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Why cross-border healthcare?

The patients with rare diseases are spread all over large
distance, resulting in difficulty to:

I Find medical experts and centres specializing in rare
diseases (in diagnostics and treatment)

i Use the new modern therapeutic methods

Crossborder healthcareenablesequality in
availablility of medicalservices andhe best
medicalcareall overthe world for affected
patients regardlessof their living place



Examples from CMHI
of cross-border healthcare

A Individual informal personal cooperation in
taking care of the patients with inborn errors
of metabolism

A Liver cell infusions in Heidelberg at Polish
newborn with hyperammonemia type |

A PatientsCzonsultations in Riga and Vilnius by
Polish metabolic specialists



Dept Metabolic Diseases, Endocrinology and Diabetology
TheChi | drends Mesmuwe |1 al Heal t h
reference center for metabolic disease

AConsulting foreign patients from
Eastern European countries
(hospitalisations, e-mail contacts)

A Diagnosing of Polish patients through
analyses done in material sent abroad

ATaking care of foreign affected
children during their stay in Poland

A Medical care continuation of
migrating patients




SELICA Il - Safety and Eficacy of Liver
Cell Application

A Open, prospective, uncontrolled, multicentre study
In Infants < 3 mos with some urea cycle defects

A Administration of 4-6 cryo-preserved liver cell
Infusions into the portal vein via catheter into the
umbilical vein or a branches of the V.mesenterica
Inferior or superior

Dr. Dieter Plogmann
Cytonet GmbH, Weinheim, Germany




Male patient FJ born 20.07.2009 (Apgar score 10)

A
A
A

Days 1-5 ¢ severe clinical status
Day 6 ¢ coma, elevated blood ammonia

Day 7 ¢ transferred from local hospital to ICU
iIn CMHI: detoxification (hemodialysis)

A Days 8-10 ¢ start of metabolic work-up
A Days 11- admission to our Dept and diagnosis of

hyperammonemia type Il (OTC deficiency)

A Day 30 ¢ transferred by plain to Heidelberg for liver

cell infusions

A Now - after successful therapy clinically stable,

prepared for liver transplantation



PatientsCzonsultations in Riga
by Polish metabolic specialists

A Medical Genetic Centre in the University Hospital
In Riga, 28.09-01.10.2005
t N2Fd wAll Zitd&@ehidaa | YR R
Prof. Ewa Pronicka, dr Jolanta Sykut-Cegielska
and dr Wanda Gradowska

A 32 patients with suspicion of metabolic diseases were
consulted; among them in 3 - glycogen storage disease
was diagnosed, in 1 ¢ rare defect of purine metabolism,
in 1 C LeSh'Nyhan disease (then collective publication)

Centre of Excellence Paediatric
Research Centre ¢ Focusing
on Effective Child Treatment



PatientsCzonsultations in Vilnius
by Polish metabolic specialists

A The Centre for Medical Genetics in Vilnius University
Hospital Santariskiu Clinics, 01.10-05.10.2005

Prof. Vaidutis Kucinskas
Prof. Ewa Pronicka, dr Jolanta Sykut-Cegielska
and dr Wanda Gradowska

A 12 patients with suspicion of metabolic diseases were
consulted; among them lysinuric protein intolerance and
mucopolysaccharidosis were diagnosed

Centre of Excellence Paediatric
Research Centre ¢ Focusing
on Effective Child Treatment



2nd Eastern European Metabolic Academy EEMA 2009 ,Warsa

diagnosis andtreatment of o
diseases in Egstern Europe by
academic edycation/tiraining
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Example from beyond Europe

A Two-day long Annual Symposium in
Mexico City
I Organized byCystinosid-oundation of
Mexico
I Funds collected by families through fund
raising
A Participants:
I Medical professionals
I Patients and the families

A The meeting consists of: SE=e
i Formal presentations covering all issued/_=A A =n=d A=)

In Cystinosis Wﬁ‘ﬁ%‘!ﬂ!

i Charity medical service (review of recorg. 2 "SIV e
adjustment of medications) bgystinosis “"“"}“r/ \!-' l‘g .

experts from USA:

A EwaElenberg MD (Baylor College of
Medicine, Houston)

A CraigLangman MD (Northwestern
University, Chicago)




What should be done to improve access to
cross-border healthcare?

A Formal regulations among Member States

A Right for reimbursement for services provided
abroad

A Establishing of European networks of reference
centres for rare diseases

A Collecting data regarding availability and quality
of medical management in order to enable
comparable monitoring of cross-border
healthcare

A Developing e-health by including information
technology in a healthcare



Thank you for your attention!

Thank you for your attention!



