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MASAC Recommendation Concerning Prophylaxis
(Regular Administration of Clotting Factor Concentrate to Prevent Bleeding)

The following recommendation was approved by the Medical and Scientific
Advisory Council (MASAC) on November 3, 2007, and adopted by the NHF
Board of Directors on November 4, 2007.

In view of the demonstrated benefits of prophylaxis (regular administration of clotting factor to
prevent bleeding) begun at a young age in persons with hemophilia A or B, MASAC recommends
that prophylaxis be considered optimal therapy for individuals with severe hemophilia A or B (factor
VIII or factor 1X <1%). (1-4) Prophylactic therapy should be instituted early (prior to the onset of
frequent bleeding), with the aim of keeping the trough FVIII or FIX level above 1% between
doses. This can usually be accomplished by giving 25-50 FVIII units/kg three times per week or
every other day (5), or 40-100 FIX units/kg two to three times weekly. It is also recommended
that individuals on prophylaxis have regular follow-up visits to evaluate joint status, to document
any complications, and to record any bleeding episodes that occur during prophylaxis.

There are no clear cut guidelines as to when to stop prophylaxis. Joint bleeds with subsequent joint
destruction are a lifelong problem for these individuals. (6) Therefore, they may continue to benefit
from prophylaxis throughout their life.

As always, a careful analysis of health risks and benefits must be performed by consumers and their
health care providers. After a thorough discussion with their medical team, persons with hemophilia
and their families should decide if prophylaxis is appropriate for them or their child. This decision
should be evaluated periodically, particularly in light of emerging data and changes in bleeding and
clotting factor usage.

As is the case with all recommendations, MASAC will periodically reexamine this recommendation
as new data emerge.
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Appendix to MASAC Recommendation 179:

The National Hemophilia Foundation encourages persons with hemophilia and their families to
consider these recommendations within the context of comprehensive care, which emphasizes patient
and family involvement in the decision-making process, based on a thorough discussion of the risks and
benefits — medical, social, psychological, and economic — of such care. Thus, in considering
prophylaxis, the NHF encourages persons with hemophilia and their families to examine the following
issues with their medical team:

A

For parents of young children (age 1-2 years) with severe hemophilia who are being
considered for prophylaxis, the following issues should be considered:

1. Need for frequent clotting factor infusion versus joint damage and other morbidities
associated with hemophilic bleeding.

2. Potential quality of life and psychological implications.

3. Potential costs and reimbursement implications.

4. Requirement for frequent venous access, often necessitating use of a central venous
access device (such as a surgically implanted port).

5. Potential complications of such central venous access devices (see MASAC
Recommendation #115 regarding central venous access devices).

6. Possibility of other benefits and complications not yet identified.

Recombinant factor products are the most appropriate choice for prophylaxis because of
markedly reduced risk of blood-borne infections. (MASAC Document #169)

If prophylaxis is being considered for an older child, adolescent, or adult, the following
issues should be considered:

1. Current joint damage and what can reasonably be expected from prophylaxis.
2. Those considerations listed under A. above.

If prophylaxis is selected as the therapeutic regimen of choice, the responsibilities and
potential risks and benefits for the individual and the family need to be clearly delineated.
The following points should be included in discussions held with patients and families:
Frequency of infusion.

Potential quality of life and psychological implications.

Standard care for the central lines, if utilized, that the family must follow.
Frequency of comprehensive follow-up.

Statement of indications to alter or discontinue the protocol.

Occurrences that prompt an immediate physician or nurse contact.

Essential need for periodic follow-up education.

A statement of continued risk of bleeding with trauma.

An acknowledgement that there may be benefits and risks not yet identified.

CoNo~WNE

Once prophylaxis is begun, individuals may need to continue this therapy for life.
Reasons to discontinue prophylaxis include

1. Development of an inhibitor (lack of response to factor VIII or IX).

2. Patient preference with physician concurrence.
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