Explornng haemophilia
prophylaxis

Yuhsuan Lin (Yoshi)

One of the most memorable sessions at WFH 2024
World Congress focused on the optimal dosage

of prophylaxis treatment for individuals with
haemophilia, highlighting the importance of this
treatment in preventing bleeding episodes and joint
damage. Discussions included varying dosages and
frequency of prophylaxis, emphasizing the need for
tailored approaches based on individual needs.

How much prophylaxis is enough?

Chairs ~ Manuela Carvalho, Portugal;
Emna Guider, Tunisia

Adequacy of prophylaxis - What should be the
target? ~ Jan Blatny, Czech Republic

The role of prophylaxis in personalized medicine

~ Manuel Carcao, Canada

Low-dose emicizumab ~ Veena Selvaratnam,
Malaysia

In the session, the speakers mentioned that
prophylaxis treatment dosages for individuals

with haemophilia vary across different countries,
with more economically developed countries often
offering higher doses and more frequent treatments
due to better access to resources and healthcare
infrastructure. In contrast, lower-income countries
may struggle to provide adequate dosages, resulting
in less effective management of haemophilia and
increased risk of complications. This disparity
underscores the importance of addressing
healthcare inequities to ensure all individuals have
access to optimal prophylaxis treatments regardless
of their economic situation.

Dr Jan Blatny, a consultant haematologist from
Czech Republic, summarised the history of the goal
and focus of haemophilia treatment to the present day.

The initial haemophilia treatment goal was to
respond to acute bleeds, often with episodic
treatment. Then prophylaxis with a target of
a factor level greater than 1% was introduced

to reduce bleeding for patients with a severe
phenotype, and later an increased target of a factor
level above 3-5% was introduced to prevent bleeds
and preserve joint health. He saw the evolution

of treatments as moving from reducing bleeds
towards eliminating bleeds.

I see this evolution of haemophilia treatment

as being corelated to prevention as the core

of health care. This is a crucial component of
promoting overall well-being and reducing the
burden of disease. It involves strategies aimed

at preventing the occurrence or progression of
illnesses through actions such as screenings, healthy
lifestyle behaviours, and early interventions. By
focusing on prevention, healthcare systems can
help individuals maintain good health, reduce
healthcare costs, and improve the quality of life
for populations. Emphasizing prevention can lead
to long-term benefits for both individuals and society.

In the WFH 2023 Comprehensive Care Summit,
Dr Maria Elisa Mancuso, a haematologist from
Italy, suggested - based on her research findings

- that prophylaxis treatment should maintain a
high factor VIII (8) trough level at 40% or above
to achieve zero bleeds and that prophylaxis
treatment should also be available for mild
haemophilia patients. However, more intravenous
infusions would be required to achieve high dose
prophylaxis, which would also mean higher cost.

Dr Blatny questioned how much prophylaxis is
enough, and are we able to achieve zero bleeds?

He presented his concept of the balancing act,
showing that health care providers need to
maintain a balance between the burden of bleeds
and the burden of treatment on quality of life. He
proposed a concept shift in treatment to hopefully
achieve zero bleeds and better quality of life by
offering treatment sustaining a high factor level,
looking to further advances in non-factor therapy,
rebalancing agents and gene therapy. >
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The balancing act

* Bleeds
* Fear of bleeds
* Reduced HRQoL

e Time taken for treatment
e Treatment-imposed
lifestyle restrictions

New therapies

altering the
balance
OO
Haemophilia free
mind
BARQWL, Health-refated quality of life

Dr Manuel Carcao, a paediatric haematologist and Before the year 2000, the practice was to put
Clinician Investigator from Canada, supported the patients on ‘one size fits all’ regimens, with
idea of commencing prophylaxis treatment as early as prophylaxis doses varying across different
possible to preserve joint health and to minimise bleeds. countries, depending on their economic status.

However, how should we achieve that with minimal
treatment burden in order to have a better quality of life?

Pre-2000: “One size fits all” regimens

CFC Prophylaxis Regimens

Low dose Intermediate dose High dose

10 U/kg 1-2/wk 20-30 U/kg 2X/wk 25-40 U/kg q2days

e }\ “  “We tend to put our patients on ...”

Sweden — High dose
Italy —intermediate dose
Tunisia - Low dose

Most of the world — None; On demand
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Dr Carcao pointed out this regimen did not always
work as well due to the individual patients’ factor
levels, genetic and mutation types, plus the status
of their joint health and levels of activity. He
presented a study by Feola G, et al. 2015, Benefits
of prophylaxis versus on-demand treatment in
adolescents and adults with severe haemophilia
A: the POTTER study which showed that patients
had different bleeding rates and responses even
when on same prophylaxis regimen. As a result,
personalised prophylaxis treatment is now seen

as the key to achieve patient centred care. That

is reflected in our clinic, where treatment options
and regimens are discussed in the yearly review
with the specialist due to lifestyle variations, social
economic status changes and bleeding episodes
since the last clinic review.

Dr Carcao suggested that prophylaxis treatment
should be started as early as possible to achieve joint
health preservation and minimise bleeds.

However, he noted that prophylaxis treatment in
haemophilia is expensive and around 80% of the
world has very little or zero access to the products.
Consequently, although low dose prophylaxis

tailored to individual needs and affordability are not
enough, they are much better than no prophylaxis.
This approach still allows patients with haemophilia
to reduce bleeding and slow the deterioration of joint
health, leading to better lives.

Non-factor treatment is an option for personalised
prophylaxis treatment, but raises questions such as
the risk of thrombosis, cost and how individuals will
handle the variety of medications when experiencing
a bleed. Is low dose non-factor treatment an option
for low to middle income countries?

Dr Veena Selvaratnam, a haematologist from
Malaysia, presented the results on her low dose
emicizumab studies, showing that low dose
emicizumab resulted in zero bleeds in 9 out of 10
patients over 37- 293 weeks, and their QoL (quality
of life) score improved significantly. Some other
countries also showed positive outcomes with low
dose emicizumab. Finland set a low maintenance
dose and had zero bleeds in 10 out of 11 patients
during 8-80 weeks. India also had zero bleeds in 8
patients who participated in low maintenance dose
emicizumab, with an average trough factor level of
12.9% after 7 days. >
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Emicizumab is typically initiated with a loading dose
schedule, which involves a higher dose for the first
four weeks followed by a lower maintenance dose.
Dr Selvaratnam stated there is no need to reload after
this initial loading period unless specifically advised
by a healthcare provider based on individualized
factors such as response to treatment or treatment
interruptions.

READ MORE

This session was published in an open access State
of the Art review article in Haemophilia journal:

Carcao M, Selvaratnam V, Blatny J.

How much prophylaxis is enough in haemophilia?
Haemophilia. 2024;30(Suppl. 3):86—94.
https://doi.org/10.1111/hae.14964

HAEMOPHILIA NURSE
ROLE POSTER

One of my posters was about the Haemophilia
Nurse Consultant role in South Australia. This
highlighted that Haemophilia Nurses play a pivotal
role in ensuring comprehensive patient care and
management for individuals with haemophilia.
Our responsibilities include coordinating treatment
plans, educating patients and their families about
the condition and its management, monitoring,
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Haemophilia Nurse Consultant Role in Adult
Haemophilia Treatment Centre in South Australia-
Yu-Hsuan, Lin a 12 month Analysis
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and managing treatment-related complications,
facilitating access to resources and support
services, and serving as a liaison between patients,
healthcare providers, and other stakeholders.
Haemophilia nurse consultants’ specialized
knowledge and expertise are essential in optimizing
patient outcomes and quality of life while providing
emotional support and advocacy for individuals
with haemophilia.

I appreciated the opportunity to attend Congress
with my South Australia Haemophilia Treatment
Network team members - Senior Physiotherapist
Cameron Cramey, ADBR Data Manager Venessa
Mavrinac-Tiddy, and paediatric haemophilia nurse
Daisy Regan.

I would also like to thank Haemophilia Foundation
Australia for sponsoring my attendance at this
wonderful event.

Yuhsuan Lin (Yoshi) was assisted by funding from
HFA to attend the WFH 2024 World Congress.
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Left to right: Cam Cramey, Daisy Regan, Yoshi,
Venessa Mavrinac-Tiddy
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Yuhsuan Lin (Yoshi) is Haemophilia Nurse Consultant
at the Royal Adelaide Hospital, South Australia.
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