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ABOUT THALASSAEMIA

N
Disease genetic background

Homozygous B-thalassaemia or thalassaemia major is a genetic disorder of
the blood caused by the inheritance' of two mutated (defective, non-functional)
B-globin genes? (one from each parent). As a result of this genetic defect, the
body can only produce little or no normal adult haemoglobin (HbA), the vital
oxygen carrying protein of the body.

The patient with this genetic defect Beta . 4l Beta ,
can only survive through extensive ) _

multidisciplinary support and care . L. B
including mainly lifelong regular blood e
transfusions of donated red blood

cells (RBCs), containing healthy Hb.

Furthermore, as transfused RBCs

complete their lifecycle in the blood and »
break down (a normal biological process

of the body). they release their Hb with

its iron. Thus, in addition, these patients z;pna 3 Alpha 1
need lifelong daily iron chelation therapy

to remove this excess iron which causes, if left unaddressed, severe damage
to vital organs of the body leading to high rates of morbidity and early death.

N J

THE NUMBERS

According to the World Health Organisation (WHO)?', around 7% of the global population carries
an abnormal haemoglobin gene, while 300,000-500,000 children are born annually with
clinically significant haemoglobin disorders. About 80% of children with these disorders are
born in developing countries, 30% of which are affected by thalassaemia syndromes. Sadly, a
large percentage of affected individuals receive suboptimal or no treatment, all leading to high
rates of morbidity and mortality particularly in low and middle income countries. Indeed in recent
years haemoglobin disorders have been recognized as a growing public health problem in more
than 70 countries of the world, where 89% of the annual affected births occur. It is a common
belief that even though these numbers do reflect to a large extent the huge burden imposed by
haemoglobin disorders at the national, regional and international levels, the reality and true
picture is anticipated to be even more alarming as these numbers are grossly underestimated
due to the absence of national, regional and international registries as well as effective national
prevention programmes.

GEOGRAPHICAL DISTRIBUTION

Haemoglobin disorders are indigenous and most frequently found in malaria endemic or
previously endemic regions including South East Asia, the Middle East, Mediterranean
countries, and Northern and Central Africa. However, as a result of the mass migration of
populations through the years from high prevalence areas, haemoglobin disorders are today
occurring widely across the world.

T Management of birth defects and haemoglobin disorders : report of a joint WHO-March of Dimes meeting, Geneva, Switzerland, 17-19 May 2006. Available from:
http://apps.who.int/iris/bitstream/10665/43587/1/978924 1594929 eng.pdf



http://apps.who.int/iris/bitstream/10665/43587/1/9789241594929_eng.pdf
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BURDEN OF DISEASE ON NATIONAL HEALTHCARE SYSTEMS

Haemoglobin disorders contribute significantly to the global and national toll of birth defects
and disease burden and are associated with high mortality, morbidity and disability rates, the
accurate extent of which can only be precisely assessed when effective, well-designed national
registries are adopted, and well-coordinated national control programmes are in place.

Today, in the absence, in the maijority of ‘affected’ countries of national prevention and clinical
management programmes?2 haemoglobin disorders are associated with huge and multiple
public health, social and economic repercussions. Sadly, this occurs mostly in the developing
world, where > 70% of the patients are born and live.

The introduction and implementation of such programmes thus is essential and the work of
patients’/ parents’ non-governmental organisations (NGOs), such as the Thalassaemia
International Federation (TIF), is of paramount importance in supporting and complementing
the work of governments and other official national, regional and international health-related
bodies and organisations to achieve this.

2 Guidelines for the Management of Transfusion Dependent Thalassaemia (TDT), 3rd Edition (2014)



GENE THERAPY IN THALASSAEMIA

What is gene therapy?

Background: gene therapy has been studied for various genetic diseases
since the 1980s. More than 1,800 gene therapy trials have been conducted
since then. Extended gene therapy clinical trials in B-thalassaemia were
approved in 2012.

It is an approach, that aims to cure genetic diseases by replacing or
correcting (editing) the defective or non-functional gene in the patient’s
DNA. In the case of B-thalassaemia, a defect (mutation) in the B-globin
gene results in the decrease or absence of haemoglobin the vital oxygen
carrying protein of the body. If this gene is replaced by a functional one,
then it is anticipated that haemoglobin production will be restored and
consequently the patient’s red blood cells will have normal function.

THE HISTORICAL RELATIONSHIP OF GENE THERAPY & THALASSAEMIA

For many years now, gene therapy has been seen as a great promise for the cure of several
serious diseases and in particular for genetic disorders, including haemoglobin disorders.
Some of the most successful gene products to-date for hereditary genetic disorders, include
primary immunodeficiencies where gene therapy has already been shown to be a life-saving,
life-extending treatment leading to dramatic improvements in health and quality of life. Cystic
fibrosis, muscular dystrophy, and hemophilia constitute other examples. This gives substantial
hope for future progress of treatment of many other genetic conditions.

A number of gene therapy approaches for the cure of thalassaemia have developed through
the decades, some of which have reached various stages of development and success in the
context of investigational work and clinical trials. Finally in 2010 a team in Paris, led by Phillipe
LeBoulche published the first successful human treatment of gene therapy in thalassaemia[2].
This was followed by more intensive research activity aiming to further refine the vector and the
whole process for ensuring high level of effectiveness and safety of this advances curative
treatment. A series of clinical trials followed and almost a decade later the European Medicines
Agency (EMA) approved the conditional marketing of Betibeglogene autotemcel (Zynteglo®),
a gene therapy product for patients with thalassaemia aged over 12 years, largely based on
the original research of the Paris team.

Research continues by other consortia globally to identify alternative approaches to gene
therapy in thalassaemia including gene editing methods which are based on replacing the




defective DNA sequence by inserting another, non-defective DNA sequence, thus curing the

disease.

WHAT DOES THE PROCESS OF GENE THERAPY WITH ZYNTEGLO® INVOLVE3
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. Medical specialists, (haematologists/transplanters) collect special primitive haemopoetic
CD34+ cells from the peripheral blood of the patient, after receiving specific drugs to facilitate
the exit of the cells from the bone marrow. This means the drugs received by the patient help
induce migration of the CD34+ cells from their natural “home” which is the bone marrow to
the peripheral blood of the patient. This process is known as stem cell mobilization.

2. The target cells (CD34+ cells) are then processed/cultured in the laboratory in the presence
of special factors (growth factors) to help them self-renew, then grow and expand. It is in
these cells that the “correct”, “functioning” B-globin gene will be inserted. This is achieved
with the help of a “carrier” of the gene of choice or “vector”. This is a structure that needs to
be very small and possess the capacity to enter the target cells transferring the “correct” B-
globin gene. In this approach, using the Zynteglo® protocol, the vector used is a virus
belonging to the family called Lentiviruses. These viruses, which under normal conditions
are highly infectious and can cause serious disease in humans, undergo modifications in the
laboratory, prior to their use, and through which the infectious structures are
destroyed/removed. The viruses thus become safe for use in humans while at the same time
they maintain their ability to enter the cells’ nucleus and thus integrate the corrected beta
globin gene they carry into the DNA of the target human cells (CD34+ cells). Once the viral
vector delivers the genetic information into the cell, it can no longer assemble and is thus
inactivated.

3. The transfer of functional beta globin gene is achieved when the vector i.e. the virus)

containing the B-globin gene is co-cultured with the collected/harvested CD34+. This process

is known as transduction and describes the transfer of the “correct” genetic information i.e.

the B-globin gene into the CD34+ cells.

3 Steps 1and4 happen inthe hospital, steps 2 and 3 in a specialized laboratory.



4. The CD34+ cells now containing the “correct” B-globin gene are known as the “product”.
When all safety and quality controls are completed, this product is reinfused into the blood

circulation after the patient has received a
special treatment called conditioning. This is
a kind of chemotherapy that oncology patients
receive and is necessary in order to suppress
the bone marrow of the patient
(myeloablation) “providing space within it”, to
receive the “product”. Once the “product” is
REINFUSED into the patient it will find its
place in the bone marrow - a process referred
to as engraftment. In this way the
haemotopoietic system expresses functional
hemoglobin from the stem cells with the
added beta globin gene.

Figure: Gene therapy in thalassaemia (Persons DA, Nature 2010)
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The progeny from the human CD34+ cells with integrated correct beta globin DNA will inherit
this gene, likely maintaining the therapeutic benefit life long.

WHO CAN UNDERGO GENE THERAPY (ELIGIBILITY CRITERIA)

Key factors that inform eligibility

CONSIDER TREATMENT FOR PATIENTS WHO MEET THESE CRITERIA'":

NON-
‘ @ ‘ @

Who do not have a
BO/B0 genotype' age'

Diagnosed with TDT'

Learn more about Gene Therapy by
reading TIF’s educational booklet and
brochure, available on TIF’s website

Patients 212 years of

1. ZYNTEGLO [summary of product characteristics]. bluebird bio; 2020.

Appropriate for No HLA-matched
HSCT' related HSC donor
available

GENE THERAPY
In f-thalassaemia

GENE THepupy



PURPOSE, SCOPE & METHODOLOGY

Gene therapy for thalassaemia is an expensive and complex procedure, with great efforts
ongoing currently by all involved stakeholders (e.g. patients, healthcare professionals etc) to
ensure its accessibility and availability to as many patients across the world as possible.

Acknowledging that the approval of gene therapy for thalassaemia is now a reality, the
Thalassaemia International Federation (TIF) embarked on a global effort with the purpose to
further understand and capture the patients perspective on the matter.

METHODOLOGY

The study aimed to examine the landscape surrounding the expectations, conceptual
understanding, reservations and apprehensions of the thalassaemia patient/parent community
about this innovative therapeutic option.

A short survey comprising of a total of 8 questions was e
constructed by TIF in March 2020 and ran between March - 5
October 2020. The survey was distributed by electronic
means only using SurveyMonkey reaching over 10,000
individuals, including TIF Member organisations, Members
of TIF Patient Advocacy Group. Additionally, it was uploaded
on TIF’s Website* and promoted through TIF’s Social Media.
The survey was not validated, as it aimed to explore
perceptions in the community that are still being shaped by
research developments.

To overcome linguistic barriers and support the completion Gene Therapy .- _*
of a larger and more diverse cohort, the survey developed in & s
English, it was translated in 7 languages (FR, DE, ES, IT, Thalassaemia:
GR, HI, AR). The survey is available in the Annex. ATIF Survey

SURVEY DISTRIBUTION

To WHOM?

TIF Patient Advocacy
Group 198 members in 49

TIF Member
Organisations, 230
organisations representing

Visitors to TIF Website &
Social Media channels

patients in 62 countries countries
How?
TIF Website TIF Facebook Email blasts
SURVEY TooL?
SurveyMonkey

4 https://thalassaemia.org.cy/news/tif-news/gene-therapy-thalassaemia-a-tif-survey/
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Survey responses were analyzed in accordance to country (not language) and classified based
on:

¢ WHO Region of the country of the respondents

e Human Development Index (HDI) of the country of residence

Economic category of the country (the Income group according to World Bank reports 2020).
Statistical analysis was performed where comparisons were made, using the t-test.

Disclaimer: This study is not based on a validated questionnaire. Furthermore, the method of
distribution (electronic) necessitated access to the internet, knowledge of electronic device
navigation and literacy. Therefore, the responses may not be representative of the global
thalassaemia patient population, many of whom live in low / middle income countries ridden
with economic, societal and educational challenges.
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FINDINGS

The survey results are presented below in 5 sections as follows:
Demographics

General Perceptions about Gene Therapy

Knowledge about new scientific advances for thalassemia

Familiarity with facts about Gene Therapy for thalassaemia specifically
Personal inclinations to undergo Gene Therapy

aRrLb =

DEFINITIONS

The terms ‘developing’ and ‘developed’ used below to describe countries, are defined in
accordance to TIF’s crude classification of countries, which is on a combined reading of country
HDI (as per the United Nations®) and income (as per the World Bank®). Grossly speaking,
countries with a High Income and Very High HDI are considered ‘developed’ while the rest are
classified as ‘developing’ (See Annex).

1. Demographics:

Responses were elicited from 849 individuals, of which 545 (64.19%) are patients. 258 (30.39%
are parents and 46 (5.42%) ‘other’ (mostly spouses and siblings of patients). The average age
of the patients who responded is 34.2 years, with a range of 16 to 67. Apart from patients there
is also a high proportion of parents (33.4%), suggesting that parents are still active participants
in their offspring's welfare, not just in areas where the patients are children (i.e. South East Asia
and Eastern Mediterranean regions - see Fig 2). The majority of responses are from patients
residing in the European Region 313 (36.98%), the East Mediterranean Region 229 (26.97%)
and the South East Asian region 191 (22.5%), with few patients from the Americas and West
Pacific (Fig 2). The level of development and economic growth of the respondents’ countries
widely varied (Fig 3), with 42% of respondents living in developed countries and around 60%
living in the developing world. Similar results were shown when country economic development
(Fig 4) is the focus, with 40% of respondents living in high income countries / developed
countries. The fact that 60% of respondents live in countries below this level of economic
growth and hence in the developing world, may influence the expectation of access.

Fig 1: Participant Profiles

Participants
5.30%

31.45%

63.25%

m Patient ®mParent of a child with Thalassaemia  ®m Other

5 http://hdr.undp.org/en/content/human-development-index-hdi
8 https://datahelpdesk.worldbank.org/knowledgebase/articles/906519-world-bank-country-and-lending-groups
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Fig 2: Participant geographic distribution
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Fig 2: continued
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2. General Perceptions about Gene Therapy:

Thalassaemia and its treatment constitutes a determining factor in each patient’s life not limited
to influencing health, but to other social and economic aspects. A total cure would possibly
release the patient from these negative aspects, so patients were asked what they perceived
these aspects of living are.

Respondents indicated that social life, education, employment but also financial strain are
additional accompaniments of many living with thalassaemia (Fig 5). Of the 97 respondents
who stated that financial strain is an issue 52 (53.6%) came from developing countries.
However, 41 respondents came from developed countries - 28 of these from Cyprus (where all
management is free and travel costs low). If the Cypriot group is removed then developed
countries in which families have financial concerns are reduced to 13 (13.4%). These
responses clearly suggest that they consider a cure of benefit to many aspects of daily living
over and above the health benefits.

Fig 5: Impact of thalassaemia on daily life
Please indicate in which of the following way(s)
thalassaemia affects your life (You may select more
than 1 option)
Other |l 5.89%
Finances | 11.43%
Social Life/Family | —— 19.32%
Professional/Employment  |—— 17.20%
Education |l 9-19%

Health | C0-35°

0 100 200 300 400 500 600 700

3. Knowledge about new scientific advances for
thalassaemia

An overwhelming 91.64% of respondents were aware, to some extent, of the new scientific
advances in thalassaemia.

The greatest majority of respondents (36.04%) stated that their primary source of information
about new scientific advances is the Thalassaemia International Federation (TIF). An
additional, 35.34% indicated that they have been informed about the new advances through
the internet. It is interesting that patients from both developed countries and those from
developing countries use the internet to gain information equally, whereas the use of social



media is characteristic of developed countries (60 respondents vs 5). Remarkably, only 22% of
respondents have been informed about the new advances by their doctors (Fig 6).

A small group of respondents 71(8.36%) stated that they are not aware of the new scientific
advances, 63.4% of whom are from developing countries’. A further breakdown showed that
24/71 (33.9%) were from Europe, 29/71 (40.8%) from the Middle East, 14/71 (19.7%) from Asia
and 4/71 (5.6%) from the Americas. A number of respondents albeit small identifying as parents
(N=268) indicated that they were not aware of the new scientific advances (25/268 ; 9.33%).
These were mainly from developing countries (76%, 19/25), while 4 were from developed
countries.

Fig 6: Methods of learning about new scientific advances

There are new scientific advances now for the care and
cure of Thalassaemia. Please indicate how you have
been informed about them.

Other |yl 1.88%

| have not heard of these new scientific advances |—— 8.36%

Internet | 35.34%
Media (TV, newspaper, radio) |—" 8.95%
Thalassaemia Association/TIF | 36.04%
Friends/Family |l 6.83%
Doctor | —] 22.03%

0 50 100 150 200 250 300 350

4. Familiarity with facts about Gene Therapy for
thalassaemia specifically

General knowledge that gene therapy is now available, may not correspond to a good
understanding of the facts and process around it among patients/parents. Therefore
respondents were asked a series of questions to ascertain the level of their understanding of
gene therapy and its potential effects (Fig 7), the main steps of the actual process (Fig 8) AND
the eligibility criteria (Fig 9).

738/71 (53.5%) were from low HDI countries, 7/71 (9.9%) from high HDI countries and 26/71 (36.6%) from very
high HDI countries.



Fig 7: Understanding of Gene Therapy

Please indicate what is your understanding about Gene
Therapy in Thalassaemia

After being cured patients will not pass on the
thaslassaemia gene to their children "

Patients will still need transfusion and chelation after gene
therapy (10.2%) [P

Gene therapy is a partial cure (21.5%)

Gene therapy is atotal cure (562.3%)

0 50 100 150 200 250 300 350 400 450 500

The concept of a total cure is confirmed by only 52% of responses, while still many believe it is
a partial cure and patients will still need transfusion and /or iron chelation. Still just over 10% of
responses, think that the gonads will also take on the new genetic characteristic and so will not

pass on thalassaemia to their offspring following genetic treatment; of these 66% came from
the developing world.

Fig 8: Knowledge about the process, steps and medical interventions involved in Gene Therapy

Do you know the process, steps and medical
interventions that are involved in Gene Therapy?

1.18%

20.73%

36.28%

41.81%

EYes mNo mPartly/Vaguely mN/A

21%, that is 1:5 respondents indicated that they are aware of the process, steps and medical
interventions involved in gene therapy. These were mainly from Germany, USA, UK, France
and ltaly. At a lower proportion but still significant are responses from countries like Syria,
Bangladesh, Egypt and Irag and others. Overall, however, 65.8% of respondents who claimed
to know the processes of gene therapy were from developed countries.




Itis expected that patients who respond to online questionnaires are likely to be the most literate
and possibly not representative of the total patient populations of their respective country.
However the observation that educated patient from countries where less than optimal care is
offered are following developments, is indeed significant.

Similar results were obtained concerning the eligibility criteria for gene therapy (Fig 9) where
less than 20% of respondents answered positively, of which 60.8% from developed countries
suggesting a knowledge gap in less developed countries.

Fig 9: Understanding of the eligibility criteria

Are you aware of the criteria a patient must fulfill in order
to be a candidate for Gene Therapy?

1.53%

18.14%

54.53%

EYes mNo mPartly/Vaguely mN/A

5. Personal inclinations to undergo Gene Therapy

Based on the public information available, patients and parents are now aware that gene
therapy has become a reality. Their perception about gene therapy is thus explored through
this survey (Fig. 10), taking into consideration however the possibility that their knowledge may
be incomplete. Moreover, the willingness of respondents to undergo gene therapy was
investigated (Fig. 11).

1t is no exaggeration to say that in the field of thalassemia, science has performed the long-
awaited miracle of offering a final cure for this genetic, hereditary disease. Gene Therapy has
come to meet the needs and expectations of all patients, whatever they may be. For those
who want to be rid of the disease; for those who want better health; for those who want fewer
complications; for those who are tired of going for transfusions; but for all their expectation is
to improve their quality of life.’ Patient, Greece



Fig. 10: Perceptions about gene therapy
Please indicate how you feel about Gene Therapy

400
41.11%
350
300
250 2521%
200
150 15.67%
100 10.01%
50 i 4.83%
1.88% 1.65%
Very positive/  Somewhat Neutral Somewhat Very negative / | don't know Other
No concerns Positive Negative  Many concerns comments

The majority of respondents demonstrate a positive attitude towards gene therapy (66%) as
shown in Fig. 10, followed by 25.68% expressing uncertainty of their attitude by responding
neutral or | don’t know. Interestingly, 4.83% had other comments (See examples below) and
only 3.53% felt negatively towards gene therapy.

‘Less iron chelation if less blood transfusions. Less side effects - as there are a number
caused by iron chelation medication so less need for medication. Gene Therapy has overall
benefits.’ Patient, Australia

In this study, 193/537 patients (35.9%) would choose to undergo gene therapy (Fig.11)
whereas of the 141/268 parents (52.6%) would say yes to gene therapy for their children. 44.9%
of patients and 37.7% of parents expressed some reluctance, indicating their preference to
obtain more information from their doctor or other patients. Only 9.7% of parents and 19.2%
dismissed the idea of gene therapy for their children or themselves respectively.

Fig. 11: Would you undergo gene therapy?

On the basis of what you know about gene therapy, and if you meet the
selection criteria, would you choose to undergo gene therapy?

Other comments =
| do not know -
Wait and see other patients response ==

| would consult my doctor &

Unsure/possibly &

| would not accept GT &

| would accept GT &

0 50 100 150 200 250

HParents ®Patients




A further analysis of the response from 510 patients (eliminating those where no answer to the
question was offered), found a marked difference in the responses between patients living in
developed countries and those residing in developing countries, as shown in Table 1.

Table 1: Comparison in willingness to undergo Gene Therapy between countries, depending
on HDI

RESPONSE DEVELOPED DEVELOPING
COUNTRIES COUNTRIES
Would accept gene therapy 83 (29%) 111 (49.6%)
Would not accept gene therapy 68 (23.8%) 32 (14.3%)
Uncertain® 135 (47.2%) 81 (36.1%)
Totals 286 (100%) 224 (100%)

Gene Therapy will allow my child to live a better social life without inhibitions and restrictions.’

Parent, India

8 Possible answers provided in the Survey: | don’t know ; Unsure/possibly ; | would consult my doctor ; Wait and
see other patient responses ; Other comments



CONCLUSIONS

Patients, in recent years, are involved in all steps of the process of development of new
therapies, from the conception of the research idea to the time science announces the
possibility (the dawn of hope) until clinical trials, and afterwards when they can be beneficiaries
of the authorized and marketed final product. Very often patients and families become passive
observers in the whole journey from bench to bedside, with only patches of information reaching
them. Yet they are the ones to take the risks as well as enjoying the possible benefits of any
innovative approach. Even those volunteering for clinical trials are often inadequately informed
and sign consent forms poorly understood, since they are often designed to satisfy the legal
needs of clinical trial and patient needs come second. Patient-centered information is an
important exercise if patient rights are to be respected. Engaging patients, caregivers, as well
as clinicians as partners requires understanding of the processes, objectives, risks and benefits
of the development process. Stakeholder engagement requires sharing knowledge and
information in a language that can be understood by all concerned. This is often achieved
through an expert patient group, but when there is a major breakthrough, the total patient
population is now involved.

‘We, the patients, with our organizations all over the world and the Thalassaemia
International Federation, must strive every day for better hospital conditions, access to new
and innovative therapies, a better quality of life, and to put it simply, for a better future.’

Patient, Greece

To meet these challenges TIF has long adopted methods to encourage patient education and
self management based on the concept of the ‘expert patient’. This has been promoted through
having local and international conferences for patients (with both patients and professionals as
speakers), an online education platform and various publications. The aim is that these expert
patients can then serve as propagators of knowledge to the fellow patients and also to
strengthen their support associations by improving advocacy and community awareness. This
effort has variable results since often the individual benefits but the ambassadorial role is not
necessarily fulfilled [3]. The potential benefits, in TIF view, are mainly for the majority of patients
who live in areas of the developing with limited access to information that is adapted to their
language and culture [4]. As a development of this project, patients who go through these
processes are also engaged in Patient Advocacy Groups (PAGs) with industry in the
development of new therapies and in the adoption of health policies [5, 6, 7].

The advent of gene therapy has brought the issues of information and understanding very much
to the forefront. Not only are processes often difficult to understand by the lay public but a long
history of general information in conferences and other media, based more on hope than fact,
may have clouded the perception of gene therapy in the eyes of many patients and their
families. The advent of a cure that will relieve the patient from an exacting daily routine with an
uncertain outcome, is attractive; this has been observed in other chronic diseases [8]. These
are strong motivations for accepting a newly developed therapy. In addition there may be
expected differences between patients benefitting from optimum conventional treatment in well
to do settings compared to patients who live in circumstances where even blood transfusion is
inadequate and medications beyond their reach.



TIF, in this study, has attempted to gauge patients’ responses to the availability of gene therapy.
TIF has access to patients and patient groups in over 60 countries of varied social and
economic development. Differences are expected to be elicited between countries according
to both cultural and developmental aspects. Countries where optimal care is more usually
available, are those classified as developed and in this study 42% of responders came from
such countries.

Concerning the dissemination of information, the strength of the internet and the patient support
associations as the major sources is confirmed while information from healthcare professionals
lags somewhat behind. Almost all respondents are aware that new approaches to treatment
are available or underway, even though a small group (around 8%) admitted to no knowledge
and most of these reside in the developing world. Similarly, misunderstandings, such as that
genetically cured patients cannot pass the thalassaemia gene to their offspring is found in a
minority of respondents, but mostly from the developing countries. In general, the patients from
developed countries are better informed than the rest.

Comprehensive knowledge is an imperative asset of any patient or parent seeking to make a
decision about any treatment option, including gene therapy. This study has highlighted this
need while also demonstrating the differences in perceptions based on country HDI / income
which is intrinsically linked to the clinical condition of many patients. As noted by TIF in other
studies (v. Global Thalassaemia Report) the prioritization of thalassaemia on national health
agendas leading to the investment of funds, infrastructure etc in a nationally controlled
programme for the prevention and clinical management of thalassaemia is the priviledge of a
handful of countries globally. In these countries, over 50% of patients reach the fifth decade of
their life and enjoy a good quality of care and life. Unfortunately these patients are
overwhelmingly in developed countries, whereas the largest majority of patients live in the
developing world where countries are called upon to deal with a number of competing health
priorities, poverty, illiteracy etc. But perhaps gene therapy is more promising for these patients
who suffer a myriad of out-of-pocket expenses (even for basic treatment, v. blood transfusion),
co-morbidities as a result of limited access to appropriate clinical management (v. iron chelation
and multidisciplinary care) and ultimately lead a poor quality of life with low survival rates.

)

| % | otwa | nta |
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TIF Classification of Countries

(as a combined reading of HDI and Income Group)

Africa

; TIF

Country HDI Region Income group TIF Member Classification
Australia Very High East Asia & Pacific High income Y Developed
Bahrain Very High Xf'gg;e Sest e N High income Y el
Belgium Very High Europe & Central Asia | High income Y Developed
Canada Very High North America High income Y Developed
Cyprus Very High Europe & Central Asia | High income Y Developed
France Very High Europe & Central Asia | High income Y Developed
Germany Very High Europe & Central Asia | High income Y Developed
Greece Very High Europe & Central Asia | High income Y Developed
(H:ﬁirrl%Kong AR Very High East Asia & Pacific High income Y Dizveliz=e
Ireland Very High Europe & Central Asia | High income Y Developed
Israel Very High xf'gg;e Zasi s e High income Y DERIEpEE
Italy Very High Europe & Central Asia | High income Y Developed
Kuwait Very High xf'gg;e Zasi s e High income Y DERIEpEE
Luxembourg Very High Europe & Central Asia | High income Y Developed
Malta Very High le'gg;e Zasi s e High income Y DERIEpEE
Mauritius High Sub-Saharan Africa High income Y Developed
Netherlands Very High Europe & Central Asia | High income Y Developed
Portugal Europe & Central Asia | High income Y Developed
Romania Very High Europe & Central Asia | High income Y Developed
Saudi Arabia Very High Xf'gg;e e e N High income Y DiEeled
Singapore Very High East Asia & Pacific High income Y Developed
Spain Very High Europe & Central Asia | High income Y Developed
Taiwan, China Very High East Asia & Pacific High income Y Developed
Trinidad and Hiah Latin America & Hiah income v Developed
Tobago 9 Caribbean 9
United Arab . Middle East & North L Developed
Emirates Very High Africa High income Y
United Kingdom Very High Europe & Central Asia | High income Y Developed
United States Very High North America High income Y Developed
Albania Very High Europe & Central Asia | Upper middle income | Y Developing

. . Latin America & ! . Developing
Argentina Very High Caribbean Upper middle income Y
Azerbaijan High Europe & Central Asia | Upper middle income Y Developing
Bulgaria High Europe & Central Asia | Upper middle income Y Developing
China High East Asia & Pacific Upper middle income Y Developing
Indonesia Medium/Low East Asia & Pacific Upper middle income Y Developing
Iran, Islamic Rep. | High Xf'gg;e S N Upper middle income Y ievslloging
Iraq Medium/Low Xf'gg;e St Nl Upper middle income Y el
Jordan High lelr?g;e el N Upper middle income Y izl
Lebanon High Xf'gg;e S N Upper middle income Y ievslloging
Malaysia High East Asia & Pacific Upper middle income Y Developing
Maldives High South Asia Upper middle income Y Developing
South Africa Sub-Saharan Africa Upper middle income Y Developing
Thailand High East Asia & Pacific Upper middle income Y Developing
Turkey High Europe & Central Asia | Upper middle income Y Developing
Algeria High L LIS E Lower middle income Y REGLI




Bangladesh Medium/Low South Asia Lower middle income Y Developing
Cambodia East Asia & Pacific Lower middle income Y Developing
Egypt, Arab Rep. | Medium/Low Xf'gg;e sl et Lower middle income Y e
Ghana Sub-Saharan Africa Lower middle income Y Developing
India Medium/Low South Asia Lower middle income Y Developing
Morocco Medium/Low m‘gg;e East & North Lower middle income Y Rereiening
Nepal Medium/Low South Asia Lower middle income Y Developing
Nigeria Medium/Low Sub-Saharan Africa Lower middle income Y Developing
Pakistan Medium/Low South Asia Lower middle income Y Developing
Philippines Medium/Low East Asia & Pacific Lower middle income Y Developing
Sri Lanka High South Asia Lower middle income Y Developing
Tunisia High xflrcijg;e SR D Lower middle income Y Delelerly
Vietnam Medium/Low East Asia & Pacific Lower middle income Y Developing
West Bank and . Middle East & North . . Developing
Gaza Medium/Low Africa Lower middle income Y

Afghanistan Medium/Low South Asia Low income Y Developing
(Rigggo, 2 Sub-Saharan Africa Low income Y Beveloping
Sudan Medium/Low Sub-Saharan Africa Low income Y Developing
Syrian Arab . Middle East & North . Developing
Republic Medium/Low Africa Low income Y

Yemen, Rep. Medium/Low Il [ERrE e o Low income Y Dzl

Africa
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Gene Therapy and Thalassaemia:
The Patients Perspective

lam a:

[ Patient (Thalassaemia)

O Parent of a child with thalassaemia
0] Other, please specify
Age: City: Country:

1. Please indicate in which of the following way(s) thalassaemia affects your life
(You may select more than 1 option).

O Health

O Education
O Professional / Employment
O Social Life / Family
O Finances

O Other, please specify

2. There are new scientific advances now for the care and cure of thalassaemia.
Please indicate how you have been informed about them (You may select
more than 1 option).

O Doctor

O Friends / Family
O Thalassaemia Association [ TIF
O Media (TV, newspaper, radio)
U Internet

O Other, please specify

O I have not heard of these new scientific advances.

www.ihalassaemia.org.cy




3. Please indicate what is your understanding about gene therapy in
thalassaemia, based on your knowledge (You may select more than 1 option).

(] Gene Therapy is a total cure for Thalassaemia

L] Gene Therapy is a partial cure for Thalassaemia

L] Patients with thalassaemia who undergo gene therapy will still need to
receive treatment including blood transfusions and iron chelation even
after undergoing gene therapy

L1 If patients with thalassaemia have children after being cured with gene
therapy, the treated patients will not pass on the thalassaemia trait to
them.

4. Do you know the process and the steps and medical interventions that are
involved in gene therapy?

[ Yes
[1No
L1 Partly/vaguely

5. Are you aware of the criteria a patient must fulfil in order to be a candidate for
gene therapy?

U Yes
O No
U1 Partly/vaguely

6. Please indicate how you feel about gene therapy?

L] Very positive /| No concerns

L] Somewhat positive

(] Neutral

[ Somewhat negative

L] Very negative / Many concerns

[ Idon't know

O Other comments, please write specific hopes and concerns you may have
about gene therapy:




7. What do you think the benefits of gene therapy will be for a thalassaemia
patient?

[J No more blood transfusions

[ No more iron chelation therapy
[] Fewer / No organ complications
[ Less blood transfusions

[J Other comments:

8. On the basis of the what you know about gene therapy, and if you meet the
selection criteria, would you choose to undergo gene therapy?

[ Yes

LI No

[] Unsure /Possibly

[J I would need to consult my doctor

[] I prefer to wait and see for other patients and then decide
[JIdon't know
[J Other comments:
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Thérapie Génique et Thalassémie :
Le Point de Vue du Patient

Je suis :
[ Patient (Thalassémie)
O Parent dun enfant atteint de thalassémie

L] Autre, précisez
Age: Ville: Pays:

1. Merci d'indiquer dans lesquels des domaines suivants la thalassémie affecte
votre vie (vous pouvez choisir plusieurs réponses).

O Santé

0 Education

O Professionnel / Emploi
O Vie sociale [/ Famille

O Finances

0 Autre, precisez

2. Il existe de nouvelles avancées scientifiques concernant la prise en charge et le
traitement de la thalassémie. Mercl d'indiquer la maniére dont vous en avez
pris connaissance (vous pouvez choisir plusieurs réponses).

O Docteur
O Amis [ Famille
O Association de la thalassémie / TIF

0O Médias (télévision, presse, radio)

wwwthalassaemia.org.cy




O Internet

0 Autre, précisez

0 Je ne suis pas au courant de ces avancees scientifiques.

3. Sur la base de vos connaissances, merci d'indiquer ce que vous comprenez de
la thérapie génique en lien avec la thalassémie (vous pouvez choisir plusieurs

réponses).

[1 La thérapie génique est un remede total 4 la thalassémie

L] La thérapie génique est un reméde partiel a la thalassémie

[] Les patients atteints de thalassémie ayant recours a la thérapie génique
devront toujours recevoir des traitements, notamment transfusions
sanguines et chélation du fer, méme a l'issue de cette thérapie

[1 Si des patients atteints de thalassémie ont des enfants aprés avoir été
gueéris par la thérapie génique, ils ne leurs transmettront pas le géne
thalassémique.

4. Connaissez vous le processus, les étapes et les interventions médicales que la
thérapie génique implique ?

(] Qui
(1 Non
(1 En partie/vaguement

5. Etes-vous informé(e) sur les critéres que les patients doivent remplir pour
pouvoir bénéficier de la thérapie génique ?

O Qui
[J Non
U1 En partie/vaguement

6. Merci d'indiquer votre ressenti quant a la thérapie génique :

L] Treés positif / Sans inquistude

L] Phutét positif

[1 Neutre

L] Plutét négatif

L] Trés negatif / Beaucoup d'inquiétude

[l Je ne sais pas

O Commentaires supplémentaires, merci de préciser les espoirs et

inquiétudes que vous pourriez aveir quant a la thérapie génique :




7. Quels vont étre, selon vous, les bénéfices de la thérapie génique pour les
patients atteints de thalassémie ?

(1 Plus aucune transfusion sanguine

(] Plus aucun traitement chélateur de fer

L1 Moins / Plus de complications concernant les organes
[1 Moins de transfusions sanguines

1 Autre :

8. En vous fondant sur votre connaissance de la thérapie génique, et si vous
remplissiez les critéres de sélection, choisiriez-vous d'avoir recours a ce
traitement ?

L1 Oui

[l Non

[l Incertain / Peut-étre

[] Je devrais d'abord consulter mon médecin

[1 Je preférerais attendre de voir les retours d'expérience d'autres patients
avant de décider

[l Je ne sais pas

L] Autre :
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Gentherapie and Thalassamie:
Aus der Perspektive des Patienten

Ich bin ein/e:
[ Patient/in (Thalassamie)
O Elternteil eines Kindes mit Thalassamie

L] Andere, bitte angeben
Alter: Stadt: Land:

1. Bitte geben Sie an, auf welche der folgenden Bereiche sich Thalassamie auf Thr
Leben auswirkt (Sie konnen mehr als eine Antwort auswahlen).

O Gesundheit

O Bildung

O Beruflich / Arbeit

O Das soziale Leben / Familie
O Finanzen

0O Andere, bitte angeben

2. Es gibt mittlerweile neue wissenschaftliche Maglichkeiten fiir die Pflege und
Heilung von Patienten mit Thalassamie.
Bitte geben Sie an, wie Sie iiber diese informiert wurden. (Sie konnen mehr als
eine Antwort auswahlen).

O Arzt

O Freunde / Familie

O Einem Verband fiir Thalassimie / TIF
0O Medien (TV, Zeitung, Radio)

www thalassaemia.org.cy m




O Internet

O Andere, bitte angeben

O Ich habe von solchen Moglichkeiten noch nichts gewusst.

3. Bitte geben Sie an, was Sie aufgrund IThres Wissens unter Gentherapie von
Thalassamie verstehen. (Sie konnen mehr als eine Antwort auswahlen).

(1 Eine Gentherapie fithrt zur vollstindigen Heilung der Thalassamie.

(1 Eine Gentherapie heilt Thalassamie nur teilweise.

(] Patienten mit Thalassamie, die eine Gentherapie machen, miissen sich
trotzdem weiterhin behandeln lassen; das heift sowohl Bluttransfusionen
als auch die Eisenchelat-Therapie miissen auch nach der Gentherapie
durchgefithrt werden.

(1 Wenn Patienten mit Thalassamie Kinder kriegen nachdem diese durch
eine Gentherapie geheilt wurden, dann wird Thalassamie nicht an die
Kinder der behandelten Patienten weitervererbt werden.

4. Kennen Sie den Ablauf und die jeweiligen Schritte sowie die medizinischen
Eingriffe, die als Teil der Gentherapie durchgefiihrt werden?

Ja
] Nein
[ Teilweise / Unklar

5. Kennen Sie die Kriterien, die ein Patient erfiillen muss, um erfolgreich als
Kandidat fiir eine Gentherapie zugelassen zu werden?

Ja
] Nein
O Teilweise / Unklar

6. Bitte geben Sie an, wie Sie zu Gentherapie stehen.

(1 AuRerst positiv / Keine Bedenken
U] Eher positiv

[1 Neutral

U] Eher negativ

[0 AuRerst negativ / Viele Bedenken
[ Weif nicht

O Andere, bitte schreiben Sie konkret welche Hoffnungen und Bedenken

Sie beztiglich der Gentherapie haben konnten:

2



7. Was glauben Sie, welche Vorteile die Gentherapie fiir einen Thalassamie
Patienten haben wird?

[] Keine weiteren Bluttransfusionen

(1 Keine weitere Eisenchelat-Therapie

L1 Weniger / Keine Organkomplikationen
(1 Weniger Bluttransfusionen

(1 Andere:

8. Wiirden Sie sich auf Grundlage dessen, was Sie iiber Gentherapie wissen, und
wenn Sie die Voraussetzungen dafiir erfiilllen, fiir eine Gentherapie
entscheiden?

]Ja

] Nein

[l Unsicher { Wahrscheinlich

[ Ich misste meinen Arzt dazu befragen

[ Es vorziehen, andere Patienten abzuwarten und dann entscheiden

[l Weifs nicht
[ Andere:

Im Rahmen unserer Advocacy-Arbeit, die darauf abzielt, Patienten den Zugang
zu Gentherapie und anderen neuen und innovativen Therapien zu erméglichen
um dabei die Behandlung von Thalassamie zu erleichtern und zu unterstiitzen,
fihren wir eine kurze Online-Umfrage zu Gentherapie durch, um Ihren




Wissensstand zu testen und lhre Amnsichten zu diesem wichtigen Thema zu
sammeln und zu bewerten!

Was sind [hre Kenntnisse und wieviel werstehen Sie tliber das Thema
Gentherapie?

Was glauben Sie, welchen Nutzen Gentherapie fiir die Patienten haben wird?

Waren Sie bereit, sich einer Gentherapie zu unterziehen, wenn sich Thnen eine
solche Moglichkeit bieten wiirde?

Nehmen Sie heute an der Umfrage von TIF teil und verleihen Sie Ihrer Stimme
Ausdruck!
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Terapia Genica e Talassemia: Il punto di vista del paziente

Versione 2.3

1. Sono:
Paziente (Talassemia)
Genitore di un bambino/a con talassemia

Altro, prego specifica

2. Informazione Personale

£ | |

cina | |

3. Indica in qualefi modoli (tra i

ti) la thalassemia influenza la tua vita (puoi scegliere pil di 1 opzione).

Salute Vita sociale / Famiglia
Istruzione Economico
Professionale / Lavoro

Aliro, prego specifica

4. Ci sono nuovi progressi scientifici per la cura definitiva della talassemia. Indica come ne sei venuto a conoscenza (puoi

gliere pil di 1 opzione)

Medico Media (TV, giornali, radio)
Amici / Famiglia Intemet

Associazione Thalassemici | TIF Mon sono a di prog

Altro, prego specifica

5. Indica qual & la tua comprensione della terapia genica nella talassemia, a seconda di quello che sai (puoi scegliere pit
di 1 opzione).

|:| La terapia genica & la cura definitiva della Talassemia

|:| La terapia genica & una cura parziale della Talassemia

D | pazienti con talassemia che vengono trattati con la terapia genica i di ricevere
dopo aver fatto la terapia genica

i di sangue e chelazione del ferro anche

D Se i pazienti con talassemia hanno figh dopo essere stati curati con la terapia genica, non ai figli il tratto




—

6. Conosci il procedimento, i passi e gli interventi
I:l Si
D No

I:l Parzialmentelvagamente

i che sonor i nella terapia genica?

7. Sei consapevole di quali criteri siano necessari per essere candidato alla terapia genica?
|:| Si
|:| No

|:| Parzialmentefvagamente

8. Indica le tue sensazioni riguardo terapia genica

|:| Molto positivo / Nessuna precccupazione [[ Piuttosto negativo

I:‘ Piuttosto positivo D Molto negativo / Molte precccupazioni
|:| Indifferente [[ Non so

|:| Altri i, riporta e ioni che hai sulla terapia genica:

9. Quali pensi che siano i benefici della terapia genica per un paziente thalassemico?
I:' Mon pidl trasfusioni

D Mon pill terapia chelante

I:l Pochi / Nessuna complicanza d'organo

D Meno trasfusioni

I:l Altri commenti:

10. In base a cio che sai della terapia genica, e se tu avessi le caratteristiche giuste, sceglieresti di farla?

S0 Mi consulterei col mio medico
No Preferisco aspettare e vedere su altri pazienti, poi decidere
Mon sono sicuro /[Forse Mon so

Altri commenti:




Survey in Spanish

THALASSAEMIA INTERNATIONAL FEDERATION

In official relations with the World Health Organization

HEADQUARTERS TriaLASSATNLA
31 Ifigenias. 2007 Micosia, Cyprus » PO Sox 28807, 2083 Nicosia. Cyprus MTERMATIONAL

Ted- «357 22 319120, Fax +357 22 314 552, E-mail thalassaemiz@cytanet com.oy Feoeramon

Version 2.3// 3 de julio 2020

Terapia génica y talasemia:
Desde el punto de vista de los pacientes

Soy:
[ Paciente ( con talasemia)
[0 Padre de un nifio con talasemia

L1 Otro, por favor aclare:
Edad: Ciudad: Pais:

1. Indique con cudl de las siguientes formas la talasemia afecta su vida (Puede
seleccionar mds de 1 respuesta):

O Salud

0 Educacién

O Trabajo / Empleo

O Vida social / Familia
O Carga financiera

O Otro, por favor aclare:

2. Hay nuevos avances cientificos hoy en el cuidado y tratamiento de la
talasemia. Indique cémo fue informado al respecto (Puede seleccionar mas de
1 respuesta):

O Médico

O Amigos / Familia
O Organizacion / Asociacion de pacientes / TIF

O Medios de comunicacién (TV, radio, periddicos=
O Internet

O Otro, por favor aclare:

www.thalassaemia.org.cy m




O No he escuchado / sido informado sobre estos nuevos avances

cientificos.

3. Indique su comprension de la terapia génica en la talasemia segtin sus
conocimientos ( Puede seleccionar mds de 1 respuesta).

[1 La terapia génica es una cura completa para la talasemia.

[1 La terapia génica es un tratamiento parcial para la talasemia.

(1 Los pacientes con talasemia que se someten a terapia génica necesitaran
recibir tratamiento, como transfusiones de sangre y terapia de quelacion de
hierro, incluso después de haberse sometido a terapia génica.

U1 51 los pacientes con talasemia tienen ninos después de la terapia génica,
no transmitiran las caracteristicas de la talasemia a sus hijos.

4. ;Conoce el proceso, los pasos y las intervenciones médicas involucradas en la
terapia génica?

S
O No
[ Parcialmente

5. ;Conoce los criterios que un paciente debe cumplir para convertirse en
candidato para la terapia génica?

si
1 No
O Parcialmente

6. Indigue como se siente con respecto a la terapia génica:

U1 Muy positivo [ No tengo preocupaciones

[1 Algo positivo

[1 Neutral

U1 Algo negativo

(1 Muy negativo / Tengo muchas preocupaciones

(1 No lo sé

O Otros comentarios, escriba las esperanzas y preocupaciones especificas
que tenga sobre la terapia génica:




7. ;Cudles cree que seran los beneficios de la terapia génica para un paciente de
talasemia?

[1 El paciente ya no necesitard transfusiones de sangre.

(1 El paciente ya no necesitara terapia de quelacion de hierro.
[1 El paciente no tendrd complicaciones de d6rganos.

U1 El paciente necesitard menos transfusiones de sangre.

(1 Otros comentarios:

8. Segun lo que sabe sobre la terapia génica y si cumple los criterios de seleccion,
;elegiria someterse a la terapia génica?

[1Si

[1 No

(1 No estoy seguro / Probablemente

(] Tengo que consultar a mi médico

[Prefiero esperar para ver los resultados del tratamiento en otros
pacientes y luego decidir

[1Nolosé

(1 Otros comentarios:
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Fovidiaxi) Oepameio kot Ocdaooapios:
Amd Vv onTIK) YwVia Twv acBevav

Eipou:

0 AcBevii¢ (Oaiacoapikdg)

O lFovéag moaudiov pe BaAacoapia
0 AXdo, mapakaie Sievkpiviots:
HAia: MMoAn: Xwpa:

1. MMapaxaieiofe va avadépete pe moov amd TOUG TMAPAKATW TPOTOUS 1)
Baracoaipia emnpedder ™ {wi} oag (Mmopeite va emAéiete mepioooTepeg amd 1
QTAVTIOEIS) !

O Yyeia

O Exnaidevon

O Epyaoia /| AtaoydAnon

O Kowvwvikr) {wr) / Owoyévewx
O Owkovopikr) emPBdpuvon

O Ao, mapakadw Sievkpiviote:

2. Yndpyouvv véeq emotnpovikég efeAileic onpepa yix ™ Ppovrida ke ™
Bepaneia ¢ Badacoaipiag. IMapakadeioBs va avadépete tov tpdmo pe tov
omoio éyete evpuepwBei oxetikd (Mmopeite va emAédere meplocdrepeg amd 1
QAMAVTIOELS):

O latpog
O ®idot / Owoyévera

O Opyaviopdg/ Zivdeopog acbevav / TIF (AOO)
O MME (TnAe6paon, padiddwvo, edpnuepideg)
O Awxdixtvo

www.thalassaemia.org.cy




O AXAo, mapakaAw Sievkpiviote:
O Aev €xw axovoel/evijpepwBel yio autég Tig véeg emotnpovikeg efedileig.

3. MNopaxadeiobe va avadépere mowx eivon 1 KATEVONOT] COC OXETIKA HE TN
yovidiakr] Bepaneia ot Bodaooapia, pe Paon g yvwoeg oag (Mmopeite va
emALEeTe MEPIOCOTEPES (MO 1 AMAVTITELS).

L1 H yowibiakr) Oepameia ivan pua oAer) Bepaneio yie v BaAacowpic

U1 H yowibiakr) Oepameia ivan pepikn) Bepaneia yioe tn BaAnooopic

L1 On aoBeveig pe Bedaooaipio mov vmoPfaArdovral oe yovidiekr) Bepansio Ba
ypewotel axdpa va Adfouv Bepamneia, cupmepiiapfavopévav petoayyioewv
aiparog kat Bepaneing anocdnpworg, akopn Kut peTd Tnv umoPoir] Toug o
yovidiakr) Bepamneio

[l Edv o1 acBeveic pe Boedaooapia amoktrjoovy moudie petd v vmoPoin)
toug oe yowidiaxr) Oepameic, §¢ Oa peraPifdoovv ota moudid Toug Ta
xepaktnplotikd tng Badaocoopiag.

4. I'vwpilete ™ Swdikacia, ta Prparte ko T wrpkés mapepfdosg mov
gpmAgkovran ot yovidiakr) Bepameic;

[ Neu

L0y
L1 Mepixwg/adpiota

5. Mvwpilere ta kpimipiae mov mpémel va mAnpoi évag acBeviig yux va yiver
umolndiog yix yovidiakr] Bepamneia;

[ Nea

L1'Ox
L1 Megpikwg/ adprlota

6. MNapakoieioBe va avadépere nw cuoBdveote yua ) yovidiakr) Oepareio:

[l MoAd Betika | Aev £xw kapia avnouyia

[ Kémwg Betikd

U Qudérepa

U1 Kémwg apvnoka

L1 MoAd apvnuikd /[ ‘Exw moAAég aviouyieg

L1 Ae yvwpilw

O Al oydha, mopaxaieioBe va ypalete ovykekpipéveg eAmideg kot
avnouyieg mov £eTe oyeTikd pe ) yovidiakr] Bepameia:



7. Mok motebere 6 Ba elvan ta odédn g yovibiokr|g Bepamelag yie fvov
acbBevi] pe BaAaooopic;

L1 O aoBeviic 8e Ba ypedleton ma petayyioeg aipatog

L1 O aoBeviig 8e Ba ypedleron ma Bepaneia amooidipwong
L1 O aoBeviic 8e B mapovoidadel emumhokég opydvav

L1 O aoBeviic Ba yperaleton Aiyotepeg petayyioeig aipoarog
L AdAo oo

8. Me Pdon auta mov yvwpilete yix n) yovidiaki] Oepameia kot av mAnpoite T
kpithpla emAoyng, B emAéyare va vmoPAnbeite oe yowidiaki) Bepaneic;

L1 Neu

0Oy

U1 Aev eipon PéPatog / ITiBavov

[l Oa ypeworei va oupfovievtw tov wetpd pou

U Mpotipw v mepipéve va dw ta amoteAéopata g Bepaneiag o dAioug
acBeveig kou karomv va anodaciow

01 Ae yvwpidw

0 ARAo oyoiua:
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ABOUT THALASSAEMIA INTERNATIONAL
FEDERATION

The Thalassaemia International Federation, a non-governmental, patient driven umbrella organisation,
established in 1986, supports today, the rights of patients for access to quality health, social and other care through
its work with over 200 national thalassaemia associations in 62 countries across the world. Founded by a small
group of doctors and patients/parents who represented National Patient Associations, mainly from Cyprus,
Greece, Italy, UK and USA i.e. countries where thalassaemia had been recognized early as a genetic, hereditary
disorder with huge medical, public health, social and economic repercussions if left unaddressed in terms of both
effective prevention and management. Thus, these were the countries where strong research activity was initiated
and the first control programmes were implemented in the early 1980s, with measurable success. The rationale
of these founding members lay on the establishment of an international umbrella organisation to build on the
accumulated experience and the knowledge gained, aiming to support the efforts of other countries since by the
mid-1980s the worldwide prevalence of the disease had been well verified.

Our Mission: The prioritisation of thalassaemia on national health agendas and the development and
implementation of effective disease - specific control (prevention and clinical management) programmes within
national healthcare systems based on universal coverage

Our Vision: To support the provision of equal access of every patient with thalassaemia to high quality health,
social and other care in a truly patient-centred healthcare setting

Our Values: Transparency, reliability, ethos, accountability, independence and patient-centredness

Our Work:
v i v ..
v Education v Advocacy Collaborations/ v Research Raising

Networking Awareness

Our Partners:
* World Health Organisation: in official relations since 1996

¢ United Nations: in special consultative status with the United Nations Economic and Social Council (ECOSOC)
since 2017

e Council of Europe: participatory status in the Conference of International NGOs since 2019
e European Union: official partners of the European Commission in the field of Health since 2018

Our Motto: Unity & Knowledge constitute our Strength!

)




