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FOREWORD

In Europe, sickle cell disease (SCD) affects more than 52,000 people,
making it one of the most common among rare diseases. Life with SCD
- an inherited blood disorder which causes red blood cells to lose their
normal disc shape and get stuck in small blood vessels, blocking the
flow of blood and oxygen to the body - is challenging and unpredictable,
not only because severe pain can strike at any moment of the day or the
night but also because of a wider range of debilitating health issues that
affect every area of life.

Awareness of SCD is still low and it is difficult for people to understand
what those affected by it go through every single day. For instance,
symptoms can prevent children from having a normal childhood, forcing
them to spend a lot of time at the hospital for regular blood transfusions,
forcing them to miss school and keeping them from participating in
activities that their friends and classmates enjoy. Moreover, SCD, which
predominantly affects people of African, Mediterranean and South Asian
descent and from socio-economically vulnerable groups, who already
tend to have difficulties in accessing healthcare, is often surrounded by
societal stigma and misperception. People going to hospital to access
emergency services during pain episodes don't always receive the
support they need, because of the lack of knowledge and understanding
about SCD amongst healthcare professionals.

MEP Istvan Ujhelyi




We believe that it is our duty as policymakers to inspire action at EU level
to improve the quality of life of people living with sickle cell disease. In this
sense, the revisions of the Orphan Medicinal Products (OMP) Regulation
and the Pharmaceutical Strategy and the implementation of the SoHO
(Substances of Human Origin) Regulation are opportunities that cannot
be missed to improve the standards of care of SCD patients across the
EU. There are already some tangible actions that can be taken at EU level,
such as introducing universal newborn screening, and encouraging best
practice sharing in SCD care and cross-border collaboration through the
creation of an EU-wide SCD patient registry.

It is certain that the EU has an important role to play in ensuring better
and equal access for all patients, who are in need of treatments, and
we are committed to working with our colleagues in the European
Parliament along with other stakeholders, to help to address some of the
unmet need of a community of patients and European citizens. We are
therefore proud to contribute to this report, which sheds light on the need
to increase sickle cell disease awareness, remove patient stigma, and to
educate the wider public, non-specialist healthcare professionals, and
policymakers on the need for long-term health outcome change. This
is an important step among many which are needed to address these
challenges, and it is only by working together with the whole community
that we can truly improve the lives of people living with SCD.

e
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Executive Summary

While Sickle Cell Disease (SCD) garnered increased global attention back in
2008 because the World Health Organisation (WHO) classified it as a health
priority, to date knowledge and awareness levels are still low among the
public. This is accompanied by examples of stigma and misperceptions even
among key stakeholders and the wider healthcare community. Negative
emergency care experiences and a lack of understanding among healthcare
professionals have resulted in poor health outcomes and inequity for people
living with the disease. This in turn has led to patients avoiding care, adopting
‘bracketing’ and negative self-management tactics, and distrust in the
availability of effective treatments. These are further exacerbated by the social
aspects of the disease, and the fact that those who are most likely to have
the disease come from marginalised backgrounds. With the EU identifying
non-communicable and rare diseases as a priority for health research

and innovation for the future - this report showcases the youth view and
perspective on SCD. It does this by analysing:

The knowledge and awareness levels of youth on SCD, its pain burden, their
views on the best strategies to remove stigma, and what they want to learn
more about.

The screening status of young people.

What youth see as key priority action areas for the future.

Their views on the introduction of universal screening, and the creation of an
EU-wide patient registry.

The insights were gained through a survey of 2,400 young people aged between
20 and 30 in France, Germany, Italy, Spain, the UK and Poland. Contributing to

the need to increase awareness levels of SCD among the public, to remove the
stigma faced by SCD sufferers, and to combat a general unwillingness to open-up
about the disease, it highlights that more can and needs to be done to build back
fairer and ensure health equity.
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9 Recommendations

Based on the key findings uncovered, this report recommends to:

Increase knowledge and awareness of SCD in general,
including the impact on patients’ quality of life, as well

as challenge societal stigma and misperceptions through
education campaigns for the public and healthcare professionals,
awareness raising activities, and media attention.

Improve standards of care for SCD patients by bolstering
healthcare professional and SCD patient trust, and by
challenging the prevailing trend of SCD ‘bracketing’ and an
unwillingness to open-up about the disease among the SCD
community.

Introduce universal screening (screening for all) regardless of
prevalence in society.

Elevate best practice in SCD care and cross-border
collaboration through the creation of an EU-wide SCD patient
registry.

Boost policy commitments to increased spending, focus, and
research on SCD both at the EU level and nationally by mobilising
stakeholders and creating an EU SCD Coalition whose main aim
will be to continue raising political and societal awareness on SCD.

©® ® e ©®© 6
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Section 1: Literature Review

1.1 Introduction & Background

Sickle Cell Disease (SCD) is becoming an increasingly
recognised major global public health issue. However,
and despite its elevation on the public health radar
and among certain key stakeholders, general
knowledge levels on the disease and even among
wider health professionals is still lacking.* The World
Health Organisation (WHO) and the United Nations
(UN) designated SCD as a major global public health
problem and priority, signifying what should have
been a sea change in global awareness. Recent major
national and global initiatives aimed at boosting
resources on monitoring, research, and treatment have
seen some improvements. However, bad services
and low knowledge levels are still a key issue leading
to poor health outcomes, health inequity, and wider
social concerns.2 Gaps in treatment and negative
experiences coupled with societal misperceptions can
cause fear, stigma, and the avoidance of appropriate
care, exacerbated by recent examples of patient
mistreatment resulting in avoidable deaths of SCD
sufferers.

Providing high-quality care for sickle cell disease
requires identifying evidence-based services

for individuals suffering from the disease, the
availability of and easy access to a well-trained

and multidisciplinary workforce, and effective and
timely diagnosis of the disease accessible to all.
Stakeholders need to know the implications of
different treatments and delivery systems for different
people and boost best practices in both prevention
and patient treatment.3 It is integral moving forward to
improve standards of care, knowledge and awareness
levels, stakeholder involvement, and foster political
engagement and policy change to reduce health
inequalities and elevate the conditions and needs of
patients across society. Moreover, it is fundamental to
raise public awareness on the burden of the disease
for patients and families, to understand the wider
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social inequalities linked to SCD, and educate youth
on prevention and treatment.

With this this in mind, the following report seeks to
contribute to the growing need to increase sickle

cell disease awareness, remove patient stigma and
unwillingness to open-up about the condition, and to
educate the wider public, non-specialist healthcare
professionals, and policymakers on the need for long-
term health outcome change.

1.2 What is Sickle Cell Disease?

Sickle cell disease (SCD) is a collective name referring
to a group of rare blood disorders. They are inherited
in an autosomal recessive manner (recessively),

and are characterised by the presence of sickle, or
crescent-shaped, red blood cells in the blood stream #
A genetic condition, it affects haemoglobin (the iron-
rich protein contained in red blood cells) responsible
for carrying oxygen from the lungs to the rest of the
body. People with SCD have a type of haemoglobin
(called haemoglobin S (HbS) or sickle haemoglobin)
which is different to normal adult haemoglobin
(haemoglobin A or HbA) 5

Inherited Disorders

Sickle cell disease is passed on through the family.

It cannot be caught and is not infectious. Sickle cell
carriers are often referred to as having sickle cell trait,
meaning they have one normal and one affected gene
(red blood cells containing both normal haemoglobin
and sickle haemoglobin). As carriers are usually
perfectly healthy, they can be completely unaware
they can pass it on unless they have had a blood test.
If both partners in a couple are sickle cell carriers, then
there is a one in four chance in each pregnancy that
their child could have the disease, and a 50% chance
of being a carrier.®

in the university curriculum: a survey assessing demand for open-access educational materials in a constructed community of interest. Diversity

2021. Wiley.
rt. The National Academic Press. Washington, DC
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1.3 Signs, Symptoms, and the Burden of SCD

Despite the severity of the disease varying
considerably due a whole host of factors, most SCD
sufferers experience significant lifelong morbidities.
These range from shortness of breath, fatigue,
anaemia, jaundice, and development problems

for children, to significant organ damage caused

by the sickling process.” Patients are prone to
experiencing episodes of severe pain known as sickle
cell crises, often lasting up to a week and requiring
hospitalisation.® The clinical manifestations of SCD
are caused by increased red blood cell breakdown

or destruction and the onset of acute pain episodes
known as vaso-occlusive crises (VOC). These can lead
to infection, acute chest syndrome, stroke, chronic
pain, and damage to the spleen, kidneys, brain, and
lungs.? The complications caused by the disease
extend throughout a person'’s lifetime and reduce life
expectancy by roughly 30 years when compared to
healthy people.

Living with SCD

Fulfilling normal aspects of life at all stages is a
challenge for people with SCD. Education and school
are even more demanding due to regular interruptions
for treatment, the likelihood to spend periods of time
in hospital, and the wider negative impacts of the
disease on social life, confidence, and well-being.

This is further exacerbated by a lack of understanding
across whole sections of society resulting in negative
misconceptions levelled towards patients and
sufferers.

Preventing Crises

Several factors have been seen to bring about a
painful and extended sickle cell VOC crisis. These
include infections, pollution, cold and/or damp
conditions, strenuous exercise, stress and anxiety, and
wider poor personal health management* Based on
this, people suffering from SCD are advised to keep
warm, maintain a healthy diet, drink plenty of water,
avoid as much stress as possible, and keep up to
date with wider healthcare including medication and
vaccinations.*?

1.4 Why Raise Awareness? Removing Stigma
& Discrimination

Despite being one of the most common significant
genetically inherited conditions, SCD is unique based
on its social implications and the wider structural and
economic factors at play. It predominantly affects
people from minority and marginalised groups. This,
coupled with the severe nature of VOC pain episodes

Section 1: Literature Review

requiring strong opioid-based drugs can result in
prejudice and negative misperceptions.® Despite SCD
affecting all people and ethnic groups, its prevalence
amongst minority populations in Europe, and with

the UK as an example among the self-identified

black African or black Caribbean populations - SCD is
vulnerable to societal prejudice.* Based on this it has
been noted the interface and relationship between
people with the disease, health professionals, health
researchers, and wider health related stakeholders is
negatively impacted by distrust and negative relations
based on race and ethnicity. This highlights the need
for a more holistic understanding and education of
the disease, with scientific education needing to be
bolstered with and accompanied by social science
education.’® This would help challenge the stigmas
and societal prejudices associated with the disease,
and ensure healthcare professionals are well versed
in the social, structural, economic, and political issues
that accompany the medical burden of SCD.

SCD as a Model for Future Health Equity

These wider scientific, social, and stigma-based
aspects of SCD emphasise how the disease can
identify best practices in future health equity. This
is based on SCD research, awareness building, and
education having the potential to identify structural,
social, environmental, and behavioural gaps in access
to treatment and care. Coupled with technological
advancements and policy backing, this could boost
the prediction, prevention, care and management
of SCD complications in ways which are not only
more accessible, but also more practical, safe and
affordable *®

The negative impact of the Covid-19 pandemic on
SCD patients, and minority groups overall, reiterate the
need for this. At the start of the pandemic, the National
Health System (NHS) in the UK through its ‘People at
high risk (clinically extremely vulnerable)' list failed

to include certain genotypes of sickle cell disease.
Once rectified, many people were noted saying those
with sickle trait were being told incorrectly they were
also classed as clinically extremely vulnerable” This
added to the already present trauma among the SCD
community because of the pandemic and reiterates
the need for more to be done.

Wider Health Inequity

The pandemic has highlighted underlying health
inequity among minority groups and people within the
BAME - Black, Asian, and Minority Ethnic community,
which further emphasise the challenges being faced
withing the sickle cell community. This is because
Covid-19 has exacerbated already present structural
inequality based on socio-economic background,
ethnicity, and disability. Moreover, the BAME

7 Global Blood Therapeutics. (2020). Overview of the sickle cell disease environment in select European countries. October 2020.

8 Eshalomi. F. (2022). Healthcare professionals lack sufficient training and awareness of sickle cell disease. Politics
g

me. 25 January.

) Ware. E. R etal. (2017). Sickle cell disease. Lancet. 2017 Jul 15,390(10091):311-323. doi: 10.1016/30140-6736(17)30193-9. Epub 2017 Feb 1. PMID: 28159390
10 Shriner. D et.al (2018). Whole-genome-sequence-based haplotypes reveal single origin of the sickle allele during the Holocene wet phase. Am J Hum Genet. 2018;102(4):547-556

11 Dyson. S.(2017)
12 Dyson.S.(2011)

13 Chakravorty. S, Tallett. A, Witwicki. C et.al. (2018). Patient — reported experience measure in sickle cell disease. Arch Dis Child 2018,103:1104-1109.
14 Bediako. S. M. etal. (2011). Race and social attitudes about sickle cell disease. Ethnicity and Health 16:423-9

15 Royal. D.M
16 Royal. D. M. C, et al. (2021)

C, etal (2021). Sickle cell disease is a global prototype for integrative research and healthcare.

17 SCTAPPG. (2021). Cast Aside and Forgotten. The Sickle Cell and Thalassaemia All Party Parliamentary Group (SCTAPPG) Report into the Experiences of Those Living with Sickle

Cell or Caring for Someone with Sickle Cell During the Covid-19 Pandemic.
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Section 1: Literature Review

community experiences higher rates of mortality from
Covid-19 related to their disproportionate experience
of high risk living.*®

1.5 Pattern of Not Seeking Care & Negative
Experiences

A significant contributing factor to poor health
outcomes for people suffering from sickle cellis the
discontent felt towards non-specialist healthcare
professionals. This is exacerbated by negative
experiences further embedding feelings of alienation
and stigma. The Sickle Cell World Assessment Survey
(SWAY) findings reiterated this a global problem in
2019.° While it reinforced the negative impact of the
disease on patient quality of life (QoL), including its
detrimental effect on mental health and emotional
well-being - it highlighted the debilitating and often
under reported effects of the disease.?° Even more

of a concern was the tendency for patients to avoid
care even when displaying potentially life-threatening
symptoms. Among the key findings it was noted:#

On average more than 5 VOCs were experienced
each year by patients.

Over Q0% experienced at least one in the past 12
months.

Of the 11,000+ VOCs reported, almost one quarter
were managed at home, and 33% resulted in
hospitalisation.

Despite the life-threatening complications brought
about by the disease, patients preferred to run the risk
of managing crises at home due to bad experiences
at hospitals or emergency rooms, and the belief

that healthcare professionals do not understand the
disease.

Emergency Care

This discontent has been repeated in various patient
reported experience surveys, with findings in the UK
reiterating the negative experiences of SCD patients
needing emergency care and pain relief. This was felt
most strongly by young people and adolescents at
key transition periods within their lives.?? Young people
between 16 and 20 questioned whether their hospital
experience was suitable for their age, had concerns
over the medication and information they were being
given, and the guidelines given to manage their pain
during a crisis. Moreover, while many young people
express content in the care received at specialist
haemoglobinopathy services, these negative
experiences at general wards have resulted in some
being afraid to access secondary care, or even worse
to avoid hospitals all together.®

18 SCTAPPG. (2021). Cast Aside and Forgotten

12

1.6 Raising Young People’s Voices:
A Life-Course Approach

While young people with SCD are the most prone to
hold negative views on their healthcare experiences,

it is these very same young people who are at a key
transition period from childhood to adulthood. As a
result, the challenging nature of the transition coupled
with the need to self-manage the condition can lead
to worsened health outcomes. This is based on the
complicated relationship between the expectations
placed on youth as adult patients (independence,
self-care), the realities of their condition, and demands
to learn more about SCD, while at the same time
being ignored or made to feel invisible when they
make requests on the care they receive based on their
patient experience

This is even more amplified when patient testimonials
reiterate that patient care plans developed
specifically to ensure routine care are either ignored
or miscommunicated between different departments.
In response SCD patients must educate healthcare
professionals on the basics of their condition during a
pain crisis and during significant distress 2 Even when
SCD patients do this, it is often ignored, with young
patients stating:¥”

1. Their pain relief needs are ignored or played
down.

2. Non-specialist staff are sceptical about young
people's needs and voices, and sometimes view
them as drug-seeking as they are unaware VOC
pain episodes require strong opioid-based drugs.

3. They face barriers due to being left out of
decisions. healthcare professionals often do not
recognise the patient's expertise in their own
condition.

Looking forward it is key to engage with young people
who have SCD as experts in their disease. Their
negative experiences of non-specialist healthcare
provision and tendency to self-manage the disease
can be used to train non-specialist hospital staff on
the complexities of living with the disorder. Listening
to young people's voices and acting on what they say
is therefore paramount to foster inclusive, life-course
based, and youth-friendly policies and health-care
services across the board.

Improving Healthcare Professional & Patient
Relations

A further key focus point in improving trust between
SCD patients, the healthcare community, and wider
stakeholders is in boosting dialogue, training, and
education. Alongside using youth as experts in their
own disease, ensuring improved joined-up care
across the entire spectrum is key. Resultantly, it has
been suggested that the inclusion of comprehensive
training in sickle cell as part of curriculums for

19 The SWAY survey presented findings from over 2,000 SCD patients and 300 healthcare providers across 16 countries globally.
20 Sickle Cell Society. (2019). Global Survey Uncovers Under Reported Effects of Sickle Cell (SWAY Results). News. 13 December 2019.

21 Osunkwo. | etal. (2019). Management Strategies and Satisfaction Levels in Patients with Sickle Cell Disease: Interim Results from The International Sickle World Assessment Survey (SWAY)

The American Society of Haematology Annual Meeting, 2019

22 lyer. V. (2019). Sickle Cell Patients in UK Survey, Especially Those 16 to 20, Voice Problems with Care and Pain Relief Given. September 18, 2018

23 Sickle Cell Society. (2021). No One's Listening: An Inquiry into the Avoidable Deaths and Failures of Care for Sickle Cell Patients in Secondary Care. All-Party Parliamentary Group,

Sickle Cell and Thalassaemia

24 Renedo. A, Miles. S, Chakrovorty. S etal. (2020). Understanding the health-care experiences of people with sickle cell disorder transitioning from paediatric to adult services: This
Sickle Cell Life a longitudinal qualitative study. Health Services and Delivery Research. Volume 8, Issue 44, Novernber 2020. National Institute for Health Research.

25 Renedo. A, Miles. S, Chakrovorty. S etal. (2020)

26 Sickle Cell Society. (2021). No One's Listening: An Inquiry into the Avoidable Deaths and Failures of Care for Sickle Cell Patients in Secondary Care.

27 Renedo. A, Miles. S, Chakrovorty. S etal. (2020)
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trainee healthcare professionals (diagnosis, acute
complications, ongoing care) with the input of SCD
patients would help bridge the gap.?®

1.7 Unpacking SCD & Boosting Awareness

Efforts to achieve normalcy and live positively with the
condition through preventive measures like drinking
lots of water, wearing outdoor clothes inside to keep
warm, or avoiding strenuous exercise can attract
unwanted attention.?® This coupled with stigma and
misperceptions both at school and at the workplace,
or more generally reiterate the issues being faced by
people with the disease.

‘Bracketing SCD’

People living with SCD therefore engage in
‘bracketing’ They distance themselves from the
condition and try to not make it a central aspect

of their personal identity. This is exacerbated by

the social context, with young people's negative
experiences of how others react to the condition and
their self-management tactics worsening the illness
experience 3 The refusal of toilet breaks at school for
example or being made fun of for keeping warm by
classmates or peers due to a lack of knowledge of the
disease - increases the likelihood of bad management
tactics and the onset of painful episodes. Some SCD
sufferers try to hide their pain to avoid concern from
others, or opposingly have had their pain reports
ignored or not taken seriously.3

e Cell Disease societal

1 caregivers to improve kno
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School interventions can play a significant role,
alongside peer-to-peer exchange. Good examples of
this include the Invisible Warrior project implemented
by Imperial College London. Designed to increase
awareness, this included digital school visits and
interactive workshops, where students learnt about
the disease, what causes it and who can get it. This
was followed by patient testimonials where people
with SCD shared their experiences and life story living
with the disease, and its wider impact on mental
health and social life.?* Initiatives like this are also key
in highlighting best practices in school and workplace
management of the disease, with the right steps in
place to help people with the disease alleviating some
of the wider burdens present.

Mental Health & SCD

The difficulty of adjusting to and coping with the
health implications of SCD can often lead to reduced
social interaction, anxiety, and depression.® As the
SWAY survey results highlighted, 41% of patients

said the disease had a high impact on family and
social life, 44% felt anxious, and 45% were depressed.
Moreover, the economic impact was raised, with more
than half noting a high impact on their education, 34%
becoming part-time employees, and 43% considering
leaving their job altogether. These factors combined
have a detrimental impact on quality of life (QoL), with
significantly ill patients at a particularly high risk of
depression and mental health issues.

and Med 6-2044

1 Journal. 02 January,
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1.8 Country Focus & National Context

The national context has a significant impact on
treatments, patient experiences, and healthcare
professional and wider stakeholder engagement. In
Europe, while SCD is one of the most frequent rare
diseases, prevalence differs between countries. It is
the most common genetic disease in both France and
the UK, and while less common elsewhere, is on the
rise in many other European countries.3

Some European countries have established newborn
screening (NBS), including Belgium, France, the
Netherlands, Malta, Spain, the UK, and very recently
Germany. However, the European screening map

is surprisingly heterogenous. France and England
were first to introduce on a national scale, while
Belgium screens regionally, Ireland has a running
pilot programme that is quasi-official, and Italy and
Germany have completed pilot studies but are in the
preparatory phase of national NBS programmes.®®
Fullimplementation of universal NBS takes place

in England, with testing for SCD firmly embedded

in newborn blood spot screening.?” In France, while
NBS is universal in nature, in Metropolitan France

it is targeted at couples at risk, with full voluntary
universal screening only available in French overseas
territories.® In both Spain and the Netherlands NBS
is universal and voluntary, with almost all newborns
being screened, while in Belgium there are currently
three regional NBS programmes in place.® In

Ireland NBS is targeted to those at risk based on

a questionnaire, although the pilot programme is
voluntary and available to all.#° In Malta, all newborn
are screened for SCD.4

France has the highest prevalence of SCD in Europe
(followed by the UK) - with large fluctuations

based on region. Care has improved significantly,

with the creation of the reference centre for sickle

cell syndromes, and disease-specific registries
including the French National Registry covering both
thalassaemia and SCD. This represents a best-practice
example in Europe.®

The prevalence of SCD in Germany is low, although
this is increasing due to migration and the changing
epidemiology of SCD. The disease has only recently
been identified as a challenge, with newborn
screening introduced at the end of 2020 by the

top self-governing body in the German healthcare
system.# However, Germany highlights that screening
for SCD is very possible in Central and Northern
European countries regardless of the low prevalence,

35 Global Blood Therapeutics. (2020)

14

as long as it is recognised as a healthcare problem
and has the relevant backing. As a result, the German
example can be used as a springboard for action
across the rest of Europe.

Italy on the other hand has a higher prevalence

level. In 2020, a national register was introduced to
monitor cases and provide an accurate census of
patients.# However, it has been noted that despite

a well-established treatment network, issues and
complications still exist with vulnerable groups,
follow-up treatments and pain crises - while national
surveys have found gaps in therapeutic approaches.ss
Moreover, the National Health System in Italy is
organised on a regional basis, with significant
differences in regional legislation regulating NBS and
the development of NBS programmes. Six NBS pilot
programmes have been introduced, with a mix of
universal, targeted, and antenatal.#

1.9 The EU Context: Policy & Advocacy

The EU introduced legislation in 2000 to incentivise
the development of medicines for rare diseases.
These so-called orphan medicinal products are
intended for the diagnosis, prevention and treatment
of life-threatening conditions impacting 5 in 10,000
people across the EU. In 2020, the European
Commission conducted a joint evaluation of their
regulations for medicinal products for paediatric

use, and for orphan medicinal products.#” Noting the
need for an evidence-based analysis from a public
health and socio-economic perspective - the findings
highlighted that while the number of medicines for
rare diseases has increased, both regulations have
failed to support the development of medicines where
most needed. The results were used to influence the
EU's Pharmaceutical Strategy seeking to improve
and accelerate patient access to safe, effective,

and affordable medicines. Since the launch of the
Strategy, policy developments will be implemented
for years to come with the emphasis on the need for
affordable medicines alongside transparency within
the pharmaceutical industry.«®

Calls have been made for the European Commission
to adopt a European Action Plan for Rare Diseases
by 2023, something which is also outlined in the
EU-funded Rare 2030 foresight study published in
February 20214

Through Horizon Europe (2021-2027), the EU has
identified non-communicable and rare diseases

36 Daniel, Y etal. (2019). Newborn Screening for Sickle Cell Disease in Europe. Int J Neonatal Screen. 2019 Feb 12;(1):15
37 Newborn blood spot test, also known as the heel prick test, is when newborns are screened for 1 of 9 rare but serious health conditions. This is ideally done when a newborn is 5

days old.
38 Daniel, Y etal. (2019)

39  Gulbis, B. etal. (2018). Neonatal Screening for Sickle Cell Disease in Belgium for More than 20 Years: An Experience for Comprehensive Care Improverment. Int J Neonatal Screen

2018 Dex4(4)37

40 Lobitz S, etal. (2018). Newborn screening for sickle cell disease in Europe: recommendations from a Pan-European Consensus Conference. British Journal of Haematology.

41 Daniel, Y etal. (2019)

42 Angastiniotis, M. etal. (2021). Heamoglobin Disorders in Europe: A Systematic Effort of Identifying and Addressing Unmet Needs and Challenges by the Thalassaemia Interna-

tional Federation. Ref Ares(2021)745356 — 29/01/2021

43 Lobitz, S. etal. (2021). Introduction of Newborn Screening for Sickle Cell Disease in Germany — A Brief Narrative Review. Int. J. Neonatal Screen Screen. 2021,7,7
44 Russo, G. etal (2019). Current challenges in management of patients with sickle cell disease — A report of the Italian experience. Orphanet Journal of Rare Diseases (2019)

14120

45 Global Blood Therapeutics. (2020); Colombatti, R. et.al. (2021). Disease burden and quality of life in children with sickle cell disease in Italy: time to be considered a priority. Italian

Journal of Peadiatrics. 47, Article number 163 (2027)
46 Daniel, Y etal. (2019)
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as one of several priorities for health research and
innovation and has proposed a European Partnership
on rare diseases. This aims to improve the quality

of life for people with rare diseases by boosting
enhanced cooperation between research funders
across Europe, and improving the steps already
taken through the clinical research of the European
Reference Networks (virtual networks where
healthcare providers across Europe share knowledge
and best practice on complex or rare diseases).s°

Community Engagement & SCD Advocacy

The advocacy landscape at the EU level includes
member associations representing the voice of
patients, umbrella organisations like EURORDIS
representing patients through European Patient
Advocacy Groups, and the newly established
European network of Sickle Cell Disease Patient
Organisations s This is a bottom-up umbrella
network of national and local organisations of SCD
patient advocates, with the aim of giving a strong
representation of the disease at the EU level 5?

2. Next Generation Therapies & Responses

Currently the only ‘cure' for SCD is a stem cell or bone
marrow transplant. This is where the stem cells found
in bone marrow (the substance producing red blood
cells) of a patient are replaced with healthy bone
marrow. The procedure requires the bone marrow of
another person (donor).53 Innovations in care and new
treatments are a focus point, with a number of new
potentially ground-breaking treatments being tested
or rolled out.

Researchers from Boston Children's Hospital in the
US have trialled using a virus to switch off the gene
triggering the sickling process. Patients subsequently
produced healthy red blood cells and were able to
stop the blood transfusions that SCD often requires.
This is to be further trialled and investigated.54 In the
UK, the first new treatment for SCD in over 20 years
was rolled out to thousands of patients. Delivered
by transfusion drip, the treatment binds to a protein
in the blood cells preventing the restriction of blood
and oxygen causing pain crises in patients. This

is predicted to help up to 5,000 people by 2024
drastically improve their quality of life 5

2.1 Build Back Better, Build Back Fairer

The increased attention to SCD in recent times is

a good start in addressing some of the key issues,
however, much more needs to be done. From an EU
perspective, there is the need for a new European
collective strategy for rare diseases to bring Member
State commitments under a common umbrella. This
would mark a huge step forward in building back
better post-pandemic by setting out key objectives,
priorities, and milestones. Moreover, and as the
recommendations of the Rare 2030 foresight study
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reiterate, the implementation of a European policy
framework would help guide the implementation

of national plans and strategies, and ensure

earlier and faster rare disease diagnosis, improved
participation of SCD and rare disease patients and
sufferers, and increase investment and spending on
innovation and treatment.*® By boosting cross-border
cooperation, research, access to orphan medicines
and transformative gene cell therapies, improvements
would be made in tackling unmet needs. This would
also positively contribute to social inclusion, human
rights, and health outcomes for people suffering from
both SCD, and rare diseases in general.

2.1 Research Objectives

Following a review of the key literature on SCD
prevalence, treatments, patient experiences, health

Aisatu Beadford-King

twork of Sickle Cell Disease Patients Organisations. Newsroom. 05/12/2019
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Section 2: Methodology

inequity, and general knowledge levels among both 2.2 Quantitative Insights: Survey
the public and the wider healthcare community, the
project focussed on the following key questions: The data collection exercise was conducted between
March and April 2022. An online survey was distributed
1 How aware are young people of SCD, its impact, through local panels targeting young people between
and the experiences of people living with the the ages of 20 and 30 across France, Germany,
disease? Italy, Spain, the UK, and Poland. The survey reached
an audience of 400 young people in each target
Of those who are familiar with rare diseases and country for a total of 2,400 respondents. The survey
SCD, where have they come across it? was translated into each local language, and soft

launched to check for drop-out rates and content
\What do youth want to learn about most, and understanding.

what strategies do they see as most impactful
in removing the stigma and misperceptions Quotas were employed based on age, gender, socio-
present? economic status (SES), education, and region, and

post stratification weights were applied to ensure a
\What do young people want a stronger focus representative sample.

on, and where do they want the allocation of
increased funding for SCD initiatives?

4 ;-\9 1§

Leke Adesoye // 4 ‘{p) .




17

Olu Loremikan

o00))) ThontYoung






19

Section 3: Survey Results

The following section presents the key findings from young people on their knowledge and awareness of SCD,
their information sources, their views on the impact and burden of the disease for patients, and what they would
like to learn more about in the future. It also digs into the youth view on the stigma and misperceptions levelled
towards people with the disease, the best strategies to overcome this, and looking to the future - the kinds

of policy responses and action to be taken to make sure people suffering from SCD have the best care and
treatments possible.”

3.1: Knowledge & Awareness of SCD

Graph 1: Knowledge of SCD5®

SICKLE CELL DISEASE IS A DISORDER AFFECTING?

5% The lungs

6% Ability to walk

28% Don't know/Not sure

61% Red blood cells

When asked about the impact of SCD, and more specifically which aspect of the body it affects, over half of
young people (61%) across all the countries surveyed were aware it affects the red blood cells. The highest levels
of awareness were in Italy (79.5%), Poland (74%), and the UK (74%). The lowest levels of knowledge by quite a long
way were in France, with 46.5% of young people not knowing, and only 36% choosing red blood cells as their
answer.

Education level plays a role, with 70% of young people with a university level education knowing SCD impacts
the red blood cells. This is compared to 58% of those without a university education.
Table 1: Knowledge of how people get SCD

TOTAL FRANCE GERMANY ITALY SPAIN UK POLAND

It Infectious and can be 5.8% 8.6% 4.9% 3.9% 5.9% 7.0% 4.6%

caught like a cold/flu

Itis inherited from parents 51.1% 36.6% 49.8% 60.7% 51.2% 58.2% 50.4%

(hereditary)
Nobody knows the reason 8.9% 6.4% 7.3% 7.2% 9.9% 7.0% 15.5%
Don't know/Not sure 34.2% 48.5% 38.1% 28.2% 33.0% 27.9% 29.5%

Just over half of young people are aware that SCD is a hereditary genetic disorder and is inherited from a
patient's parents (see section 1.2 "What is Sickle Cell Disease’). French youth are the least aware of how SCD is
passed on, with almost half unsure and 37% choosing the correct answer. The highest awareness levels are seen
in ltaly (61%) and the UK (58%).

57 Key differences based on education level, gender, and SES are presented only when significant
58 This question and the one below on Sickle Cell Trait were derived from test-based surveys, with incorrect answer options provided to the respondent
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Section 3: Survey Results 20

Education is again a key factor in awareness levels, with university educated youth (58%) more knowledgeable
than their less well-educated counterparts (47%). Age also has a small impact. While 54% of those between the
ages of 20 and 24 were aware SCD is hereditary, fewer older youth (25 to 30) were aware (50%).

Graph 2: Knowledge of SCT
WHAT IS SICKLE CELL TRAIT (SCT)?

14% Itis a less severe form of

sickle cell disease 47 Where one half of the family

has sickle cell disease

40% Don't know/

Not sure .
42% When someone is a

carrier of sickle cell and can
pass it on to their children

Perhaps unsurprisingly, knowledge and awareness of Sickle Cell Trait is much lower than for SCD in general.
Under half (42%) of youth are aware it is when a person carries sickle cell and has one normal and one affected
gene. Over half either did not know the answer or chose one of the incorrect options. Young people are most
aware of SCT in the UK (58%) and in Spain (46%), while the lowest level of awareness is seen in France (29%).

Income and education impact awareness levels, with those having a higher income (44%) and a higher education

level (49%) being more likely to know about SCT when compared to their less well-off and less well-educated
counterparts (38% respectively).

Graph 3: SCD Information Sources

TOP 3 INFORMATION SOURCES

24.4%

49.6% At school, 23.8%
Internet/media during Healthcare
(e.g. news, social education professional

media ,etc) campaign

]

Of those across all countries who have heard of either rare diseases or SCD, the most common sources of
information are through the media, with half choosing this, during an education campaign or at school, or from
a healthcare professional (24% respectively). Becoming aware of SCD from a paediatrician was the least chosen
information source (6%). A significant majority in Spain (62%) are aware of SCD because of the media.

While the media was the top source in all the countries surveyed, young people in France (34%) were almost
twice as likely to have learnt about the disease from a healthcare professional than in Italy (18%), and Poland
(17%). Those between the ages of 20 and 24 were much more likely to have become aware of SCD because of an
education campaign or at school (31%) than older youth (20%). While less drastic, the younger sample was also
more likely to be aware of it through university (17% compared to 13%).

Interestingly, those who self-identified as being part of a social minority based on race, religion, or disability were
more likely to have learnt about SCD from a healthcare professional (31% vs 22%), or from family members (29%
vs 18%). On the other hand, those not from a social minority learnt about the disease from education campaigns
(25% vs 20%), or either online or through the media (52% vs 45%).
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Screening for SCD
Table 2: SCD Screening Status

TOTAL FRANCE GERMANY ITALY SPAIN UK POLAND

| was sereened at birth 12.3% 9.2% 9.0% 123% 124% 11.1% 20.1%
| and/or my partner were screened
be{g;:fg;gg;gg:;:;ggg;"‘ 3.7% 1.9% 31% 28% 45% 33% 6.7%
| and/or my partner were

screened during pregnancy 3.5% 1.0% 3.5% 1.6% 3.8% 5.8% 5.3%

(antenatal screening)
Mychid s screened o 37% 22% 314% 18% 46% 57% 4.9%
ccreening ot teting before 35.2% 39.3% 40.4% 28.1% 43.9% 23.5% 35.8%
e to cecss any kndof 4.1% 2.9% 2.0% 6.2% 3.2% 4.3% 5.7%

screening

None of the above 225% 259% 25.3% 28.4% 15.9% 27.0% 12.7%
Dorit know/Not sure 19.4% 19.0% 17.3% 21.3% 158% 25.6% 17,4%

When it comes to being screened for SCD, a significant amount of young people on the whole were unaware
that screening existed (35%). 19% were unsure of their screening status, and despite being the most common
type of screening, only 12% were screened at birth. The lowest awareness of screening is among youth in Spain
(44%), Germany (40%) and France (39%).

Social minority status brings about some key differences in screening status and awareness levels. Young people
from a social minority background are much less likely to be unaware of screening (27% vs 38%). Along similar
lines, they are more likely to have been screened at birth (18% vs. 11%).

Living with Sickle Cell Disease (SCD)
Table 3: Views on the Negative Impact & Burden of SCD

TOTAL FRANCE GERMANY ITALY SPAIN UK POLAND

Feapecmnomalycocs.  49.7%  44.9% 51.7% 43.8% 54.1% 57.2% 46.6%

mobility, exercise, etc.)
stoollmg g et 19.3%  201%  22.2% 16.8% 12.9% 25.8% 17.9%

People’s attitudes and views

towards peoplewiththe disease,  17.6%  16.7%  14.3% 10.8% 22.1% 26.2% 15.8%

and how they are treated

e e retone! 24.0% 23.3% 24.5% 20.6% 24.0% 30.6% 21.3%
A rveniee 6.0% 4.6% 5.3% 6.9% 7.0% 6.2% 5.9%
Communicating with others 8.6% 10.3% 7.8% 7.5% 7.6% 9.2% 9.0%

and social life

SCD does not have a negative

impact on most aspects of 9.6% 7.4% 8.0% 12.6% 11.1% 7.3% 11.2%

daily life

Don't know/Not sure 25.8% 32.0% 29.4% 28.2% 19.2% 20.9% 25.1%

When asked what aspects of life are most negatively impacted by SCD for people living with the condition, half
of the young people surveyed replied going about everyday activities that are normal for most. This includes
exercise and mobility for example. The second biggest negative impact according to young people is SCD
patient's confidence and emotional well-being.

Experiencing stigma and negative views and attitudes is a negative impact more highly chosen by youth in the
UK (26%) and Spain (22%). Young people in the UK (31%) are also more likely to see SCD having a negative impact
on confidence and emotional well-being. Only 13% of young people in Spain see SCD as having a detrimental
impact on education and work, this is compared to 20% across the whole youth sample, 22% in Germany and 26%
in the UK.
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Section 3: Survey Results

Youth with a university level education are more inclined to view SCD as negatively impacting everyday activities
(60%), when compared to non-university educated young people (44%). Less well-educated youth were more

unsure in general.

Table 4: Awareness of SCD Pain Crises

ToTAL FRANCE  GERMANY ALY SPAIN UK POLAND
Yelherergsboniinico Q60  11.3%  6.2% 10.0% 8.5% 10.6% 10.7%
Yesitswhenpeoslewinscodo 540, 4.8%  4.9%  4.0% 6.8%  6.6%  5.4%

13.1% 11.0% 7.7% 14.3% 17.9% 13.8% 13.8%
dagotkoon tatpanepisodes/ A5 4%, 43.0%  51.7%  45.6% 48.4% 39.1% 44.5%

26.5% 29.8% 29.5% 26.0% 18.4% 29.8% 25.7%

Almost half of young people across the board do not know that SCD sufferers are prone to pain crises. Moreover,
10% have heard about them but do not know what they are. The lowest level of awareness is seen in Germany,
with 52% unaware that vaso-occlusive crises exist. While fewer youth in the UK (39%) have never heard of pain
crises when compared to the rest, Spanish young people (18%) are the most likely to know that it is when SCD
sufferers experience severe pain and often need emergency care.

On the whole, being part of a social minority5® increases awareness levels of pain crises. While half of young
people not from a social minority are unaware of the existence of pain crises, this goes down to 33% for those
from a social minority. Similarly, they are more than twice as likely to have heard of SCD pain crises but not know
what they are (17% vs 7%).

Table 5: Biggest Challenges for SCD Patients When Receiving Treatment

TOTAL  FRANGE  GERMANY  ITALY sPAIN uK POLAND
ancatheare bt e 3177  30.4% 36.9% 20.2% 37.5% 38.0% 26.8%
hettcrepotessonisbens  12.4%  7.0%  11.8%  9.9%  12.9% 18.1% 14.8%
rovamaeneer  26.1%  22.4%  25.6% 21.5% 28.6% 259% 32.5%
i 14.6%  12.6%  13.0% 10.0% 16.7% 22.9% 12.5%
oo woatesene  22.4%  18.2%  26.2% 22.2% 27.5% 19.3%  20.6%
g esien  17.4%  15.4%  16.9% 125% 17.8% 23.3% 18.3%
Baing ignoredor ot 17.8% 15.8% 21.7% 159% 19.3% 17.2% 17.1%
camoemenn  10.5%  131%  6.7%  8.1% 13.0% 150%  6.7%
45% 6.6% 4.6% 7.0% 1.7% 3.0% 4.2%
25.7% 32.5% 24.6% 32.0% 18.4% 24.4% 22.0%

According to the entire youth sample surveyed, the biggest challenge faced by SCD patients when receiving
care is healthcare professionals not knowing enough about the disease (32%). This is followed by emergency
care not providing the right pain relief (26%), and SCD patients having to teach healthcare professionals about

their condition (22%). While close, it is interesting to note that top 3 choices are reversed for Italian youth, with the
need to teach healthcare professionals about the disease seen as the top challenge for SCD patients (22%).

59  Throughout the report reference is made to young people who are from a social minority background. For this report, social minority refers to people who responded to the survey stating
they were part of a social minority based on ‘aspects such as race, religion, or disability’. No distinction is drawn between these classifications and all respondents are self-declared as being part
this social minority description
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Polish youth are also most likely to see emergency healthcare not providing the right care and pain relief as
the number one challenge (32.5%). Miscommunication between health departments is seen as the second top
challenge among youth in the UK, while French young people are the most likely to be unsure (32.5%).

3.2: Removing Stigma & Misperceptions

Graph 4: Best Ways to Remove Stigma & Misperceptions
TOP 3 WAYS TO REMOVE MISPERCEPTIONS

39.7% 38.8%

More awareness More focus on SCD
and attention in from healthcare
the media and professionals and

on the news doctors/GPs

44.9%
Education

campaigns at
school i

With 45% choosing education campaigns at school, this is the top way to remove the misperceptions present

in society on SCD, and to boost awareness levels. This is followed by increasing media attention on the disease
(40%), and for there to be a stronger focus among the healthcare professional community (39%). Delving into
national differences, while only 28% of French youth see a stronger focus among the healthcare professional
community as a top method, this is chosen by 48.5% of young people in Germany, and 46% in Spain. A stronger
focus in the media is chosen the most by young people in the UK and Poland (46% respectively) when compared
to the rest. Lastly, patient advocacy and SCD sufferers sharing their experiences is most likely to be seen as a
strategy in the UK (37%) when compared to the rest, and especially when compared to youth in France (28%).

Education level plays a role in removing misperceptions, with over half of those holding a university level
education seeing education campaigns as the best method (52% vs. 41%). Less well-educated youth are twice as
likely to be unsure of the best ways to remove misperceptions (18% vs 9%).

Table 6: Learning Preferences for SCD

TOTAL FRANCE GERMANY ITALY SPAIN UK POLAND

Theeperiences of peoplewitn  30.2%  32.8% 256.6% 26.1% 28.2% 37.1% 31.4%

SCD at school and at work

Teimpctonsoral eondmenisl 39 9% 40.7% ~ 40.7%  39.7% 45.2% 37.4%  35.8%

The stigma and misperceptions

ofthedseaseamongheathcare  19.7%  14.2%  20.1% 14.1% 24.0% 26.8% 18.9%

professionals

The stigma and

misperceptions of the disease 1 7.0% 1 2.60/0 20.3°/o 1 4.5%) 1 7.20/0 21 .2% 1 6.2%)

in society
The pain and burden that comes

with the disease, and how this 35.5% 34.4% 35.0% 27.3% 38.7% 39.8% 38.2%

can be cared for or prevented
o e o 251% 201% 271% 24.8% 27.4% 23.7% 27.7%

How the disease is inherited,

whot affects, and how it can 25.0% 25.6% 23.5% 21.5% 25.1% 24.6% 29.4%

be prevented

None of the above 4.0% 5.8% 5.6% 4.8% 1.7% 2.7% 3.5%
Not sure/Don' know 129% 153% 12.8% 17.5% 10.4% 11.8% 9.8%

When asked what they want to learn most about with regards to SCD, how it impacts social life and mental
health was the top choice (40%). This is followed by the pain burden SCD patients experience and how this can
be prevented (35.5%), and the experiences of patients at school and during work (30%). The top choice for youth
in the UK is the pain burden (40%). This is compared to only 27% in Italy. Almost half in Spain (45%) want to learn
more about the impact on mental health and social life.
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Youth not from a social minority background are almost twice as likely (28%) to want to learn more about how
the disease is inherited, while those from a social minority background keen to learn about the stigma and
misperceptions present (28% vs 17.5%).

Table 7: Most Important Misperceptions to Change

TOTAL FRANCE GERMANY ITALY SPAIN UK POLAND

SCD is only an issue and problem for

teBiack Asanons oy e 26.9%  24.8%  25.9%  18.1%  29.8% 34.1%  28.9%

(BAME) community

It only affects a small amount of

peopleandsoitshoudnotbea  34,.6%  31.1%  28.8%  32.9% 40.8% 39.4% 34.6%

medical priority
SCD sufferers should hide

their condition to seem more 23.9% 18.8% 22.1% 22.9% 25.5% 24.4% 29.5%

healthy

sosssoeedt 2130 18.6% 20.9% 14.9% 225% 26.7% 24.2%

Awareness and understanding

ofthediseaseinsocieywitnot —— 19,1%  20.8%  19.0% 17.3% 22.5% 19.2% 15.6%

help anything
e et 18.0% 17.2% 18.3% 14.8% 23.8% 16.0% 17.8%
None of the above 11.1% 10.9% 14.6% 15.4% 6.1% 7.6% 11.6%

Not sure/Don' know 23.9% 28.9% 24.8% 28.0% 17.2% 24.0% 20.5%

Among the multiple misperceptions present on SCD, the most important one to challenge and remove
according to young people is that it only affects a small amount of people and therefore should not be a medical
priority (35%). Following this, the view that SCD is only an issue among the BAME community (27%), and that SCD
patients should keep their condition to themselves (24%) are further key misperceptions to challenge.

While few major country differences exist, the need to remove the view that SCD only impacts a small number
of people and should not be a priority is chosen the most in Spain (40%) and the UK (39%). Moreover, while 34%
on youth in the UK want to challenge the view it only impacts the BAME community, this is only chosen by 18% in
Italy.

3.3: Future Policies & SCD Healthcare

Graph 5: Best Ways to Improve SCD Patient Care

TOP PRIORITIES TO IMPROVE PATIENT CARE

35.4%

Innovations in treatment
and a focus on therapies
that do not exists yet

37.4% Better
diagnosis of the
disease

33.3%

Better screening at
birth across Europe
and nationally

According to young people across all countries surveyed, the top three ways to improve patient care are better
SCD diagnosis (37%), a focus on new treatments and therapies through innovation (35%), and improving screening
at birth, both nationally and across Europe (33%).

Better screening is a key priority for youth in the UK (41%) when compared to youth in Spain (27%). Innovation

is seen a top priority in Spain (45%). While better diagnosis is the top priority in general, this is the third priority
according to youth in Italy (28%). They instead see new therapies and treatments as key (35%), followed by better
screening at birth (35%).
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Table 8: Allocation of More Money for SCD Initiatives (1)

TO IMPROVE RESEARCH  TO MAKE IT EASIER TO TO MAKE IT EASIERFOR ~ TO BOOST AWARENESS
AND COORDINATION ACCESS DRUGS AND PEOPLE IN RURAL AREAS  AMONG THE PUBLIC AND
ACROSS EUROPE MEDICATION FOR PATIENTS TO RECEIVE CARE IN SOCIETY
Strongly Agree 38.9% 41.8% 44.4% 40%
Agree 43.1% 41.0% 39.9% 41.4%
Neither agree nor disagree 14.2% 13.8% 13% 15.3%
Disagree 1.9% 2.5% 1.8% 2.2%
Strongly disagree 1.8% 0.9% 0.9% 1%

When asked how strongly they agree with the allocation of more money and funding for different SCD related
initiatives, over 80% either agree or strongly agree with all the options above. 84% of young people across the
board want to make it easier for people living in rural areas to access treatment and care, with 44% strongly
agreeing with this. Moreover, 42% are strongly in favour of spending money to ensure SCD patients can more
easily access drugs and medication, with 83% agreeing in general.

Some interesting country differences are seen. While over half of youth in Spain (54.5%) strongly agree with
spending money to improve research and coordination across Europe, only 31% in the UK and 32% in France
strongly agree. However, 54% in France strongly agree with allocating more funding to improve access to drugs
and medication. Fewer young people in Germany (31.5%) strongly agree with funding to increase awareness of
SCD in society when compared to 49% in Spain and 48% in France.

Young females are more inclined to strongly agree with all the statements when compared to their male
counterparts, with the most striking differences being for making it easier for people in rural areas to access care
(48.5% vs 40%) and boosting awareness of SCD in society (44% vs 36.5%). Youth with a higher education are also
more inclined to strongly agree with spending money to improve access to medication (46% vs 40%), and for
people in rural areas to receive care (47% vs 43%).

Table 9: Allocation of More Money for SCD Initiatives (2)

TO PROVIDE MORE TO SUPPORT ACTIVITIES TO EDUCATE TO CREATE NEW
SUPPORT AND ASSISTANCE  AND RAISE THE VOICE HEALTHCARE SPECIALIST
TO FAMILIES SUFFERING ~ OF SCD PATIENTS AND PROFESSIONALS ON THE CENTRES ON SCD
FROM SCD PATIENT ORGANISATIONS ~ SOCIAL ASPECTS OF SCD RESEARCH
Strongly Agree 41.4% 37.4% 41.9% 34.9%
Agree 41.4% 44.3% 38.9% 40.4%
Neither agree nor disagree 14.6% 15.3% 15% 20.8%
Disagree 1.9% 2.4% 3.3% 3.1%
Strongly disagree 1% 0.5% 0.9% 0.8%

Along similar lines, and overwhelming majority of youth agree increasing funding for all initiatives mentioned
above is needed, with 42% strongly agreeing for more education on the social aspects of SCD for healthcare
professionals, and 41% for providing more support for families with SCD. The lowest agreement level (despite still
being very high) is for the creation of new specialist centres on SCD research. While over half of young people

in Spain (52%) and 50% in France strongly agree with funding to help families with SCD, only 32% in Germany
strongly agree. Similar trends are seen for supporting activities to raise the voice of SCD patients. Lastly, while
only 24% of German youth strongly agree with creating new specialist SCD research centres, 46% strongly agree
in Spain, 40% in France, and 38% in Poland.

Young females are again more inclined to strongly agree with statements, with 46% strongly agreeing for more

funding to educate healthcare professionals on the social aspects of the disease, and 45% for more assistance to
families with SCD.
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Table 10: Views on When SCD Should be Diagnosed

TOTAL FRANCE GERMANY ITALY SPAIN UK POLAND
During conception 16.1% 13.0% 152% 14.9% 17.2% 10.7% 19.5%
During pregnancy 23.7% 20.6% 21.6% 20.8% 34.6% 224% 22.5%

Atbith 374% 421% 39.4% 33.5% 31.3% 39.2% 38.7%
None of the above 4.5% 4.0% 4.7% 6.0% 3.0% 5.7% 3.5%
Not sure/dan'tknow 19.3% 20.3% 19.1% 24.8% 13.9% 22.0% 15.8%

Across the board young people are most inclined to think SCD should be diagnosed at birth (37%). This is most
strongly chosen by young people in France (42%). Young people in Spain are the only ones to not choose at birth
as the top answer option, with 35% instead stating SCD should be diagnosed during pregnancy.

While only a small difference, young males are more likely to think SCD should be diagnosed during pregnancy
(39%) when compared to females (35.5%).

Graph 6: Views on an EU-Wide Patient Registry

WOULD YOU LIKE TO SEE AN EU-WIDE SCD PATIENT REGISTRY?

22%

Not sure/ Don't know

16% No 62% Yes

At 62%, a large majority of young people in all countries surveyed want to see an and EU-wide patient registry for
SCD. The strongest support for this is seen in Poland (74%) and Spain (72%). France is the only country where less
than half support this (49%), although the number in support is still much higher than against (22%), and a high
number are unsure (29%).

Age has a smallimpact, with older youth (between the ages of 25 and 30) more in favour of an EU regjistry (64%)
when compared to their younger peers (59%). 67% of those from a social minority want to see it introduced
compared to 62% not from a social minority.

Aisatu Beadford-King

o00)))




29

Section 3: Survey Results

Graph 7: Views on Universal SCD Screening

DO YOU THINK UNIVERSAL SCD SCREENING (SCREENING FOR EVERYONE) SHOULD BE DONE?

19%

Not sure/ Don't know

157% No 66% Yes

An even stronger consensus is present among youth on the need for universal SCD screening regardless of how
prevalent the disease is in society (66%). This is again most popular in Poland (74%), with strong support also
seen in Spain (69%), and the UK (67%). While still over half, the lowest support for universal screening is seen in
Germany (57%).

Young people with a higher level of education (69%) are slightly more in favour of universal screening when
compared to their less well-educated peers (64.5%), while an overwhelming majority of young people from a
social minority want to see it introduced (71%). Lastly, young females are (69%) are slightly more in favour than
males (63%).
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Section 4: Discussion &
Recommendations

This report has showcased the views and perspectives
of young people aged between 20 and 30 on Sickle
Cell Disease (SCD) in France, Germany, Italy, Poland,
Spain, and the UK. It has analysed their knowledge
and awareness levels of the disease in general, the
information sources used, familiarity with sickle cell
pain crises, and individual screening status. Moreover,
it investigated the youth view on the misperceptions
and stigma in society levelled towards people with
the disease, what strategies would be best to combat
this, and what aspects of the SCD burden and life
experience they would most like to learn more about
Lastly, it presented the areas where young people
want more funding and efforts to be placed on to
improve care and treatment for SCD sufferers, and
their views on universal screening and an EU wide
patient registry looking to the future.

Among the key insights uncovered, young people
beyond the more basic aspects of the disease show
low awareness levels of SCD, and in particular for the
availability of SCD screening. Understanding of the
pain burden experienced by people with SCD is also
low, with almost half unaware that they exist, and even
more not knowing what they entail. When it comes

to the stigma and misperceptions people with the
disease are faced with, young people see education
campaigns at school, an increased focus in the media,
and a better understanding of the disease among
healthcare professionals as the best methods to
challenge this. They also are keen to learn more about
how the disease impacts mental health and well-
being, social life, the pain burden present, and the

Lowlah Bloom
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experiences of SCD patients at school and work

Thinking about future policies and innovations

in healthcare, youth see the top priorities being
better diagnosis of the disease, new treatments

and innovations in care, and improved screening
both nationally and across Europe. Based on this, a
large majority (66%) want to see universal screening
regardless of SCD prevalence in the population, and
62% want the EU to introduce patient registry for
people with SCD to improve cross border coordination
With strong support for universal screening seen

in Poland (74%) the findings emphasise the support
for universal screening even in countries with a low
prevalence of SCD among the population, and which
often find it more difficult to justify the allocation of
funding based on health priorities

The findings of this report alongside the wider
discussions included reiterate that more can and
needs to be done to improve the health outcomes
of people with SCD. Increased funding, political
engagement, and cross-border cooperation are key
looking forward, with the implementation of national
plans, better diagnosis, and innovations in treatment
crucial to improve the lives and health equity of SCD
patients

Based on this, alongside the growing need to

increase awareness levels and tackle the stigma and
misperceptions present in society on SCD - this report
further recommends to:
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1. Increase knowledge and awareness of SCD in
general, including the impact on patients’ quality

of life, as well as challenge societal stigma and
misperceptions through education campaigns for the
public and healthcare professionals, awareness raising
activities, and media attention.

A, Leverage the impact of school campaigns to
boost peer-to-peer knowledge of SCD, its impact
on mental health and well-being, and best
practices in school interventions to assist people
with SCD.

B. Improve understanding in the workplace of
how SCD impacts performance, concentration,
and work-life balance, and the best methods to
combat this.

2. Improve standards of care for SCD patients by
bolstering healthcare professional (healthcare
professional) and SCD patient trust, and by
challenging the prevailing trend of SCD ‘bracketing’
and an unwillingness to open-up about the disease
among the SCD community.

A.  Elevate the role and impact of patient advocates
and SCD groups to boost confidence and
ownership of the disease, and foster peer-to-
peer exchange to avoid SCD sufferers hiding
symptoms and adopting negative self-
management tactics.

B. Include comprehensive training on SCD as part
of curricula for trainee healthcare professionals
including on diagnosis, acute complications, and
ongoing care.

Include SCD patients as experts in their own
disease to further help bridge the gap.

Educate healthcare professionals on the
social science and stigma aspects
of the disease for a more
wholistic understanding of what SCD

patients face.

Stephanie George and Jennifer George
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Section 4: Discussion & Recommendations

C. Improve joined-up care across the entire
healthcare professional spectrum to improve
emergency and non-specialist care and
introduce a life-course approach by listening to
young people's experiences of the transition from
adolescence adulthood.

3. Introduce universal screening (screening for all)
regardless of prevalence in society.

A, Improve outcomes for patients by detecting the
disease early, ensuring early intervention and
preventing difficulties in accessing the relevant
care through estimates on the disease burden.

B.  Challenge cost-effectiveness discussions
preventing the implementation of universal
screening, using Germany as an example, and the
fact that 66% of young people want to see this
introduced, and 74% in Poland.

4. Elevate best practice in SCD care and cross-
border collaboration through the creation of an
EU-wide SCD patient registry.

A Improve SCD health surveillance to foster
evidence-based planning, implementation, and
evaluation of public health interventions.

B. Leverage health surveillance for improved SCD
research and care.

5. Boost policy commitments to increased spending,
focus, and research on SCD both at the EU level and
nationally by mobilising stakeholders and creating an
EU SCD Coalition whose main aim will be to continue
raising political and societal awareness on SCD.

A.  Ensure easier access to medication and
treatment, including orphan medicinal products
to improve prevention and care.

B.  Foster further commitments through Horizon
Europe (2021-2027), and fast track the adoption of
a European Action Plan for Rare Diseases by 2023.
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