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When I think about the construction of ECORN-CF and how to visualize the
virtual reality of the different websites I do not imagine ECORN-CF as a
single person working outdoors as the picture suggests but as a large office space with many desks.

The entry of this office is colorful and the way to find the office is clearly indicated. The desks
within the office have the same size and design, but are recognizable by their national colors
or by their language. Behind most of these desks people are working and some of these workers are already very busy and have a lot of clients.
Some desks are still empty, although some activity has been noted and it is to be expected
that these desks will be opened very soon as well.
In this short report a survey is given which desks are already open and which work has to be
done before a start can be made of answering questions. As mentioned in the first newsletter
the German, English and Czech “desks” were opened in October 2007, followed by the Romanian and the Lithuanian “desks” in December 2007 and January 2008 respectively.
Before opening a new “desk” (local sub domain of the ECORN-CF website) a lot of preparation work has to be done in the headquarters of ECORN-CF in Frankfurt. There, the website
for every language is prepared, and a very important person is the web designer Michael
Gotzen. But also the local teams have quite some work to do with translating all input, keys
and links that are necessary for the navigation. Once this translation is complete the going
online of the new local website is prepared by Michael Gotzen. The next action is to make the
entry of the website visible and attractive for the clients. Most important is to put a link to the
ECORN-CF website at the website of the national Cystic Fibrosis patient organisation and the
national Cystic Fibrosis society which people with CF will often visit.
As soon as the website is online the incoming questions are handled by the local moderators.
The moderator checks for questions on a daily basis and decides if he/she can handle the
question himself/herself or if they need to be sent to another expert.
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After being published in the local expert advice, each set of question&answer is translated
into English and is sent to the quality check before it will also be published in the English archive of ECORN-CF. So far most answers could be answered equivocally. In one case,
though, there was no agreement between the experts consulted, but this was made clearly visible in the published answer.
Some local websites get more questions to handle than others. For instance, the German
and the Czech websites were very successful as they got both already more than 100 questions to answer. This makes me very curious as to the kind of questions that were asked, and
whether both websites manage to answer all these questions in due time (within three working days). We hope to be able to report more about that in the next newsletter.
Other desks that are soon to be opened are the Swedish and the Polish websites as well as
the website in the Dutch language, a cooperation between the Netherlands and Belgium.
Comments how the local websites function not only virtually but especially in daily life are
welcome and can be mailed to jdankert@atriummc.nl, so that this information can be used to
improve the websites further and to help each other by setting up this new service for CF-patients throughout Europe.
Jeannette E. Dankert-Roelse

What’s going on in Rare Diseases?
If one spends a lot of time travelling to meetings in the rare disease
business it is worthwhile to reflect from every now and then what has
changed over the last years, where we are and where the train might be
going.
What was?
When I first came in contact with rare diseases (RD) in such a manner that I thought this
was part of a bigger scheme, it was in the context of Cystic Fibrosis: at that time - this
was more than 10 years ago - CF in Germany was well on its way to a professional organisation not only for patients but for doctors and other care team members as well. Although we had a lot of support from Christiane Herzog, the First Lady of Germany at that
time, we did not succeed to establish any political activities for CF, but with the very first
moment when we started to indicate that CF was a well suited model for other rare diseases, the politicians started to move things into the right direction. And it took many more
years before we, i.e. I had become a member of the board of directors of the Mukoviszidose e.V., the German CF patient organisation, by then – before we started to engage in
the broader field of all rare diseases, which finally led to the building of ACHSE which is
the German roof organisation of rare disease patient organisations. On this way it was
extremely helpful to look across borders and learn from France and Great Britain and of
course we learnt a lot from Eurordis (www.eurordis.org) and Orphanet (www.orpha.net).
Why did we have to change the focus of argumentation?
What is?
Rare diseases are a common problem with an estimated number of some 5.000 to 8.000
rare diseases and some 15.000.000 (fifteen million) people affected in the EU of the 27
Member States. This means, that any decision in favour of one single rare disease, let it
be CF or any other RD, will be required to be extrapolated to all other rare diseases as
well. This is why politicians will not easily do anything in favour of any special RD. Using
CF as a model has opened many doors in Germany and this may be helpful for other
European countries as well.
So if we look at nowadays we realise that in many EU Member States the situation for
RD patients has not improved in the same fashion. There are significant differences in
the way how EU Member States solve the particular problems of rare diseases. And
since EU Health policy only steps in where the national systems do not suffice this will
remain like this. But with RD there is European added value, i.e. European RD policy can
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make use of synergy even in small patient populations. The High Level Group on Health Services and Medical Care of the EU looks after such topics like patient mobility and Rare diseases. This has led to numerous activities on the European level, best seen in the Rare
Disease Task Force, which again drives the Member States Governments to keep the pace in
Rare Diseases. The EU Commission has started Public Consultations in the field of RD, has
launched calls for Research Grant Proposals in RD (6th and 7th Framework Programme) and
through DG SANCO has made funding available for models of trans-border Care in RD
(ECORN-CF being one of several projects funded under these auspices). The German
Government has published a call for networks of care and research for rare diseases. It is not
important whether this is direct or indirect spin-off of the European activities: what is important is the fact, that there are a lot of activities going on in Europe and in many Member States.
What might be?
Well let us hope that many of our activities like ECORN-CF (funded by DG SANCO) or EuroCare-CF (funded by DG Research, 6th FP) and hopefully our proposals for the 7th FP
(ENCE-CF-LAM-LungTx ) or those on a national basis (like our proposal Pro-Rare.net ) will
help to improve the conditions of care and the quality of life for many patients in Europe suffering from rare diseases. I am aware of many more activities and I would encourage everybody to try and go for all these new opportunities on a national and especially on the
European level. In the European perspective those who have well established resources
should encourage those where the possibilities are not as nicely developed to join forces and
tie together more and more of the national activities to European activities. It seems to me
that the time is right and we are the ones who must forge the iron as long as it is hot.
Prof. Thomas O.F. Wagner
University Hospital of the Johann Wolfgang Goethe University, Frankfurt/Main, Germany
European Network of Centres of Expertise for CF, LAM, and Lung transplantation, a grant application
by 6 partners in 4 European Member states including Expert advice like ECORN-CF, tele-consultation
and cross-border referral (not decided yet).
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Prognostic Factors in Rare destructive lung diseases (CF, Alpha-1-Antitrypsin deficiency, and Primary
Ciliary Dyskinesia), a grant application of 10 German clinical and basic science groups open for collaboration with European partners; not decided yet).
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Towards better care in CF all over Europe:
the development of the patient questionnaire
Introduction

One main objective of the ECORN-CF project is to facilitate access to appropriate CF care all over Europe by implementing accepted European guidelines and adherence to these.
As a step towards this goal it is necessary to assess how far all over Europe adherence to
European guidelines, among them the European Consensus of Care, is currently established. This will be done:
• by analysis of the content of the answers to the expert teams
• by sham questions and
• by use of a patient questionnaire.
More about the questionnaire
The questionnaire will be an important tool to gain knowledge about the current CF care provided in Europe, and, what is equally important, what patients know about CF care in their
country and the access to care they perceive to be available.
Thomas Wagner presented a first version of this questionnaire on the 1st quality round table
in Frankfurt last year which then was extensively discussed. It was agreed that it should answer four questions:
• What do patients do with respect to CF care?
• What kind of care do they have?
• Is there any cross-border care?
• What is happening when patients go to their CF doctors?
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It was also decided that the questionnaire should be as short as possible, preferably no longer than one page; that there would be no paper mailing and distribution would be carried out
over the website system exclusively, and that only those family members and patients were
supposed to fill it in who contacted the experts.
A working group, consisting of Karleen De Rijcke (Belgium), Dr. Silke van Koningsbruggen
(Germany) and me (Birgit Dembski, Germany) was set up to continue with the questionnaire.
By now we accomplished it.
There are two versions; one for families, one for adult patients. The eternal question: “What
happens if parents of an adult patient seek advice?” will be answered as follows: In this case
parents or adult may choose who fills in that version which is appropriate to the responder.
The questions in the first section refer to general data on health (see Example of Questionnaire for Adults, published in this Newsletter). In a second section we ask about CF specialists and multidisciplinary centres, in the third about their individual care, and finally about
Quality of Life (QoL) and a few social data. The problem was to reduce a very complex issue
to a few easy-to-answer questions suitable to provide significant data about CF care all over
Europe in such a manner that the resulting questionnaire turned out as short as possible. So,
referring to the European consensus of care and to quality indicators used in CF quality assurance programs like BMI, lung function, status of Pseudomonas infection, we selected the
fundamental elements of CF care relevant for every single patient and neglected those measures which may be as important but are not as frequently used by the majority of patients.
How to gain significant data concerning quality of life in connection with this questionnaire
was extensively discussed during the first quality round table in Frankfurt, and our working
group continued the debate. We finally came to the conclusion to make it as simple as possible, just to get a rough impression on what people feel about their quality of life with CF. Thus
we abandoned the idea of using any well-known QoL questionnaire such as the CFQ-R. To
use the complete QoL questionnaire would have been far too complicated in this setting, nor
did we consider singling out separate items as a useful alternative. What is more: In order to
gain significant data concerning quality of life with CF in a given country the results of the
CFQ questionnaire would also have to be compared with those of the population in general.
Such an approach, though, would be far too difficult to be dealt with by ECORN-CF. Thus we
referred to a plain scale. We are conscious about the shortcoming of such an approach but
the results may nevertheless be useful for political lobbying.
The last section asking a few social-economic questions is optional. But we think that it is significant to learn how much of their income families have to spend on CF care. This is something governments and health authorities should know.
Soon on the ECORN-website: the questionnaire
Now the questionnaire will have to go online. Every participant who contacts the expert team
will once get an email and be asked to fill the questionnaire in. We do hope that the questionnaire will convey some knowledge about how CF care is provided in Europe. A great thank
you to all who helped with comments and annotations.
By Birgit Dembski
See for an example of Questionaire page 5 and 6.
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Topics to be discussed during the 2nd
Quality Round Table of ECORN-CF at Prague
(22-24 April 2008)

A preliminary schedule – order may vary
Who

What / Topic

Thomas Wagner

Greeting and review about what happened since the
last QRT; Report of European acitivities (EuroCare-CF;
Rare Disease Task Force etc.)

Annette Pfalz

Some statistics – How many questions per team, how
many referrals, etc.
Possibility for each moderator to check the statistics in
the system

Anna Arellanesova or another
person from the Czech patient
organization and Jitka Brazova

What can each local team do to attract more questions? – The Czech team presents how they have managed to inform potential questioners about the
existence of the Czech expert advice.

All

Time for brain storming – How can each team reach a
better question rate?

Thomas Wagner / All

Discussion: Why do we have so few questions from
members of the care team? – No demand or simply
lack of publicity? / What can we do to change this?
What can e.g. EuroCare-CF or CF-Europe do to help
disseminating the existence of ECORN-CF?

Helge Hebestreit

About the scoring system – How is it going to be used?
How many questions? How will this be done?
Excursus: What will be done with questions that are of
local relevance only?

Guy Dargent (Scientific Project
Officer of EU commission)
Helge Hebestreit
Jitka Brazova
All
Annette Pfalz

Financial and Technical Report – Requirements, examples, time for questions
Discussion of the 6 – 8 most interesting questions; extraction of topics for new guidelines that could be suggested to the ECFS
Technical questions about how to use the expert advice

Production:
Communication office
Atrium Medical Center
Heerlen, The Netherlands
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