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collection project – HAEM-PRO, which offers information/data on Haemophilia A patients 

undergoing treatment in France, Germany, Italy and Spain. HAEM-PRO is the only database 

capturing high-quality patient-level information to understand the standard of care for Haemophilia A 

and addressing the gaps in understanding the haemophilia A market. The data for the report is 

derived from 600 patient charts in 4 countries and includes data for over 75 parameters, including 

demographic and product-related information as well as insights on growth opportunities, 

treatment evolution, and product choices.
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Haemophilia is an X-linked congenital bleeding disorder caused by the shortage of 

coagulation factor VIII (FVIII) (in haemophilia A) or factor IX (FIX) (in haemophilia B). 

The deficiency occurs due to the transformations of the corresponding clotting factor 

genes. The diagnosis and management of haemophilia are complex as it is a rare 

disorder. The estimated frequency of haemophilia is approximately one in 10,000 

births1. The prevention and treatment of bleeding with the deficient clotting factor is 

the mainstay of care for this disease. The treatment involves the use of specific factor 

concentrates for the deficiency.

The treatment plan for haemophilia depends on the severity of the condition. The two 

main approaches to treatment are1:

• Prophylaxis – Regular treatment to prevent bleeding episodes and subsequent joint
  and muscle damage

• On-demand treatment – Treatment for an episode of clinically-evident bleeding

This report provides insights on the clinical and treatment characteristics of 

haemophilia A, identifies opportunities and challenges (product performance, growth 

drivers), competitive dynamics, physician preferences, market share dynamics and 

impact of new launches along with emerging trends on dose and regimen impacting 

consumption in haemophilia A patients undergoing treatment in France, Germany, 

Italy and Spain. phamax believes that the access to such unique data will benefit clients 

to draw real-time actionable business insights on haemophilia A to facilitate decision 

making.

Executive Summary

The WFH’s (World Federation of Haemophilia’s) annual global surveys indicate that 

the number of people with haemophilia (PwH) worldwide is approximately 400,0002. 

Haemophilia A is present in one in every 5,000 male births1. The last three decades 

witnessed remarkable evolution in the treatment of haemophilia. This progress has 

altered the scenario for the rare disease from a neglected and often fatal one to a 

disorder with safe and effective treatments. Earlier, the treatment was confined to 

clotting factors derived from the human blood, which often led to infections including 

Human Immunodeficiency Virus (HIV) and/or Hepatitis C Virus (HCV)3, causing 

significant mortality.

Introduction



The existing comprehensive care of haemophilia includes the treatment of bleeding 

episodes, prophylaxis with preventive factor-replacement therapy, genetic counselling 

for patients and carriers for appropriate procreation choices, and physical and 

psychosocial health measures to improve the quality of life. The modern haemophilia 

population is skewed towards the youth, with only one in seven patients being 45 years 

or older. These young adults face unique challenges in their transition into adulthood, 

ranging from changes in their haematology care by paediatric or adult centres to 

controlling their own care. These young adults are fortunate that haemophilia 

treatment options now undergo extensive purification and viral inactivation, bringing 

the life expectancy of haemophiliacs closer to a healthy, normal adult.

Product Share by Drug Class

Replacement therapy is the mainstay to treat haemophilia A. The concentrates of 

clotting factor VIII are used in this therapy. They replace the missing or low factor. 

These factors can be:

Plasma - derived: Plasma - derived clotting factor concentrates (pdCFCs) are an 

important source of factor VIII replacement therapy despite the advent of recombinant  

products. The risk of transmission of viral infections such as HIV and hepatitis C                

(previously associated with the administration of these agents) is virtually eliminated 

with  modern  manufacturing practices. pdCFCs are considered safe and effective 

alternatives to recombinant therapy in many countries, especially developing           

countries, where the cost of recombinant agents effectively precludes their               

widespread use.

Recombinant factors: There are several preparations of recombinant factor VIII 

available for patients with haemophilia A. The development of recombinant factor VIII 

is a major step forward in treating haemophilia A. Each product has a strong safety 

record, has been available for a number of years, and is licensed in many countries. 

Each product has its proponents; randomized clinical trials comparing these products 

are unlikely. The potential improvements for recombinant factor VIII include advances 

that prevent spontaneous bleeding with fewer intravenous infusions.

New drug classes such as extended half-life factors, and non-plasma  and  topical  

products have evolved with the advancement of new technologies.
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Extended half-life factors: Though prophylaxis is very effective in preventing bleeds, 

there is a need for high infusion frequency as standard rFVIII products have a relatively 

shorter half-life. Intravenous (IV) infusion is usually needed every two to three days for 

patients with severe haemophilia A. The inconvenience of such frequent IV infusions is 

a challenge and leads to adherence problems, particularly in adolescents. Frequent 

infusion is particularly difficult in patients with poor venous access, which is often the 

case in children. Injections can be distressing for both the child and the caregiver. 

Various technologies have been introduced to extend the half-life of rFVIII. Several new 

rFVIII preparations engineered for an extended plasma half-life are available for clinical 

use and others are in development.

Non-plasma or topical products: The other forms of treatments include non-plasma 

and topical products.

HAEM-PRO data provides information on the usage of the following drug classes:

Product Share of Patients

Product Shares

Patient Share of Products
The FDA has approved various products to treat haemophilia A based on long clinical trials 

with effective results. There are still various drugs in the pipeline and under clinical trials. Certain 

frequently used drugs are shown in the following table with their respective shares.

Product Name Share Percentage (%)

ADVATE

Kovaltry

Elocta/Eloctate

ReFacto

Octanate

Other drugs

22.82% 22.82%

15.66%

15.66%

10.95%

10.95%

8.05%

8.05%

7.38% 7.38%

35.12%

35.12%

Product Name Share Percentage (%)

rFVIII new generation (2nd and 3rd)

rFVIII old generation (1st)

pd FVIII

Extended half-life products

Non-plasma and topical products

Any other drugs

37.36%

29.53%

29.53%

16.55%

16.55%
11.63%

11.63%

2.24%

2.24%

2.68%

2.68%

RFVIII New generation

RFVIII Old generation

Plasma-derived FVIII

Extended-Half Life Factor

Non-plasma and topical products

Any other drugs

ADVATE

Kovaltry

Elocta/Eloctate

ReFacto

Octanate

Others

37.36%

Product Name - Prophylaxis Care.



Overall Product Share According to Regimen
A replacement therapy is used when the patient is in dire need, i.e., when there is 

bleeding. This need-based treatment is called on-demand therapy. An assessment is 

vital during an episode of acute bleeding to identify the site of bleeding and administer 

the appropriate clotting factor.

Prophylaxis is the regular and continuous infusion of factor concentrates to prevent 

anticipated bleeding. The goal of prophylaxis therapy is to preserve normal 

musculoskeletal function by preventing bleeding and joint damage. The cost of the 

treatment is the biggest barrier to long-term prophylaxis. Prophylaxis requires 

significant allocation of resources dedicated to haemophilia care. However, it eliminates 

the high costs associated with the subsequent management of damaged joints and 

improves the quality of life. It is cost-effective in the long run. Lower doses of 

prophylaxis are given more frequently in countries with resource constraints.4

The following table shows the various drugs used for the two regimens. 

On-demand care

Prophylaxis care

Product Name Share Percentage (%)

ADVATE

Kovaltry

ReFacto

Octanate

Helixate FS

Other drugs

24.48% 24.48%

13.99%

13.99%

12.59%

12.59%

6.29%

6.29%

6.29% 6.29%

31.85%

Product Name Share Percentage (%)

ADVATE

Kovaltry

ReFacto

Octanate

Helixate FS

Other drugs

22.95%

16.44%

14.73%

7.88%

6.16%

31.85%

31.85%

22.95%

16.44%

14.73%
7.88%

6.16%

31.85%

ADVATE

Kovaltry

Elocta/Eloctate

Octanate

Novoeight

Other Drugs

ADVATE

Kovaltry

ReFacto

Octanate

Helixate FS

Other Drugs



Overall Product Share According to Age Group

The life expectancy has significantly increased from 11.4 years in 1920 to a potentially 

normal life span today for people with haemophilia5. People with haemophilia now look 

forward to a normal life expectancy and excellent quality of life. The available 

replacement therapies of high-quality factor concentrates, insights into the 

management of haemophilic arthropathy and liver disease, and the improved medical 

management by specialized haemophilia treatment centres contribute to the improved 

quality of life, reduced morbidity and increased life expectancy. High-quality factor 

concentrates not only reduce the likelihood of death from haemorrhage but also 

improve the quality of life, especially through prophylactic regimens and home-based 

treatments. This HAEM-PRO report provides data on the drugs used by different age 

groups.

Paediatric age group: Mostly prescribed drugs were Kovaltry, Octanate and ADVATE.

Adolescent age group: Mostly prescribed drugs were ADVATE, Kovaltry and Elocta/ 
Eloctate.

22,49%

19.39%

18,37%

10,20%

7,14%

6,12%

3,06%

3,06%

3,06%
2,04%

2,04% 1,02 % 1,02 %
1,02 %

Kovaltry

Novoeight

Advnovi/Advnovate

Octanate

Factane

Wilate

ADVATE

ReFacto

NovoSeven

Elocta/Eloctate

Kogenate FS

Nuwiq

Helixate FS

Afstvla

Pediatric

ADVATE

Octanate

Helixate FS

Kovaltry

Haemoctin

Fanhdi

Elocta/Eloctate

Novoeight

Adynovi/Adynovate

Hemlibra

Afstyla

ReFacto

Nuwiq

Nasal desmopressin

Adolescent

25,81%

17,74%

14,52%

8,06%

6,45%

4,84%

4,84%

3,23%

3,23%
3,23%

3,23%
1,61% 1,61% 1,61%



ADVATE

Octanate

Kovaltry

Fanhdi

Elocta/Eloctate

Iblias

ReFacto

Nuwiq

Helixate FS

Kogenate FS

Klott

Beriate

Haemoctin

OthersAfstyla

Adult
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Adult age group: Mostly prescribed drugs were ADVATE, Kovaltry, and Elocta/ Eloctate.

Factor Utilization of Recombinant FVIII in Prophylaxis Regimen

Factor dosage is the number of units needed to raise a person’s clotting factor to the 

desired level. It depends on the type of bleed. The desired number of factor units is 

based on weight. The weight of child patients must be monitored constantly during the 

regimen because their dosage changes with their growth. The following table provides 

data on the factor dosage for each drug to determine its use in prophylaxis regimen.

IU/KG of Recombinant FVIII Products

ADVATE

Adynovate

Afstyla

Eloctate

Helixate

Iblias

Kogenate

Kovaltry

Novoeight

Nuwiq

ReFacto

Product Factor Utilizaction IU/KG
35.09

67.80

41.59

40.58

32.60

22.96

41.90

37.91

34.06

46.43

36.62

23,69%

12,89%

10,45%

10,13%

6,27%

5,92%

4,88%

4,88%

3,83%

2,79%
1,74%

1,74%
1,74%

1,74% 1,39% 5,92%

Novoeight



HAEM-PRO provides plenty of relevant data on a particular drug. It helps to 

understand the drug usage trends among the population. Some derived parameters 

for ADVATE include:

Most Prescribed Dosage and Schedules

Many drugs are used in the  treatment of  haemophilia  with varying  efficacy  and  

effectiveness. The following section highlights the most frequently prescribed dosing 

patterns for ADVATE in different indications. The following table illustrates the various 

aspects of ADVATE based on the data gathered from HAEM-PRO.

Most prescribed doses and schedules for drug X

Dosing

250 IU

500 IU

750 IU

1,000 IU

1,500 IU

2,000 IU

2,500 IU

3,000 IU

3,500 IU

4,000 IU

6,000 IU

2.5%

5.7%

5.7%

8.2%

5.7%

32.9%

5.1%

27.8%

0.6%

4.4%

1.3%

N/A

N/A

Thrice a week

Thrice a week

Thrice a week

Thrice a week

Twice a week

Twice a week

N/A

Thrice a week

N/A

On-demand

On-demand

Prophylaxis

Prophylaxis

Prophylaxis

Prophylaxis

Prophylaxis

Prophylaxis

On-demand

Prophylaxis

On-demand

Proportion

ADVATE
Most Prescribed

Frequency Indication



Profiles of Patients on ADVATE

The HAEM-PRO data helps to understand the various patient profiles on a particular 

drug, their age groups, severity, regimen and number of bleeds. The detailed 

information on a particular drug is crucial to analyse the market for the drug. It is as 

follows (a representation):

A typical profile of a patient on ADVATE is one who has the severe form of the disease (56%).

• Most were adults (28%) 

The next common profiles (28%) had moderate disease.

• 10% adults and 12% paediatric

• 48% were adults among all the patients.

• 62% patients on ADVATE had more than one bleed and 38% had no bleeds during data capture.

Profiles of patients on drug X

Mild

Mild

Mild

Moderate

Moderate

Moderate

Moderate

Moderate

Moderate

Severe

Severe

Severe

Severe

Severe

Severe

Severe

Severe

Paediatric

Adolescent

Adult

Paediatric

Paediatric

Adolescent

Adolescent

Adult

Adult

Paediatric

Paediatric

Paediatric

Adolescent

Adult

Adult

Adult

Adult

On-demand

On-demand

On-demand

On-demand

Prophylaxis

On-demand

On-demand

On-demand

Prophylaxis

On-demand

Prophylaxis

Prophylaxis

Prophylaxis

On-demand

On-demand

Prophylaxis

Prophylaxis

1-12

1-12

1-12

1-12

1-12

0

1-12

1-12

0

0

0

1-12

0

1-12

›12

0

1-12

4%

2%

10%

8%

4%

4%

2%

8%

2%

2%

10%

4%

12%

2%

2%

8%

16%

Severity Age Group Regimen Bleeds Percentage of
Patients (%)



Profiles of Patients Who Switched

The HAEM-PRO study assessed haemophilia A patient characteristics, health histories 

and reasons for switching from all perspectives. Real-world evidence furnished insights 

on the effective therapeutic management of patients with haemophilia A, and the 

switching drives from the patient, physician and drug perspectives.
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The following is an illustration of the information gathered on product switching:

• A typical profile of a patient who switched is one who is an adult (65%), has the severe

   form of the disease (27%) and is on prophylaxis regimen (18%)

• The next common profile is a paediatric patient (21%) who has severe disease (18%) 

• 60% had the severe form of the disease and 57% were on prophylaxis regimen

• 70% patients on ADVATE had more than one bleed and 30% had no bleeds during data

   capture

Profiles of patients who switched products

Paediatric
Paediatric
Paediatric
Paediatric
Adolescent
Adolescent
Adult
Adult
Adult
Adult
Adult
Adult
Adult
Adult
Adult
Adult
Adult

Moderate
Severe
Severe
Severe
Severe
Severe
Mild
Mild
Moderate
Moderate
Moderate
Moderate
Severe
Severe
Severe
Severe
Severe

Episodic
Episodic
Prophylaxis
Prophylaxis
Prophylaxis
Prophylaxis
Episodic
Episodic
Episodic
Episodic
Prophylaxis
Prophylaxis
Episodic
Episodic
Prophylaxis
Prophylaxis
Prophylaxis

1 to 12
0
0

1 to 12
0

1 to 12
0

1 to 12
0

1 to 12
0

1 to 12
1 to 12

›12
0

1 to 12
›12

NA
NA
NA

 0 to 1
NA

3 to 4
0

NA
NA
NA

12
0 to 6

NA
13
0
1

NA

2.9%
2.9%
2.9%
11.8%
5.9%
8.8%
5.9%
8.8%
2.9%
11.8%
2.9%
5.9%
5.9%
2.9%
5.9%
8.8%
2.9%

Age Severity Regimen Bleeds Joint Bleeds Percentage of
Patientes (%)
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