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Globally and in most Healthcare Systems

PRIMARY

SECONDARY

TERTIARY

Highly specialised services

Levels of care
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Highly specialized services (NHS/Private)

1 Across diseases
Medical/Laboratory 
specialties

2
In the context of 
nationally common 
prevalent 
diseases/conditions

3 In the context of rare 
diseases
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Quality- Key element



Perspectives on quality
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PATIENT

• Timely access to 
care

• Effectiveness of 
treatment

• Safety

ORGANIZATION

• Clinical 
effectiveness

• Availability of 
tools and 
resources

SYSTEM

• Efficiency of 
services

• Cost-effectiveness

• Management

• Research & 
Development

COMMUNITY

• Value for 
money

• Health of 
community at 
large



Quality Framework: Quality dimensions
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POPULATION FOCUS

ACCESSIBILITY

SAFETY

WORKLIFE

CITIZEN/PATIENT-CENTRED SERVICES WITH 
INCLUSIVE PERSPECTIVE

CONTINUITY OF SERVICES

EFFECTIVENESS

EFFICIENCY

Working with communities to anticipate and meet needs

Providing timely and equitable services

Making the best use of resources

Keeping people safe

Supporting wellness in the work environment

Putting citizens/patients and families first, in the centre 
and provide INCLUSIVE ROLE

Experiencing coordinated and seamless services

Doing the right thing to achieve the best possible results

Dimension Tagline



Why develop guidelines and/or recommendations for the 
promotion of specialized services?: A key element of the process

1 Inappropriate variations in clinical 
practice

2 Persisting use of ineffective treatments

3
Need to apply established treatments of 
proven clinical and cost effectiveness
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4 Failure to adopt clinically and cost effective 
new treatments

Impossible for clinicians to read and 
appraise all relevant evidence themselves5



Developing guidelines – Key principles

The guideline:

- needs to be useful to the National Healthcare Systems

- should improve decisions and hence patients’ outcomes

- should promote the cost-effective use of the country’s resources

- but…

-

Try it:

BUT: 

- It is not a textbook

- needs to cover the remit but

- needs to focus on key areas of known variation or uncertainty

- have in the past avoided issues of service delivery
Based on best available evidence:

-The process needs to be systematic & transparent

NOT TO FORGET THAT TODAY, MULTI-ORGAN/COMPLEX/RARE DISEASES REQUIRE PERSONALIZED CARE 
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An example of Guideline Development Process
(based on WHO’s AGREE)
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Draft scope

Final scope

Stakeholder comments

CDG develops guideline

Consultation on draft guideline

Consultation on draft guideline

Revise guideline after comments

Pre-publication check

Prepare and publish guideline

Final guideline published

4 months

13-16 months

9 months

Stakeholder comments

Scoping

Development

Validation

Publication and 
dissemination
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What do patients and the public provide to this effort?

1
The personal impact of an illness, disease 
of condition

2 Experiences of care

10

Preferences and values
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Outcomes people want from treatment and care

Impact of treatment or care on outcome, symptoms, 
physical & social functioning, quality of life

5

Impact on family, friends and employers6

7

8

Ease of use of a treatment or service; side-effects

The needs of specific groups

6

7

8

9

3

Challenges to professional or researcher views

Areas needing further research



High priority criteria for Healthcare Providers -
Examples

• Strategies in place to ensure that care is patient-centred 
and patients’ rights are respected

• Clear and transparent information about complaint 
procedures

• Active evaluation of patient experience

• Personal data protection rules and access to medical 
records and clinical information

• Transparency, including providing information about 
clinical outcomes, treatment options and the quality and 
safety standards put in place

• Informed consent is given freely, unambiguously and 
explicitly
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Required Criteria for Healthcare Providers-
Examples

• Patient safety programmes (specific goals, 
procedures and outcome indicators 
focusing on key areas)

• System for reporting/learning from adverse 
events

• Patient safety training

• Hand hygiene policies and audit

• Safe use of medications

• Prevention/monitoring of healthcare 
related infections

• Safe surgical procedures

• Safe patient identification



Large Library of Standards

• Acquired Brain Injury Services
• Ambulatory Care Services
• Assisted Reproductive Technology (ART) Standards for Clinical Services
• Assisted Reproductive Technology (ART) Standards for Laboratory Services
• Assisted Reproductive Technology (ART) Standards for Working with Third Party Donors
• Biomedical Laboratory Services
• Blood Bank and Transfusion Services
• Cancer Care and Oncology Services
• Cancer populations
• Case Management Services
• Child and Youth Populations
• Child Welfare Services
• Community-Based Mental Health Services and Supports
• Community Pharmacy (in development)
• Community-Health Services
• Correctional Service Health Services
• Critical Care
• Developmental Disabilities Services
• Diagnostic Imaging Services
• Effective Organisation Standards for Primary Care
• Emergency department
• Emergency Medical Services
• Home Care Services
• Home Support Services 
• Hospice, Palliative, and End-of-Life Services
• Independent Medical/Surgical Facilities
• Laboratory and Blood Services

• Leadership
• Leadership (Customized)
• Leadership for Assisted Reproductive Technology (ART)
• Long-term Care Services
• Medication Management (Customized)
• Maternal/Child Populations
• Medicine Services
• Mental Health Populations
• Mental Health Services
• Obstetrics/Perinatal Care Services
• Operating Rooms
• Organ and Tissue Donation Standards for Deceased Donors
• Point of Care Testing
• Primary Care Services 

Primary Care Services (Customized)
• Public Health Services
• Rehabilitation Services
• Reprocessing and Sterilization of Reusable Medical Devices
• Spinal Cord Injury (Acute Care and rehabilitation)
• Stroke Services (Distinction program)
• Systemic Cancer Therapy Services
• Substance Abuse and Problem Gambling Services
• Surgical Care Services
• Sustainable Governance
• Telehealth Services
• Trauma Care (Distinction Programme)
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Quality standards: A set of  statements that outline 

what high quality care for a specific disease or 

condition should be.



By whom and how are specialised services 
promoted/identified/assigned/evaluated? 

Two types of Guidelines:
Looking for what? 
A. Guidelines to recommend how to:

• improve quality in all aspects and 
services of care

B. the best way to accurately and timely
• diagnose
• treat
• care for people with particular 

diseases and conditions

Aim: HIGH QUALITY HEALTH, PUBLIC HEALTH AND 
SOCIAL CARE

By whom?

MoH

Nationally assigned special body e.g., 
NICE/ Academia/University

Internationally recognised accrediting 
body (ISQUA)/ health organisation-
WHO

Self-assigned
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Specialised Services for chronic/complex Rare Disorders

Difficult to organise the level of 
expertise and competency ACROSS 
8000 different rare 
diseases/syndromes

Even more difficult to address RDs in 
smaller populations
Complex diagnosis, CARE

Limited Research

Limited Experience

EXPERTS ARE RARE
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Considerable efforts, focus and resources on:

 Identifying centres of expertise in the EU
Heterogeneous designation process

(i) officially recognised to varying degrees (non 
designated)

(ii) By reputation/solidarity

(iii) By WHO

Set up criteria for a common pan European evaluation

Foster participation in European Reference Networks –
EUROPEAN CONTEXT

In Europe for example:The example of Rare Diseases



Specificities of CoEs

To provide multidisciplinary healthcare services (high-quality and 
cost-effective care to patients with conditions requiring a particular 
concentration of resources or expertise

To act as focal points for medical training, research and 
information dissemination
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Officially designated in scope of national RD plan 
France

Officially designated outside of scope of RD plan
Denmark
France
Norway
Spain
Italy (regional)
United Kingdom
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Designation of centres of expertise: 
The dynamic in European countries

Officially recognised to varying degrees/non-designated
Austria, Belgium, Croatia, Czech Republic, Cyprus, Germany, 
Greece, Hungary, Ireland, Israel, the Netherlands, Portugal, 
Romania, Sweden, Switzerland

By reputation only/self-declared
Bulgaria, Estonia, Finland, Latvia, Lithuania, Poland, Slovak 
Republic, Slovenia

Plans to  designate centres in future/current RD plan
Austria, Belgium, Bulgaria, Czech Republic, Cyprus, Finland, 
Germany, Hungary, the Netherlands, Portugal, Romania, 
Slovak Republic, Slovenia, Turkey



European context
Development of CE in the filed of rare RD 
encouraged explicitly in:

- Council Recommendation on an Action in the Field of 
RD (2009/C151/02) (8 June 2009)

- Directive on the application of patients’ Rights in cross-
border healthcare (2011/24/EU) (9 March 2011)
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Legal background
Directive 2011/24/EU (http://ec.europa.eu/health/cross_border_care/policy_en) on 
patients’ rights in cross-border healthcare;
Commission delegated decision
(https://ec.Europa.eu/health/sites.health/files/ern/docs/ern_delegateddecision_20140310_
en.pdf
(https://ec.Europa.eu/health/sites.health/files/ern/docs/ern_delegateddecision_annex_201
40310_en.pdf) listing the criteria and conditions that healthcare providers and the ERNs 
should fulfil

Commission implementing decision
https://ec.Europa.eu/health/sites.health/files/ern/docs/ern_implementingdecision_201403
10_en.pdf
https://ec.Europa.eu/health/sites.health/files/ern/docs/ern_implementingdecision_annex_2
0140310_en.pdf
containing criteria for establishing and evaluating ERNs, including the exchange and 
dissemination of information about the ERNs

http://ec.europa.eu/health/cross_border_care/policy_en
https://ec.europa.eu/health/sites.health/files/ern/docs/ern_delegateddecision_20140310_en.pdf
https://ec.europa.eu/health/sites.health/files/ern/docs/ern_delegateddecision_annex_20140310_en.pdf
https://ec.europa.eu/health/sites.health/files/ern/docs/ern_implementingdecision_20140310_en.pdf
https://ec.europa.eu/health/sites.health/files/ern/docs/ern_implementingdecision_annex_20140310_en.pdf


EuroBloodNet
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Source: Vives- Corrons, 2012



Haemoglobin disorders and reference centres/ specialised services –
WHY?

 Considered a Rare Disease 

 Considered as geographically confined first to the Mediterranean and later to malaria-affected regions of the world

 In the Western world (for long) DID NOT EXIST in the indigenous population

 Later and to date “migrated” to almost EVERY COUNTRY

 STILL NOT A PRIORITY on national health agendas of most highly “affected” countries – Limited resources, other health 
priorities, weak Healthcare professionals and patients’/parents’ advocacy

 Still effective control absent even in many Western countries “state of the art” clinical and other care and research activities are 
in place

 Complexity in Diagnosis and Treatment—Specialised laboratories personalised +multidisciplinary care

 Often not a well addressed part of the Haematology and Paediatric specialties at University Medical Schools- The rarity of the 
disease strengthens the level of commitment of HC professionals’ knowledge and expertise
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 Genetic Disease-lifelong needs of care with to date no effective cure (except HSCT benefitting a limited 
number of patients)
No treatment means early death in childhood 
Suboptimal care means:

Poor quality of life 
Premature death
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However, that thalassaemia is a disease that can be “effectively prevented and appropriately treated” is a safe 
statement consequent to huge medical advances in the last 3 decades 

Promoting policies for thalassaemia and 
other Hb disorders  direct benefit to 
public health and chronic/genetic diseases 
control



Examples of the UK, Greece and Italy
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Quality of life –
The contribution 
of care in CoE
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Survey: WHO QoL
2005?

Aspects of Quality Care 

studied

CoE Hb disorders 

Mean score %

Treatment of Hbpathies

(in developing countries)

(Mean score)

Physical

Pain/discomfort 40.63 82.35

Energy 60.28 31.16

Sleep 75.20 48.35

Morbidity 78.11 38.45

Activity 72.49 45.62

Work 79.83 28.32

Psychological

Positive feelings 64.99 31.16

Negative feelings 47.07 72.19

Self-esteem 75.48 38.65

Body image 74.70 46.15

Social Domain

Personal relationships 77.17 30.19

Social support 73.36 56.15

Sexual activity 65.49 19.35

Marriages 78.19 32.51

Having children 88.16 12.15

OVERALL QoL AND 

GENERAL HEALTH   

70.38 35.62
Results from: WHO QoL 2008 (unpublished data) 

A TIF study (2012)– unpublished results

Tool used: WHOQoL 2008
Number of participants:
300 (in Europe)
300 (in developing world)



How do we strive towards better care? Towards CoE for Hb disorders
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Source: ENERCA: Recommendations from a Centre of 
Expertise in Rare Anaemias: A White Book, p.175
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Source: ENERCA: Recommendations from a Centre of 
Expertise in Rare Anaemias: A White Book, p.176-178

LABORATORIES
DIAGNOSIS
RESEARCH
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Source: ENERCA: Recommendations 
from a Centre of Expertise in Rare 
Anaemias: A White Book, p.178-179

LABORATORIES/
EVIDENCE/
PATIENTS



Haemoglobinopathy centres around the world –

THE NEXT BIG STEP FOR THALASSAEMIA INTERNATIONAL 
FEDERATION (TIF)

 Many have this label but are their services up 
to good clinical practice?

 They vary considerably: in their expertise, the 
number of patients that they serve, the 
support that they receive from health 
authorities

 Do they have accreditation and quality 
control-national or international?

 Are they centres of reference supporting 
peripheral centres in their area?

 The Thalassaemia International Federation 
proposes to address this issue
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WHAT TIF WANTS TO DO –
Develop an accreditation certification 
programme in Cyprus 

Name: International Committee for Quality in 
Thalassaemia and other Haemoglobinopathies
(ICQTH)- A TIF’s initiative

GOAL:
- to ensure the quality of the healthcare services 
provided in the context of thalassaemia 
treatment and other haemoglobinopathies.



Conclusions

Expert centres need the support :

• of the nation Healthcare systems

• the recognition of the diseases as a priority

• of Government-Politicians in committing and 
financing services

Expert Centres need to:

• collaborate and 

• form networks within and across 
countries within and across regions
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Thank you for your attention

Questions?


