
 
 

 
 

 

 

AB



 
 

 x 

AVIIIB

IX

HTA



 
 

 

 

                                                       
QALY 
Threshold 



 

Abstract 

Introduction: Hemophilia is a hereditary X chromosome related coagulation disease with 

a prevalence of approximately 1 in 10,000. There is two type of hemophilia: type A 

(coagulation factor VIII deficiency) and type B (coagulation factor IX deficiency). Depending 

on the coagulation factor deficiency, hemophiliacs are classified into mild, moderate and 

severe group. Since hemophilia results in complications that cause disability and cost a lot, 

correct treatment approach will considerably reduce complications. There is two hemophilia 

treatment method: On-Demand treatment and prophylaxis treatment. In On-demand strategy, 

the coagulation factor is only injected in response to acute bleeding, joint pain, and movement 

constraints. But, in prophylaxis method; the concentrated factor is injected in a regular and 

long-term plan to prevent bleeding. The aim of this study was to evaluate prophylaxis method 

in severe hemophilia treatment by means of Health Technology Assessment (HTA). 

Methods: In the health technology assessment approach, severe hemophilia treatment with 

prophylaxis in the health system of the country, is assessed in five dimensions of safety, 

effectiveness, economic, ethical and organizational. In this study we used systematic review 

and meta-analysis to safety and efficacy assessment and results assessed by means of annual 

bleeding rate (ABR), adverse effects (AE) and severe adverse effects (SAE). For economic 

evaluation, the Markov model was used to simulate the costs and outcomes of prophylaxis 

treatment compared to the on-demand treatment, and the results were analyzed using an 

incremental cost-effectiveness ratio. For ethical and organizational evaluation, a questionnaire 

including various aspects of ethical and organizational issues was given to oncologists and 

general physicians involved in hemophilic treatment. Content analysis was used to analysis 

received responses. 

Results: the ABR, AE and SAE was less in patients treated by prophylaxis than those who 

traded by on-demand. In economic evaluation in perspective of the health system, ICER was 

identified as cost-effective with prophylaxis treatment with values of 247157528 Rials (58850 

$) per QALY and located in the northeastern regions of acceptability plane, below the 

threshold. In ethical evaluations, there was no issue with ethical principles regarding the use 

of prophylaxis. In the organizational evaluation section, improve in equipment of medical 

nvolved in treatment, inter-segment 



 
coordination between the Ministry of Health, insurance organizations and pharmaceutical 

partners, is needed.  

Discussion: According to the results of safety, efficacy and cost-effectiveness studies, the 

use of prophylaxis for all patients with severe hemophilia for life time, seems to be more 

rational and cost-effective. Information from ethical and organizational assessments suggests 

that policymakers and relevant authorities should follow equipping health centers, educating 

patients and families and personnel involved in the treatment of hemophilic patients in their 

plan seriously. Inter-segment coordination between the Ministry of Health, insurance 

organizations and pharmaceutical companies should be maintained and even further increased 

to reduce drug supply concerns and costs for patients.  

Keyword: On-demand treatment, Prophylaxis, cost-effectiveness, Health Technology 

Assessment, severe hemophilia, safety and efficacy 
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