
REF: Annual Sickle Cell Disease and Thalassaemia (ASCAT) Conference 2019. 

INTRODUCTION 

We would like to thank our sponsor for making it possible for us to attend the ASCAT conference from 
21st October to 23rd October 2019. The ASACT Conference is the largest Sickle Cell Disease (SCD) 
conference in Europe which show cases the latest advances   in   diagnosis, treatment   and   emerging 
fields in haemoglobinopathies.  It is also an opportunity to interact on the latest advances in clinical care, 
transition services and emerging new therapies including updates for curative treatment options. 

The theme for this year was “Sickle cell and Thalassaemia disorders new treatment horizon, while 
ensuring patient safety and delivering excellence in routine patient care" 

This conference had on average 18 presenters per day highlighting latest advances in treatment and 
emerging therapies in both SCD and Thalassaemia. The conference started at 9am daily finishing 
between 5 and 7pm across the three days. 

We had our poster presentation titled Sickle Cell Disease Advocacy in Australia. This presentation was on 
the first day of the conference between 5pm and 7pm. We were also invited to be part of the Sickle cell 
disease research prioritisation workshop which comprised of patients and carers. 

SICKLE CELL DISEASE PRESENTERS INFORMATION 

The attached spreadsheet indicates the presenters working on SCD. Across the three days, about 39 
topics on SCD were presented. The conference had about 11 sessions divided in  different  topics  about 
SCD and Thalassaemia. The following sessions stood out for us. 

• Recent updates (SCD)
• Long-Term Outcomes (SCD)
• Hydroxyurea perspectives
• Educational Session
• Curative therapies for haemoglobinopathies
• Chronic organ damage in Sickle Cell Disease
• Global Priorities Perspectives In haemoglobinopathies
• Research Update in haemoglobinopathies Plenary



• GSTT Grand Round: A multi-dimensional
approach to sickle cell disease

• Comprehensive care  for haemoglobinopathies

 

SICKLE CELL DISEASE RESEARCH PRIORITISATION WORKSHOP 

In addition to the main conference, we were invited to a workshop for patients and caregivers of people 
living with SCD. The workshop was a joint initiative by ASCAT and the Euro BloodNet. It was facilitated  
by Oxford Blood group and was sponsored by Novartis, Pharma AG and Global Blood Therapeutics, Inc. 
The workshop was attended by 28 people from European countries and non-European countries. This 
was an informal setting getting to know patients from across Europe, UK, USA, South America and some 
African countries. 

The main theme of the workshop was to look at patient and public involvement (PPI), how and why 
should patients get involved. During this exercise, patients and carers brainstormed on what research 
topics clinicians and researchers should concentrate on in order to meet patient expectations. The 
participants came up with a total of 40 questions out of which the top 10 questions were selected and 
presented on the first day of the conference. 

Patients and Caregivers presentation of the top ten research questions 



TOP TOPICS ACROSS THE THREE DAYS 

The conference had so many topics which were both interesting and confronting on our part especially 
after spending time with patients and getting to know them. For the sake of this report we have picked 
five topics that stood out for us. These were: 

THE HYDROXYUREA PERSPECTIVES: 

By Dr Mariane de Montalembert describing the European perspective and Dr Patrick McGann explaining 
the US Perspectives and Personalized Dosing stood out. 

These sessions were similar yet different. 
Category USA EUROPE 

Name Hydroxyurea Hydroxcarbamide 

Approach Aggressive Conservative 

Indication HbSS, Infant Clinical Severity 

Goal Maximum Tolerance Minimum Effective 

Dose 25 – 30 mg/kg/day 15 – 20 mg/kg/day 

Monitoring Infrequent Frequent 

Both presenters concluded that hydroxyurea was the only drug that has been very beneficial in SCD 
patients for more reasons than one. The benefits highlighted included: 

• Increases HBF Induction

• Acts as a Myelosuppression agent

• Diminishes Red Cellular adhesion

• Improves Red Blood Cell Rheology

• Helps generate Nitric Oxide

• Decreases Endothelial Effects

The patient experience also stood out for us. Yemi was patient Zero to use Hydroxyurea and she spoke 
of its benefit in her case over the years. This was an interesting and eye opening topic for us. 

PAIN IN SCD PHENOTYPES, A TIP OF THE ICEBERG BY DR WALLY SMITH 

This topic highlighted the under representation of pain in SCD patients. SCD has both an acute and 
chronic element to it. For acute pain, this lasts for at least 2 hours whereas chronic pain normally lasts 
for about 10 days. This may occur with or without chronic SCD pain. Chronic pain in SCD is an ongoing 
pain present on most days over 6 months either in a single location or in multiple locations. This pain  
has three diagnostic modifications: 

1. Chronic SCD pain without contributory disease complications
2. Chronic SCD pain with contributory disease complications
3. Chronic SCD with mixed pain types



SCD Pain impacts on other areas of patient’s life 

• SCD Pain work production impact (based on 100 surveyed patients)
o 58% of patients reported that SCD pain negatively impacted on their employment

status
o 73% patients with over vaso occlusion crises (VOCs) in the past year reported

negative impacts on work productivity compared to 43% with 0 to 3 VOCs

• SCD Pain Psychological Impacts (based on 100 surveyed patients)
o Depression 28 -30% of patients
o Anxiety 9%
o Alcohol abuse 31%
o Stress

▪ Associated with pain intensity 4%
▪ Associated with opiod use 5%
▪ Catastrophising 6%
▪ Somatising 7%
▪ Poor self esteem 9%

▪ Poor coping 10%
Opioid use in SCD Pain treatment 
Compared to analgesia, Opioids treatment is very common in treating SCD pain. However, Opioid use 
comes with different side effects like: 

• Sedations, dizziness, pruritus

• Nausea, vomiting, constipation

• Respiratory depression

• Tolerance

• Hyperalgesia

• Addiction

• And Death
o More than 49, 000 overdose related to death in 2017

Other concerns are: 
• Negative attitude towards patients with SCD and a profound fear of catering for opioid addiction

• Over 50% of Emergency Department Medical doctors and 20% of Haematologists believe that
over 20% of SCD patients are addicted to Opioids.



GENE THERAPY IS SICKLE CELL DISEASE - DR ALEXIS THOMPSON FORMER ASH PRESIDENT. 

What is Gene Therapy? 
Gene therapy is an experimental technique that uses genes to treat or prevent disease. This 
technique may allow doctors to treat a disorder by inserting or altering a gene in a patient’s 
cells. They can also add a healthy gene, replace a mutated gene with a healthy copy of the 
gene, and inactivate a mutated gene or inactivating a normal gene to activate a silent gene. 

As SCD is caused by a mutation in a single gene, it is potentially amenable to gene therapy. This 
can be done by: 

• Deliver a functional gene into the patient’s cell, which could also reduce the symptoms
of the disease

• Gene therapy of autologous cells can be successful using matched donors It has less
immune mediated side- effects than allogeneic Hematopoietic stem cell transplantation

Two main Types of Gene Therapy 
• Gene Addition, this is where you add a new gene - do not remove or change any of the

existing genes

• Gene editing, this is where you edit a gene that is in the body; here sometimes you can
add a gene.

Gene editing platforms 
• Zinc finger nuclease (ZFNs), artificial proteins designed to bind and cleave specific DNA

sequences in the genome.

• Clustered regularly interspaced shot palindromic repeats (CRISPR-Cas9)
o CRISPR-Cas9 has two components: a strand of guide RNA (gRNA) that locates a

specific string letters in DNA sequence, and the Cas9 nuclease, which acts as the
DNA cutting tool.

How is gene therapy measured? 
• Vector copy number per cell, this is the average number of gene therapy letters

delivered to a sample stem cells

• Transduction efficacy, this is the percentage of blood stem cells which have been
successfully transduced.

• Cell dose amount, this is the amount of patient’s own blood stem cells returned to the
patient after gene therapy letter was delivered.



DIFFERENCES BETWEEN BMT AND GENE THERAPY 

BMT GENE THERAPY 

Donor cells Patient’s own cells 

Chemotherapy Chemotherapy 

Risk of GVHD No risk of GVHD 

Prolonged immunosuppression No prolonged immunosuppression 

Stem cells already functioning Stem cells being modified 

No virus, no long term risk due to virus ?Long term risks due to virus 

Effective predictable Effectiveness not predictable 

?Long term risk due to chemotherapy ?Long term risk due to chemotherapy 

SICKLE CELL DISEASE PATIENT MANAGEMENT STRATEGIES AND SATISFACTION LEVELS: AN INTERIM 
ANALYSIS OF THE INTERNATIONAL SICKLE CELL WORLD ASSESSMENT SURVEY (SWAY) BY DR. 
IFEYINWA OSUNKWO. 

A presentation based on the international Sickle Cell World Assessment Survey (SWAY) which evaluated 
aspects of life for SCD patients. The data focused on common treatments / managements strategies and 
patients satisfaction. Data was collected by using a multi-country, cross-sectional survey that was 
developed by international SCD experts and PADs. Participants included SCD Patients, Caregivers and 
Treating physicians. 

Six category questions were asked: 
1. Demographics
2. Symptoms
3. Disease impact (physical and emotional)

4. Disease management/ treatments
5. Need for a carer
6. Patient / physician relationship

Eleven Countries participated in the study 
1. Canada
2. USA
3. Panama
4. Brazil
5. UK
6. France

7. Italy
8. Ghana
9. Nigeria
10. Germany
11. Netherland

Common treatment goals 

• Improved quality of life – 80%

• Prevent worsening of SCD – 59%

• Improve long-term survival – 42%

• Improve Overall symptoms – 40%
o 60% of patients agree strongly agree that their main doctor has similar treatment goals
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Patients' dissatisfaction with treatments 
Common treatments reported by SCD patients 
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93¾ of patients had ongoing treatments*
• No ongoing treatments : 7%"

Short term long term 
9

All treatments 51 60 

Opioids 57 70 

Hydroxyurea 46 64 

• No therapy  ever received: 1%"

• Surgery for SCD c.omp lic alions :

47% 

• Most common surgeries:

- Gall bladder removal: 16% 

64% of opioid-receiving 
patients substantially 

worry about how they are 

perceivedt-t 

75% of patients want an 

alternative treatment for 

pain managementt.t 

67¾ of patients want 

additional emotional 
support 
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Patients• overall health management Patients' satisfaction with their doctor 
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Conclusion 

• According to this study, “63% of patients were satisfied that their current treatments, including
Opioids and hydroxyurea managed their symptoms and controlled their SCD”

• Nevertheless, 60% of the patients were worried about the effects long term and 75% wanted
alternative options for pain management

• 24% of the patients preferred not to seek medical assistance with SCD pain even though they
risked life threatening complications and increased hospitalisation.

THE CHANGING DEMOGRAPHICS OF SICKLE CELL DISEASE IN SCOTLAND: IMPLICATIONS FOR HEALTH 
CARE DELIVERY BY DR. DEAN SMYTH 
The final presentation that stood out for us was the presentation by Dr. Dean Smyth. This presentation 
was interesting as it has similarities in the Australian Sickle cell disease management. However, Scotland 
seems to be on top of the disease as they are monitoring haemoglobinopathies from newborn 
screening. This is done by the Scottish Managed Clinical Network for Haemoglobinopathies under the 
Scottish Paediatric & Adult Haemoglobinopathies Network. 
Dr Dean compared the population of Scotland and the total number of SCD patients. He further 
indicated that SCD were identified by the registry on the Scotland – wide Clinical Audit system. Data is 
collected by clinicians from the Scottish Paediatric and Adult Haemoglobinopathy Managed by Clinical 
Network. The objectives of the Scottish Managed Clinical Network for Haemoglobinopathies include: 

• Link to the Newborn Screening Program ensuring timely confirmation of diagnosis and early
access to clinical package

• Prompt diagnosis and access to treatment

• Access to multidisciplinary health care professional team

• Facilitate provision of specialist investigations in line with national care guidance
• Ensure access to a support network.



Furthermore, the Dr Smyth indicated that Scotland has 118 HbSS, 51 HbSC and 1 HbS/D Punjab. Their 
data collection also includes the adults’ country of birth with data showing that patients come from 15 
different countries which are: 

1. UK
2. Angola
3. Jamaica
4. Saudi Arabia
5. Bahamas

6. Congo
7. Germany
8. Guadeloupe
9. Honduras
10. Ireland

11. Ivory Coast
12. Senegal
13. Sierra Leone
14. Somalia
15. Uganda

The presentation also indicated the Paediatric patients’ countries of birth which were: 
1. Nigeria
2. Portugal
3. USA
4. Australia
5. Congo

6. Israel
7. South Africa
8. Italy
9. Ireland
10. Syria

11. Angola
12. Cameroon
13. Germany
14. Ivory Coast
15. Spain

POSTER PRESENTATION 

We were able to do a poster presentation about Sickle Cell Disease Advocacy in Australia. This poster 
was authored by Agnes Nsofwa, Nathalie Kapuya, Mayase Jere, Peter Leos, Preston Nsofwa and Sarah 
Tregenza. In this poster we highlighted what our association has been doing in the past year. We 
emphasised our reasons for advocating for SCD in Australia including our objectives. Furthermore, we 
included our achievements to date some of which are: 

• A very successful launch, with over 140 attendees.

• Had ASCA’s work reported in the Federal Parliament of Australia

• Haematologists across the country have started the process of drafting the SCD guidelines
(planning meeting has been set), ASCA to represent patients/ families at this steering
committee.

• Held five community outreach sessions to discuss prevalence SCD in Australia.

• and Cabinet to discuss the SCD endemic in Australia.

• Monthly newsletter to over 200 supporters on our database.
• Had a very successful SCD support group meeting, the first of its kind in Australia. We plan to

have one every two months going forward.

• Meeting with some policy makers / Minister in the Federal Parliament to highlight our cause.

We were also able to outline our current projects and our plan going forward. We highlighted the 
migration patterns to Australia from SCD prevalence countries and why we need to have a good 
database to know the numbers of people affected. An estimated number of patients was collected from 
treating Haematologist, however this was not accurate as some centres did not give us the numbers. 
Please see the poster attached as one of the appendices. 



CONCLUSION 

The ASCAT conference is an annual event that has been running for 14 years now. This year’s theme was 
new treatment horizon; while ensuring patient safety and delivering excellence in routine patient care. 
This event has been very beneficial to us. We will be able to share the information not only with our 
members but the Australian treating haematologists. The topic by Dr Dean Smyth has identified the gaps 
that a country like Australia exhibits in terms of determining the demographics of SCD patients, the 
networks between clinicians and, new born screening and follow up management as well as directing 
interested patients to a support group. Scotland is very similar to Australia as this disease is also 
considered rare in that country. 

A lot has been learned and as an organisation we intend to present our findings to policy makers too. 
The European countries through the EURO BloodNet are also working towards recognisisng SCD as a 
public health issue. This initiative started in March 2017 and has proved to be successful in terms of 
meeting the needs of SCD patients. The US is also one country that has advanced over the years in terms 
of managing this disease. Different presenters from Europe, US, Africa as well some Caribbean countries 
participated at the conference. Unfortunately, no Australian clinician presented at this conference. We 
met an Haematologist from Monash Health. 

We did our best to connect with a lot of presenters who would be keen to travel to Australia should we 
organise a conference similar to ASCAT, something that we will be working on. In our poster 
presentation, we highlighted the need to have SCD discussions in Australia and why we need a 
good network like the Scottish to enhance disease management for people affected. 

ASCA would like to sincerely thank our sponsors for making it possible for us to participate. 

Agnes Nsofwa 
Executive Director 
Australian Sickle Cell Advocacy Inc 

Appendix 
Data collected from ABS and estimated number of SCD patients in Australia. 
Pictures from ASCAT 2019 



Pictures from ASCAT 2019 

Poster presentation Poster presentation 

Poster presentation 

With Dr Lewis L Hsu 

Mr and Mrs Nsofwa 



With Dr Shalah from Monash Health With Dr Baba Inusa Founder ASCAT 

With Dr Alexis Thompson (R) 
former ASH President 

With Daniel (L) Founder 
Sickle Cell Welfare UK 

With Manuel Patient and part of 
Sickle cell association Portugal 


