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Accessibility for immunotherapy
against malignant glioma

• Information and visibility of new technologies
– To the medical community scientific approach
– To the patients balance in layman language and 

communication fora
• Administrative hurdles, medical challenges: 

from cell traffic to patient traffic: collaboration
• Inclusion criteria within clinical trials
• Immunotherapy platform Leuven: www.itpl.be







Accessibility in danger
New developments almost blocked

• Clinical trial
– EudraCT application
– Clinical Trial Center in hospital: financial dissection
– Ethical committee
– Federal Agency of Medicine and Health Products

(FAMPH)
• Tissue bank and GTP
• IMP: full dossier
• GMP
• GCP

Regulations block easy application
of a cell culture procedure with
autologous material for other types
of cancer, because the end product
is considered as a drug.



V  i a b i l i t y 
I  d e n t i t y
P  u r i t y
P  o t e n c y
S  t e r i l i t y

Medicinal product: Dir 2001/83/EC, Dir 2004/27/EC
ATMP: defined in Part VI Annex I to Dir 2001/83/EC

Regulation 2007/1394/EC; Hospital exemption; implicit no clinical trial
Dir 2004/23/EC includes Clinical trial material; member state; GTP

Investigational ATMP: Clinical trials Dir 2001/20/EC
GCP Dir 2005/28/EC; all IMP in GMP
Non-commercial trials; member state authorisation
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Article 56

Academia-driven research
Towards Evidence-based medicine

National health system



Governmental awareness on Rare Diseases :

• High awareness with a paradox between the need for therapy for these 
Rare Diseases and the reluctance because of their high costs
• Discussions for healthcare budget 2011 led to the setup of a budget 
enabling an accelerated access for orphan drugs (budget of 3,5 Mio – Royal 
Decree is expected) 
• Implementation of a National Plan for Rare Diseases : phase 1 presented 
and approved by Minister of Social Affairs, some implementations 
presented during the Belgian Presidency (H2 2010), phase 2 implementation 
accepted end 2011

Orphan drug legislation: 

• OD are perceived as very expensive and responsible for increase of 
budget
• Most OD are in fact related cancers and payers are concerned by the 
salami slicing strategy
• Currently, under class 1 procedure (no HE data needed) : provisional 
reimbursement with a revision within 12-36 months
• Specific reimbursement conditions (Chap IV) + college
• No tax to pay on turn-over as long as orphan drug status
• Future : ATU-system like to get earlier access (proposal in the national 
plan for Rare Diseases)

Genzyme



Early Temporary Reimbursement is one of 13 Recommendations

Genzyme



Pricing and reimbursement timeline in Belgium

MA EMA (210 d.)
Price (90 d.)

Reimbursement CRM (180 d.)

Positive advice
CHMP

For drugs with no added value:

MA EMA (210 d.)

For drugs with added value 
or orphan drugs:

Price (90 d.)

Reimbursement CRM (180 d.)

publication

publication

Commission Decision

2/3 months saved !

Genzyme



Overview of the pricing and reimbursement procedure

1 Dossier submitted after receiving market authorization from AFMPS. Application to AFMPS can be filed concurrently with EMA submission
2 Part of the Ministry of Health
3 Defined as the degree of innovation of the drug
4 Patient co-pay applies
5 Tysabri officially reimbursed by state at 75% and any additional cost exceeding maximum patient co-pay of 10,80 euros
SOURCE: Espicom 2010; Pharma Handbook 2009; Obig report 2006; interviews

Pharmaco submits pricing and reimbursement 
dossier1

Pricing committee within The Ministry of Economic 
Affairs

Independent experts of the CRM2 ensure reimbursement 
file is complete

Pricing Reimbursement

CRM

Assessment of the drug’s 
price class

Assessment of the 
reimbursement level

Assessment of drug’s 
prescription control

Class 1

▪ Premium pricing for proven improvement in 
therapeutic benefit3

▪ HTA required for Class 1 pricing

Class 2

▪ No proven improvement in therapeutic benefit

Class 3

▪ Generics

Category A
▪ Life saving drugs reimbursed at 100%4

Category B
▪ Drugs treating non–threatening illnesses reimbursed 

at:
– 100% for hospitalized patients
– 75–85% for non–hospitalized patients (e.g., 

ABCRTs)5

Category C
▪ Drugs/products promoting good health reimbursed 

at either 50, 40, or 20% (e.g., oral contraceptives)

Chapter I
▪ No specific restrictions on reimbursement
Chapter II
▪ No pre–approval required but reimbursement 

restricted to a select patients 
Chapter III
▪ Prescription controls for liquids and perfusion 

solutions
Chapter IV
▪ Reimbursement requires prior approval from a 

health insurer doctor

Sets maximum MSP MSP communicated to CRM

Prepared by McKinsey

Final assessment by 
Min of Soc Affairs with 
recommendation of Budget

Genzyme



Conclusion

• ATMP for orphan diseases
– Most academic
– Administrative hurdles inappropriate

• Medicinal products for orphan diseases
– Slight improvement in the last two years


