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Invitation

A GSK-sponsored satellite symposium at the 
43rd Annual Meeting of the European Society 
for Blood and Marrow Transplantation 
(EBMT) Congress

This symposium will contain promotional content on Strimvelis®.
Strimvelis® is indicated for the treatment of patients with severe 
combined immunodeficiency due to adenosine deaminase  
deficiency (ADA-SCID), for whom no suitable human leukocyte 
antigen (HLA)-matched related stem cell donor is available  
(see SmPC for more information)1 

1. Strimvelis® Summary of Product Characteristics. June 2016. 
Abbreviated Prescribing Information can be found on the back page.



Dear Colleague, 
We are delighted to invite you to the GSK-sponsored satellite symposium ‘Pioneering 
progress in ADA-SCID with gene therapy’ to be held at 15:00–16:30 CET on Sunday 
26 March 2017 in Hall 2, Palais des Congrès – Marseille Chanot, Marseille, France.

Please join us for what promises to be a clinically relevant and engaging symposium with 
a panel of experts from across Europe. After exploring the current treatment pathway of 
ADA-SCID, the recent advances in ex vivo gene therapy will be shared with an overview 
of Strimvelis® clinical data and experience to date. This symposium will focus, particularly, 
on the role of the referrer for gene therapy, providing expert perspectives on the referral 
pathway, and patient and carer management pre-, during and post gene therapy.

We look forward to welcoming you to this informative event.

Warmest regards,

Dr Sven Kili, Head of Cell and Gene 
Therapy Development, GSK
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Agenda

Session Speaker

Welcome and introduction Dr Sven Kili, Head of Cell and Gene Therapy 
Development, GSK (Chair)

GSK in rare diseases Dr Sven Kili, Head of Cell and Gene Therapy 
Development, GSK 

ADA-SCID: today and tomorrow Dr Rohit Batta, Head of Global Medical Affairs, 
Cell and Gene Therapy, GSK

Overview of HSCT and ADA-SCID:  
current treatments and outcomes

Dr Andrew Gennery, Consultant in Paediatric 
Immunology and Haematopoietic Stem Cell 
Transplantation, The Newcastle upon Tyne 
Hospitals, Newcastle, UK

Ex vivo gene therapy in ADA-SCID: 
clinical data and experiences to date 

Prof Alessandro Aiuti, Clinical Research 
Coordinator, SR-TIGET and Head of Paediatric 
Immunohaematology, San Raffaele Hospital, 
Milan, Italy

Role of the referrer and the overall 
treatment pathway – a direct experience

Dr Robbert Bredius, Paediatrician, Leiden 
University Medical Center, Leiden, 
Netherlands

The healthcare professional  
referrer roadmap

Dr Pauline Ng, Global Medical Affairs Lead, 
Cell and Gene Therapy, GSK

Expert panel Q&A All

Meeting close Chair

Agenda

For further information please email:  
contact.adascid@gsk.com
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PRESCRIBING INFORMATION
Please consult the Summary of Product Characteristics before 
prescribing.
STRIMVELIS® ▼ (autologous CD34+ cells transduced to express ADA). 
Finished product composed of one or more ethylene vinyl acetate (EVA) 
bags containing an autologous CD34+ enriched cell fraction transduced 
with retroviral vector to encode for the human ADA cDNA sequence. 
Quantitative information is presented in labelling for each batch; 
concentration is 1-10 million CD34+ cells/ml. Indication: Treatment 
of patients with severe combined immunodeficiency due to adenosine 
deaminase deficiency (ADA-SCID) for whom no suitable human 
leukocyte antigen (HLA)-matched related stem cell donor is available. 
Dosage and administration: Must be administered in specialist 
transplant centre by physician with significant previous experience of 
managing ADA-SCID patients and use of autologous CD34+ ex vivo gene 
therapy products. Should only be administered after consultation with 
patient and/or family. Patient must be able to donate adequate CD34+ 
cells to deliver the minimum 4 million purified CD34+ cells/kg required 
for manufacture of Strimvelis. Strimvelis is for autologous use only. 
Recommended dose range is between 2 and 20 million CD34+ cells/kg. 
Should be administered once only via intravenous (IV) infusion. Infusion 
rate should not exceed 5ml/kg/hr; infusion period is approximately 20 
minutes. Pre-treatment conditioning: Recommend that 0.5mg/kg IV 
busulfan administered every 6 hours on two consecutive days starting 
three days before Strimvelis administration (total busulfan dose 4mg/
kg, divided into 8 doses of 0.5mg/kg). Plasma busulfan levels must 
be measured after first dose each day. If AUC exceeds 4000ng/ml*h, 
dosage should be reduced as required. Pre-medication: Recommend 
IV antihistamine administered 15-30 minutes before Strimvelis infusion. 
Children: Safety and efficacy in children <6 months of age or >6 years 
and 1 month has not been established; no data available. Elderly: 
Not intended for use in patients >65 years of age. Hepatic and renal 
impairment: Not studied; no dose adjustment expected to be required. 
Contraindications: History of hypersensitivity to the product or 
excipients (sodium chloride), current or previous history of leukaemia 
or myelodysplasia, positive HIV test or test for any other agent listed 
in the current EU Cell and Tissue Directive, and history of previous 
gene therapy. Special warnings and precautions: Should never 
be administered to any patient other than the original CD34+ cell 
donor. Use with caution in patients <6 months of age and >6 years 
and 1 month and with hypersensitivity to aminoglycosides or bovine 

serum albumin. There is a potential risk of leukaemic transformation 
following treatment with Strimvelis. Recommend patients are monitored 
long-term. Long-term effects and durability of response to 
Strimvelis on ADA-SCID are unknown. Patients should be closely 
monitored for occurrence of severe and opportunistic infections, immune 
reconstitution parameters and need for replacement IV immunoglobulin 
(IVIG). There have been cases where treatment with Strimvelis 
has been unsuccessful. Some patients have had to resume long-term 
enzyme replacement therapy and/or receive a stem cell transplant. 
Non-immunological manifestations of ADA-SCID may not respond. 
No immunogenicity testing has been conducted. Patients can develop 
autoimmunity. Patients treated with Strimvelis should not 
donate blood, organs, tissues and cells for transplantation 
at any time in the future. Interactions: No interaction studies 
have been performed. Fertility, pregnancy and breastfeeding: 
Women of child-bearing potential: As Strimvelis will be administered 
following busulfan conditioning patients of child-bearing potential 
must use reliable barrier contraception during administration and 
for at least 6 months after. Pregnancy: No clinical data on exposed 
pregnancies; reproductive and developmental toxicity studies were 
not performed. Should not be used during pregnancy. Breastfeeding: 
Should not be administered to women who are breastfeeding. Fertility: 
No data available. Side effects: Safety evaluated in 18 subjects 
with median duration of follow-up of 7 years. Very common (≥1/10): 
Anaemia, neutropenia, hypothyroidism, hypertension, asthma, allergic 
rhinitis, atopic dermatitis, eczema, pyrexia, hepatic enzyme increased, 
antinuclear antibody (ANA) positive. Common (≥1/100 to <1/10): 
Autoimmune haemolytic anaemia, autoimmune aplastic anaemia, 
autoimmune thrombocytopenia, autoimmune thyroiditis, Guillain-Barré 
syndrome, autoimmune hepatitis, anti-neutrophil cytoplasmic antibody 
positive, smooth muscle antibody positive. Serious: Autoimmunity (e.g. 
autoimmune haemolytic anaemia, autoimmune aplastic anaemia, 
autoimmune hepatitis, autoimmune thrombocytopenia and Guillain-
Barré syndrome). All side effects are considered to be related to immune 
reconstitution (due to their nature and timing) or potentially related to 
busulfan. Prescribers should consult the summary of product 
characteristics for complete information regarding the adverse 
reaction profile. Legal category: POM. Marketing authorisation 
(MA) number: EU/1/16/1097/001. MA holder: GlaxoSmithKline 
Trading Services Limited, Currabinny, Carrgaline, County Cork, Ireland. 
Date of preparation: August 2016. RD/SVE/0070/16.

▼ This medical product is subject to additional monitoring. This will allow early identification of new safety 
information. Health Care Professionals are encouraged to report any suspected adverse reactions to their local  
GSK office and their national reporting system (for France: Agence Nationale de Sécurité du Médicament et des 
produits de santé - http://www.ansm.sante.fr).

The full prescribing information for Strimvelis is available in English and French at the 
entrance to the symposium.

The French SmPC can be found at: http://www.ema.europa.eu/ema/index.jsp?curl=pages/
medicines/human/medicines/003854/human_med_001985.jsp&mid=WC0b01ac058001d124 

Strimvelis is not marketed in all EU countries.
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