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On 31 January and 1st February 2019,  
Alpha 1 patient leaders from seven European countries  
visited the CSL Behring site in Marburg, Germany. 

Day 1

The visit provided a unique occasion for insights 
into CSL Behring’s state-of-the-art facilities and 
the manufacturing of plasma protein products 
under stringent and controlled conditions. 

Day 2

A workshop was organised, during which patient 
leaders presented their organisations’ activities 
and discussed local challenges to and opportu-
nities in access to early diagnosis and treatment 
(refer to the table, page 8,  for more details).

The morning session was facilitated by Neil 
Bertelsen, consultant and Chair of the HTAi 
Interest Group for Patient and Citizen In-
volvement in HTA. He highlighted the evolving 
role of patients and patient representatives 
within HTA (health technology assessment) 
decision making and offered useful insights 
into questions that national HTA bodies may 
ask patients. Neil Bertelsen then facilitated 
a discussion with the patients, to define the 
best approaches in addressing their respective 
access issues.

A summary of these approaches are presented 
hereafter.
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About the event
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Both countries have challenges with regard to patient access to 
augmentation therapy. In Belgium, access is restricted to patients 
diagnosed before 2010, whilst in Romania augmentation therapy 
is neither available, nor reimbursed. 
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Defining approaches to address access issues: 
Belgium/Romania

Potential solution (Romania): 

In Romania the patient group has identified 
an opportunity to leverage a response by the 
Minister of Health to an individual application 
(for a single patient) for access to the therapy. 
The Minister’s response grants potential access 
for this individual based on the approval of the 
treatment by the EMA, potentially opening 
the door to more widespread access. However, 
a trusted distributor is needed in Romania to 
make this access possible. 
ACTION: 

Identify potential distributors and continue 
to explore the implications of the ministry’s 
decision for a wider group of patients.

Potential solution (Belgium):

In Belgium, the current situation creates dis-
crimination, based on the date of diagnosis, 
rather than any clinical or needs-based assess-
ment. The breakout group identified that this 
could be a human rights issue. The approach 
identified consists of bringing the access situa-
tion to the court of human rights and sharing 
personal stories with the Minister of Health, 
Maggie de Block (e.g. via meetings of RaDiOrg 
the Belgium Rare Diseases organisation). There 
is, in addition, a need to focus on driving diag-
nosis and identifying the estimated 3000 ZZ 
Alpha 1 people in Belgium. 
ACTION: 

Investigate potential consumer and human 
rights group to partner with on this, and 
develop clear patient stories that highlight 
the discrimination between those diagnosed 
before 2010, and afterwards.



Capacity building of the patient 
associations, participation in HTA, 
and diversification of fundraising 
were identified as some of the 
key challenges.

Defining approaches to address access issues: 
Austria/Germany/Switzerland
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In Germany, active participation by patient 
associations in the G-BA (the Federal Joint 
Committee, highest decision-making body of 
the joint self-government of physicians, den-
tists, hospitals and health insurance funds) is 
dependent on the level of funding  received 
from industry. Patient associations therefore 
need to diversify their financing model. Anoth-
er challenge is the absence of AATD (Alpha 1 
Antitrypsin Deficiency) treatment guidelines 
(currently a sub-item of the COPD guidelines). 
This represents an opportunity to look at 
international guidelines (e.g. ERS statement 
on AATD) with a view to developing German 
guidelines. In Austria and Switzerland, the focus 
of the activities is towards supporting patients, 
awareness raising and fundraising.ACTION: 

Leverage good relationships with medical 
societies to push for specific AATD guidelines  
in Germany. Explore funding models further, 
to diversify the financing of advocacy groups. 

Potential solution (Austria/Germany/
Switzerland):



6 - Summary of Alpha 1 patient leaders visit to Marburg

Defining approaches to address access issues: 
Portugal/Spain

Potential solution (Portugal/Spain): 

There is a need to demonstrate the value of 
timely diagnosis, which can lead to early pre-
vention programmes, self-care, and thus avoid 
lung deterioration, exacerbation and hospitali-
sation. The groups have good relationships with 
doctors in key hospitals and this was seen as a 
good foundation on which to build and ensure 
further progress on diagnosis. A need to build 
contact with primary care doctors and hepa-
tologists was identified, as well as with regional 
societies. Fundraising (for core sponsorship 
vs project-based) was also identified as a key 
issue to help professionalise the associations, in 
order to focus efforts on outreach to policy and 
decision makers. 
ACTION: 

Target stakeholders to increase diagnosis, 
including to a wide range of doctors, such 
as paediatricians, GPs and specialists. This 
could be done by ensuring an active presence 
in medical congresses, via social media, or, 
where appropriate, by getting support from 
health insurances to identify the relevant 
doctors. Outreach to the hospital boards and 
also to young medical students was seen as 
equally important.

Early diagnosis remains a key 
challenge in both countries. 



The afternoon session was dedicated to discussing innovation 
in Alpha 1 care, particularly with the recent launch of MyAl-
pha1®– Innovative Training Programme for Self-Administration, 
which offers an additional treatment modality to suitable 
patients with AATD.

Complexities in manufacturing Plasma Proteins 
& Innovation in Alpha 1
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Innovation is also happening in the way CSL 
Behring collaborates with patients, as the com-
pany evolves its approach to develop two-way 
collaboration with patients across the product 
lifecycle continuum, within the context of regu-
latory and compliance requirements.

Finally, a presentation was given on the com-
plexities of producing plasma proteins and 
what patients should know about the process. 
CSL Behring’s integrated safety system, which 
operates from the moment of plasma dona-
tion to the commercialisation of the product, 
includes the following steps: selection/screen-
ing and testing of plasma donors and plasma 
donations, purification of the desired protein, 
virus inactivation and removal, in addition to 
multiple levels of quality assurance, including 
both quality control and monitoring. Each step 
of the manufacturing process contributes to 
the safety of the products and meets or exceeds 
the most stringent international standards for 
product safety, in accordance with regulatory 
agencies worldwide. On average, the produc-
tion of plasma protein therapies takes 7 to 12 
months, and an average of 900 donations are 
needed to treat one Alpha 1 patient per year.

The attending patient groups expressed a 
desire to learn more about the processes and 
to be able to communicate the complexities 
of production to their members. There was a 
discussion about educational materials that 
are either available or are being developed to 
facilitate this. These may be shared at an appro-
priate time. 

CSL Behring Integrated 
Safety System: From 
Plasma Donation to 

Commercial Product
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Summary of country challenges and 
opportunities for Alpha 1 patient  
advocacy organisations

Challenges Opportunities

Austria •	 Early and equal access to augmentation 
therapy 

•	 Access to research
•	 Fundraising 

•	 To provide better info to patients 
•	 Increased patient network

Belgium •	 Reimbursement of augmentation therapy 
for Alphas diagnosed after 2010

•	 Lung doctors do not test for AAT because 
treatment is not available

•	 No French-speaking COPD group 

•	 Meeting with Minister of Health 
Maggie De Block

•	 Leverage Network with RaDiOrg 

Germany •	 Access to politicians
•	 Threshold of industry sponsorship to patient 

organisations in order for the patient groups 
to participate in G-BA decisions

•	 Differentiate Alpha 1 from COPD. Need 
specific treatment guidelines

•	 Very good network with COPD 
group and with Alpha 1 Centres

•	 Researchers want to involve 
patients /EARCO patient 
involvement 

•	 Increased testing 

Portugal •	 Hospital budgets allow for a limited number 
of patients to be treated

•	 Diagnosis

•	 Project to including Alpha 1 
testing in new-born screening

•	 AATD patient registry to be 
launched in August 

Romania •	 No access to augmentation therapy 
•	 Increase testing 
•	 Carrying out the legal steps for the 

introduction of AATD into the list of diseases 
with commercially available treatment by 
the Ministry of Health

•	 To increase the membership 
of the recently-established 
organisation

Spain •	 Increased diagnosis 
•	 Difficulties to access treatment 

(augmentation therapy) and limited budget 
for some hospital pharmacists 

•	 Lack of knowledge between HCPs especially 
for paediatric patients

•	 No access to home therapy 

•	 Medical societies are more 
involved

•	 Prevention programmes for 
children

Switzerland •	 Lack of awareness of AATD amongst HCPs
•	 Outreach to politicians and doctors
•	 Lack of funding to launch an info day

•	 Growing organisation and 
network of patients



List of Participants
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Alpha 1 patient leaders:

Austria •	 Ella Geiblinger, Alpha1-Österreich gem.V.

Belgium •	 Frank Willersinn, Alpha 1 Plus Belgium 

Germany •	 Marion Wilkens, Alpha1 Deutschland e.V.

Portugal •	 Alice Margaca, Associação Alfa1 de Portugal

Romania •	 Simona Olteanu, Asociația Alfa 1 Romania

Spain •	 Elena Goyanes, Asociación Alfa 1 de España 

Switzerland •	 Renate Shashoua, Alpha 1 Alpha-1 Schweiz

CSLB representatives:

•	 Andrea Brueckl, Associate Director 
Marketing, TA Respiratory, Global 
Commercial Development

•	 Brigitte Brugger, Product Manager, Austria

•	 Ruediger Gatermann, Director Healthcare 
Policy & External Affairs, Europe

•	 Faraz Kermani, Sr. Manager European 
Commercial Communications, External 
Communications

•	 Joelle Khraiche, Senior Manager Healthcare 
Policy & External Affairs, Europe

•	 Hanno Waldhauser, EU Therapeutic Area 
Director Specialty Products , Commercial 
Operations Europe




