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Mission Statement

* Increase community
awareness and understanding
of lysosomal storage disorders
their effects and potential
solutions, through education
and publicity;

e Increase political recognition
and understanding of
lysosomal storage disorders,
their effects and potential
solutions, particularly the
cost-benefit advantages
offered by therapies;

¢ Encourage research
involved with the diagnosis,
management and treatment
of patients affected by
lysosomal storage disorders;

e Maintain close links with
family support groups;

e Promote and establish links
with support associations
for other, non-lysosomal,
organelle diseases

¢ Promote and establish links
with similar organisations
internationally.
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One mission statement of
Lysosomal Diseases Australia
(LDA) is to “promote and
establish links with similar
organizations internationally”.

Following discussions of this objective over
the past four years with others, and as a
direct result of a formal presentation in June
last year at the US MPS Society Annual
Meeting the pace quickened with a
number of like-minded groups and individ-
uals agreeing to collaborate to investigate
the possibility of establishing a global lyso-
somal diseases alliance.

On 7 - 9 February 2002, 22 experts from 10
countries met in Cannes, France, under the
sponsorship of LDA, to consider a new
collaborative effort for all lysosomal storage
diseases (LSD). Although each LSD type is
uncommon, taken together they affect
between 3 - 5% of the world’s population,
either directly or indirectly, so constitute a
substantial health issue. Well-respected
clinicians, researchers, patient advocates
and biotechnology company representa-
tives, debated how collaboration could best
improve diagnosis, treatment and care for
all those affected by LSD. By the close of
the two-day session, GOLD, Global Organ-
isation for Lysosomal Diseases, had been
born. In the coming months, we will
work to turn the dream into reality.

Like the household kitchen, lysosomes can
be described as ‘recycling centres’. If waste
material is not removed, it builds up and
impairs normal functioning.
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A Steering Committee was formed with
members Michael Beck, MD (Head, Centre
for LSD at the Children's Hospital, Mainz,
Germany), John Hopwood, PhD (Head,
Lysosomal Diseases Research  Unit,
Women's and Children's Hospital, Adelaide,
Australia, and Chairman LDA), Edwin
Kolodny, MD (Chairman, Department of
Neurology, New York University, US), Chris-
tine Lavery (Chief Executive, Society for
Mucopolysaccharide Diseases, Amersham,
UK), Abbey Meyers (President, National
Organization for Rare Disorders [NORD],
New Fairfield, US) and William Sly, MD
(Chairman, Edward A. Doisy Department of
Biochemistry and Molecular Biology, St.
Louis University School of Medicine, St.
Louis, US).

Cannes meeting participants felt that
collaboration was needed now because of:

e Increasing understanding of
disease natural history

e Growing number of patient registries
and genetic information databases

* Promising/approved diagnostics
and treatments

e Committed group of researchers,
clinicians, and patient
advocates/educators

e Model programmes for patient
education and support

* Broadening recognition of the
value of coordinated action
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