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Figure 1. Survival in men in the United Kingdom with hemophilia who were not
infected with HIV and in the general male population of the United Kingdom in
1999. Calculations based on the data summanzed in Table 3.
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Global economic recession

V Increased variability of answers to PWH needs across
EU/EEA (Greece, Italy)

V Mobility of patients across Regions

V Cuts in new professionals training and recruitment
V Drying up HTCs resources

V Risk for access to new/last generation drugs

V RIisk for access to treatment regimens (prophylaxis, ITl,
etc)
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We call upon European and national healthcare policy makers to join us in taking
strang and decisive action to ensure that people with haemophilia have access to
saffie treatments and optimum care throughout Eurcpe. We endorse the following
Principles, as elements of haemophilia care provisien that should be available in
each European Country:

1. A Central Haemophilla Organisation with Supporting Local Groups

In each country there should be a central organisation for haemoghilia care
supparted by centres operating at the local level. These organisations should be
responsible for accurate record keeping and the effectve administration of
haemaphilia care. Such an approach also facllitates the axchange of best practice
and the coordination of research.

2. Mational Haemophilia Patient Registries

Each country should have a national hazemaghilia patient registry administered
by the central haemophilia organisation. Batient registry data can be used to
facilitate resource planning and allocation, as well as provide acourate data on
patient numbers, prescribing patterns, geographical spread and adverse events.

All registers should be held with suitable attention to confidentiality, national
regulations and local best ethical practice.

3. Comprehensive Care Centres and Haemophilia Treatment Centres

Comprehensive Care Centres and Haemophilla Treatment Centres should be
established to ensure that people with haemophilia have access to the full range
of clinical specalties and appropriate laboratory services.

4. Partnership in the Delivery of Haemophilia Care

Clinicians and patient representatives should be part of national and/or regional
haemaphilia care decision making in partnership with ministries of health and
socclal affairs, as well as those organtsations that deliver haemophilia care via a
formal mechantsm such as a Mational Haemophilia Co-ordinating Group.

5. Safe and Effective Concentrates at Optimum Treatment Levels

People with haemaophilla need to hawve access to safe and effective treatmant at
optimum levels. This improves physical health, life expactancy and quality of life
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and reduces the psycho-social and economic impact of this bleeding disorder on
the patient and his/ her family. It also reduces the amount of long-term support
neaded from healthcare provider resources.

6. Home Treatment and Delivery

Home treatment and home delivery should be available in each country to
facilitate immediate and effective treatment. This results In a reduction in
hospital visits, prevents shoet and long-term disabilicy and allows children and
adults with haemophilia to have the freedom to lead lives that are as normal as
possible.

7. Prophylaxis {Preventative) Treatment

Proghylaxis treatment should be available to people with haemophiliz as it has
been shown to prevent and improve chronic joint disease. Prophylaxis also
promotes health and sockal well-being and reduces the burden of the condition.

8. Speclalist Services and Emergency Care

Haemogphilia care requires the co-ordination of a number of services to make
sure that the particular needs of those with haemophilia are met.

In critical situations, people with haemophila need immediate access to
treatment as well as to skilled care through Accident & Emergency departments
and to the range of specialists required to ensure their safety.

9. Management of Inhibitors

Some people with haemophilia develop “inhiitors®, whan their bodies inactivate
the replacement clotting factor treatment. Those affected need to hawve
immediate access to optimum  treatments.  Where appropriate, immune
tolerance Iinduction therapy (1TT) and the management of bleeding should be
administered by cliniclans with the necessary expertisa, In hospitals with
appropriate clinical and laboratory resources.

10. Education and Research

Recrultment and education of physicians in the area of thrombosis and
haemastasts k5 an Important task for the future ko secure high quality care.
Further research inte haemophilia 1s also reguired, with prionty areas fior
Investigation being modified factor WII1 and DX agents with longer half-life, less
immunogenicity, new administration technigues, better understanding and
prevention of the development of inhibitors and gene therapy. Other areas of
research are required to further the develapment of care for patients and families,
including examination of different service delivery madels, outcomes and guality
of life measures.
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Lack of Future Specialists

Jourmal of Thrombosis and Haemosrasiz, 30 423

Uncertain times for research on hemophilia and allied disorders

P. M. MANNUCC] and H. R. ROBERTS™®
Editor-in-Chief and *Senior Associate Editor
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(2) Right of Access

Every individual has the right of access to the health services that his or h
health needs require. The health services must guarantee equal access to
everyone, without discriminating on tho&asis of financial resources, place of
residence, kind of illness or time of access to services

(3) Right to Information

Every individual has the right to access to all kind of information regarding
their state of health, the health services and how to use them, and all that
scientific research and technologioahovation makes available.

(8) Right to the Observance of Quality Standards

Each individual has the right of access to high quality health services on
the basis of the specification and observance of precise standards.



LETTER TO THE EDITOR

Clinical and organisational aspects of haemophilia care: the patients' view

Gabrniele Calizzani, Romano Arcien

Federation of Haemophilia Associations (FedEmo), Milan, Italy

Dear 5ir,

Over the last years, the life expectancy of patients
with haemophilia has become ever closer to that of
the general population and the patients’ quality of life
has improved dramatically!. These advances have
been achieved thanks to a continuous improvement
in factor VIII product availability in most countries,
which has allowed the use of coagulation factor
replacement therapy on a larger scale, particularly
in western countries.

In the early 1980s, viral infections had a
dramatic impact on the haemophilia community.
The improvement of methods for inactivating or
removing viruses from plasma products, together with
a concomitant application of stringent donor selection
criteria and nucleid acid amplification testing of
donations have increased the safety profile of plasma-
derived products. As a result. no cases of blood-borne
transmuission of known viruses from these products
have been observed in the last two decades.

1ssues 1s ively®™. As far as concerns inhibitors, unless
undisputed evidence from prospective clinical trials
shows a real difference in clinical practice, it cannot
be claimed that plasma-denived factor VIII products
are superior to recombinant factor VIII products®.
Even their equivalence should be scientifically
demonstrated by controlled clinical trials.

Continuity of care, intended as maintenance
of treatment with the product that offers the best
clinical benefit to each patient, 1s essentially the
only indisputable therapeutic approach for the
community of haemophiliacs. However, in times
of global recession, when financial constrictions
are jeopardising the current levels of health care,
governments and health-care decision-makers may
be tempted to tumn the clock back and, in the name of
cost-saving, to adopt policies that might compromise
access to the best available therapies and put the
confinuty of care in haemophilia management at
serious risk.
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In reply

LETTER 1O THE EDITOR

Factor VIII inhibitor and source of replacement therapy

Pier Mannuccio Mannucci®, Alessandro Gringeri?, Elena Santagostino?, Flora Peyvandi’

1Scientific Direction,; ’Hemophilia and Thrombosis Centre, A. Bianchi Bonomi, IRCCS Ca' Granda Maggiore

Policlinico Hospital Foundation, Milan, Italy

Dear Sir,

In their timely letter on the current state of
haemophilia therapy, Calizzani and Arcieri! tackle
two clinically important points: the effect of the
source of factor VIII replacement therapy (plasma-
derived or recombinant) on the cumulative incidence
of factor VIII inhibitors in patients with haemophilia
A and whether or not the so-called continuity of care
with the very coagulation factor product to which
patients are accustomed 1s warranted.

As to the first point, and pertaining to the debate
between Franchini’ and Mannucci® and the article
by Gringeri* on the choice of factor VIII products,
Calizzani and Arcieri must be reassured that the
forthcoming therapeutic recommendations of the
Italian Association of Haemophilia Centres (AICE)
on the choice of products for replacement therapy will
be strictly based on the available scientific evidence.
A recent systematic review and meta-analysis found a
two-fold increased incidence of inhibitors associated
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factor VIII products. Yet. we are also cognizant that
this 1s a working hypothesis, not yet evidence-based:
otherwise the SIPPET study would be unnecessary!

Pertaining to the so-called continuity of care, we
agree with Calizzani and Arcieri that this should be
preserved as much as possible. However, the issue
is not that switching from one source and/or product
of factor VIII to another would increase the risk of
inhibitor. There 1s so far evidence that switching
from a plasma-derived to a recombinant product
or, by the same token. from a recombinant product
to another does not increase inhibitor incidence in
previously treated people with haemophilia’™®. For
plasma-derived factor VIII the only study showing,
albeit indirectly, that changing products leads to
a higher cumulative incidence of inhibitors stems
from the systematic review of Paisley ef al.', with
a number of other studies showing that switching is
neutral in this respect’”®. Nevertheless, some large

cohort studies are ongoing in Europe and in the UK
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European Haemophilia Consortium
Press Release

The European Haemophilia Consortium calls for common methodology to assess cost effectiveness of
prophylaxis for adults

Brussels, 8 June 2010 - Participants of the 10th European Haemophilia Consortium (EHC) Round
Table called for the adoption and dissemination of national policies that encourage best practice in
prophylactic treatment for adults. The stakeholders also advocated for a common methodology to be
adopted to assess cost effectiveness of prophylaxis for adults, gathering a comprehensive data, and a
common framework on the management of chronic diseases.

The debate focused on prophylaxis (i.e. preventive treatment) for adult patients with Haemophilia, and in
particular addressed the cost benefits of prophylaxis and challenges of treatment for adults. Prophylaxis in
patients with Haemophilia refers to the treatment to prevent or minimise the joint bleeds and the development of
arthropathy, the main cause of morhidity and leading factor affecting quality of life in severe Haemophiliacs.

Speaking at the event, Dr. Coppola from the University Hospital of Naples, Italy highlighted that it is today
widely recognised that prophylaxis contributes to improve the quality of life of patients, and is the treatment of
choice recommended by the World Health Organization and the World Federation of Haemophilia since 1994,
However, Dr. Coppola stressed that challenges remained in assessing the appropriate regiment for Haemophilia
adult patients, and various factors such as health resources should be taken into account when considering the
choice of therapy. "The cost effectiveness of prophylaxis should take into account the quality of life of patients
and cost utility, to provide evidence of the clinical impact of starting prophylaxis in adults”, he added.

The debate also focused on the economic evaluations of prophylaxis. Dr. Karen Berger, from the University
Hospital of Munich, Germany talked about the importance and challenges of gathering comprehensive data on the
cost effectiveness of prophylaxis for adults and on the financial consequences for third party payers. She stressed
the role of health economics in helping decision makers to make optimal and better resource allocations. In
particular, she specified that the evidence on the value of money spent was a key driver to a positive decision on
reimbursement. To collect this evidence, Dr. Berger believes that it is important to put in place a core and flexible
European model of health economics on prophylaxis in Haemophilia.



Comorbidities

Haemophilia Correlated

A Severe haemophilia patients > 40 years
- 100% are suffering from Artropathy
-50% are suffering from Hep C
6% HIV
Inhibitors in elderly

Not correlated

A Cardiovascular disease
A Metabolic

A Malignancies

CourtesyEveline P MauseBunschoten



Health related quality of life
In elderly people with haemophilia

More impaired than controls in

A Autonomy
A Pastcpresent future activities

A Social participation

A Sport

A Physical health lonileness
A View

Courtesy Sylvia von Mackensen
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Esperto risponde

FAQ

Spazio F.O.R.T.E.

Benvenuto su Progetto F.O.R.T.E.

Formazione di Operatori della Riabilitazione specializzati nella Terapia del paziente Emofilico

www progettoforte.it € uno spazio on-line di informazione, condivisione, collaborazione e confronto
riservato e dedicato al corso di formazione nivolio agli operatori della Riabilitazione per il Trattamento deqgli
Emofilici.

Lo spazio www progettoforte it vuole essere uno strumento di supporto e un vero e proprio luogo di lavoro
virtuale dove incontrarsi, confrontarsi, condividere e partecipare.

Ad un selezionato target di riferimento (Ortopedici, Fisiatr e Fisioterapisti e Osteopati) verra offerta la
possibilita di far parte di una Comunita Virtuale Spazio Forte, avendo come comune interesse
l'approfondimento e lo studio della Riabilitazione per il Trattamento degli Emofilici.

Nello stesso spazio si intende offrire anche, a tutti coloro che non operano direttamente nel settore, ma
sono direttamente interessati all'approfondimento delle tematiche relative alla riabilitazione del paziente
emofilico, informazioni relative a questo ambito di sempre maggiore interesse per la comunita degli
emofilici italiani.

RICERCA

NEWS

Progettoforte.it € on line!
Benvenutol

Leggi tutto »
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NMO Project

Forte
Safe Factor
DNA
Institutional

Accreditation Scheme
for HTCs



