเร่ืองร่างกาย ครอบครัว กีฬา/งานอดิเรก
และการรักษา (p-value < 0.05) 

อรุโณทยั รักมโนธรรม
และคณะ (2023)

ผูป่้วยโรคฮีโมฟีเลีย เอ 
ท่ีมีอาย ุ7-25 ปีและมี
ความรุนแรงปานกลาง
และมากและมีอาการ
เลือดออกรุนแรง

การใหแ้ฟคเตอร์แปดเขม้ขน้ท่ีมี
ค่าคร่ึงชีวติมาตรฐาน (standard 
half-life) ตามน ้าหนกัตวั เทียบกบั
การใหแ้ฟคเตอร์แปดเขม้ขน้ท่ีมี
ค่าคร่ึงชีวติยาวตามเภสัช
จลนศาสตร์ (pharmacokinetics)

- Haemo-QoL ส าหรับผูป่้วย
อาย ุ8-16 ปี

- Haem-A-QoL ส าหรับ
ผูป่้วยอาย ุ17-25 ปี

- ผูป่้วยกลุ่มท่ีไดรั้บแฟคเตอร์แปดเขม้ขน้ท่ีมีค่าคร่ึงชีวติยาวตามเภสัช
จลนศาสตร์ท่ีคุณภาพชีวติท่ีดีกวา่กลุ่มท่ีไดรั้บแฟคเตอร์แปดเขม้ขน้ท่ีมีค่า
คร่ึงชีวติมาตรฐาน

ชลธิศ ศรีชุมพวง และ
คณะ (2024)

ผูป่้วยโรคฮีโมฟีเลีย เอ 
ท่ีมีอาย ุ7-25 ปีและมี
ความรุนแรงปานกลาง
และมากและมีอาการ
เลือดออกรุนแรง

การใหแ้ฟคเตอร์แปดเขม้ขน้ท่ีมี
ค่าคร่ึงชีวติยาวตามเภสัช
จลนศาสตร์ร่วมกบัการออกก าลงั
กายแบบเฉพาะบุคคล 
(individualized exercise 
protocol)

- Haemo-QoL ส าหรับผูป่้วย
อาย ุ8-16 ปี

- Haem-A-QoL ส าหรับ
ผูป่้วยอาย ุ17-25 ปี

- ผูป่้วยกลุ่มท่ีไดรั้บแฟคเตอร์แปดเขม้ขน้ท่ีมีค่าคร่ึงชีวติยาวตามเภสัช
จลนศาสตร์ท่ีคุณภาพชีวติท่ีดีข้ึนภายหลงัไดรั้บการออกก าลงักายเฉพาะ
บุคคล

Narkbunnam N, et al. J Hematol Transfus Med 2022.; Rakmanotham A, Haemophilia 2023. ; Srichumpuang C, et al. Orphanet J Rare Dis 2024.



Health-related quality of life, and burden of caring for, 
Thai patients with hemophilia using the Canadian 

Hemophilia Outcomes–Kids’ Life Assessment Tool v3.0 
and Hemophilia Family Impact Tool

Acknowledgment This study is supported by the Access to Insight Grant.
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Summary

• Why do we need to monitor quality of life (QoL) in hemophilia? As we 
try to turn the people with hemophilia to live normal life as much as 
possible. 

• How to monitor QoL in hemophilia? By using validated generic or 
hemophilia-specific tool

• Evidences of QoL in hemophilia in resource-limited countries: 
Increased access to treatment, start low-dose prophylaxis, establish 
multidisciplinary care within the possible budget
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