
 
 
 

 

 

 

16th Annual WORLD Symposium February 10-13, 2020 

We’re Organising Research on Lysosomal Diseases Symposium 
Report written by Megan Fookes OAM; Managing Director, Fabry Australia 
 

Background / About WORLDSymposium 

WORLDSymposium™ is an annual research conference dedicated to lysosomal diseases. W.O.R.L.D. is an 
acronym that stands for We’re Organizing Research on Lysosomal Diseases. Since its inception 16 years 
ago with a group of approximately 75 passionate researchers, WORLDSymposium has grown to an 
international research conference and this year had 2,100 participants from more than 50 countries.  

Fabry Australia attends WORLD Symposium 2020 
The World Symposium this year was bigger and busier than ever! The program 
was an intense 4 days discussing ‘state of the art’ research on lysosomal 
diseases. There were also many satellite meetings held at breakfast 6.30am, 
lunch time and dinner giving opportunity to clinicians and key investigators to 
share their clinical experience of managing lysosomal diseases. It was great for 
me representing Fabry Australia to have face to face meetings with many people 
who don’t have an Australian office but have a presence at WORLD. The 
Exhibition Hall hosted display booths and 477 poster presentations, 99 that 
focused on Fabry disease and current research. There are many new companies engaged in researching 
Fabry disease with new novel therapies and looking to bring clinical studies to Australia. 

Day 1 Emerging trends in lysosomal biology & lysosomal diseases: state-of-the-art for experts  

The Clinicians and researchers were invited to register for a pre-conference Symposium called ‘Emerging 
Trends: State of the Art for Experts’. It was terrific to see representation from our Medical Advisory 
Committee attending from Victorian Fabry Clinic, WA Fabry Clinic and SA Fabry Clinic partaking in this too. 
This course was a summary of the latest research trends and other advances in the field. 

Basic Science I: Disease Mechanisms, Pathology, and Biomarkers of Lysosomal Diseases 

There were many presentations in this section but a few on Fabry disease from researchers located in 
France, USA, Spain and Japan looking at areas such as; 

- predictive biological patterns in Fabry disease revealed by integrative omics machine learning analysis 
- Extracellular vesicles increase the enzymatic activity of lysosomal proteins and improve the efficacy of 

enzyme replacement therapy in Fabry disease 
- Podocyte globotriaosylceramide (GL-3) content in female adult patients with Fabry disease and 

amenable mutations reduces following 6 months of treatment with migalastat 
- DNA methylation study of GLA gene and its association with autophagy and clinical severity of 

heterozygous Fabry disease females 



 
 
 

 

 

Day 2 Basic Science II: Developing Therapeutic Approaches in the Laboratory / Translational Research  

Rosoe O. Brady Award for Innovation and Accomplishment 

This year’s Roscoe Brady Award went to John F. Crowley. John 
F. Crowley is the Chairman and CEO of Amicus Therapeutics, a 
global biotechnology company focusing on developing 
treatments for rare genetic diseases. John has been Amicus 
CEO since 2005 and has overseen the company’s growth from 
a four-person start-up to one with operations in more than 30 
countries, with 550+ employees and a market value of nearly 
$3 billion. John’s involvement with biotechnology stems from 
the 1998 diagnosis of two of his children with Pompe disease. 
Further details on John’s bio PRESS HERE. Upon receiving his 

award, John gave his address The Moral Obligation to Ensure Access to Medicines for All Patients in Need. 

On behalf of the Australian Fabry community, we congratulate John on this worthy achievement and thank 
him for his dedication to research for Lysosomal Storage Disorders including Fabry Disease.  

Following the presentation of the Award for Innovation and Accomplishment in lysosomal disease research, 
presentations in the morning discussed developing therapeutic approaches in the laboratory. In the 
afternoon the focus was on translational research. Some interesting presentations from researchers based 
in Germany, Taiwan, France, Turkey and USA for Fabry disease included; 

- Neutralizing anti-drug antibodies inhibit endothelial enzyme uptake and activity in Fabry disease 
- A novel AAV capsid with improved tropism to heart, kidney and PNS for treatment of Fabry disease 
- Triamterene-induced suppression of R227X premature termination codon in Fabry disease 
- The benefits, challenges and regional differences of family screening in rare genetic diseases: Lessons 

from Fabry disease. 
- Early detection of the irreversible cardiac damages in the adults with late onset Fabry disease in a large 

cohort study via newborn screening 
 

Day 1 and 2 sessions are very scientific and following both days at 4.30pm the Exhibition Hall was open to 
network with displays and poster presentations. Always exciting to read the new research posters and talk 
to their authors. It was fantastic to see Fabry International Network (FIN) had a very professional display 
this year and NFDF (National Fabry Disease Foundation) had a lovely display with a hand made quilt of Fabry 
symbols as they backdrop. 

Day 3 focused on Translational Research and Clinical Trials for Registration and Clinical Outcomes 

The presentations in the morning sessions turned to the challenge of moving laboratory discoveries to 
therapy, the important hurdles of translational research. Some broad topics of discussion included 
modulation of CNS effects of disease, how to increase the efficacy of therapeutic modalities, and 
genotype/phenotype correlations.  

The afternoon sessions were committed to presentations of results from clinical trials, in most cases, the 
actual application of new agents in humans affected by these conditions. The sessions included 
presentations related to re-thinking the definition of biomarkers for lysosomal disease. 

https://worldsymposia.org/worldsymposium-program-events-lysosomal-disease/worldsymposium-scholarships-awards/innovation-accomplishment-award-lysosomal-diseases/


 
 
 

 

 

Patient Advocate Leader Award  

This year’s Patient Advocacy Leader Award went to Cara O’Neill MD. 
Cara O’Neill, MD, is the Chief Science Officer at Cure Sanfilippo 
Foundation, a paediatrician, and mother to a daughter with the rare 
disease Sanfilippo syndrome (MPS III). Dr. O’Neill and her husband 
founded Cure Sanfilippo Foundation after receiving her daughter’s 
diagnosis in 2013, guided by the mission to support the creation of 
treatments and an eventual cure for the disease. For further details 
PRESS HERE  

 

Day 4 Clinical Trials for Registration and Clinical Outcomes and Industry Contemporary Forum 

These sessions focused on the results from clinical trials, in most cases, the actual application of new agents 
in humans affected by these conditions. They also related to re-thinking the definition of biomarkers for 
lysosomal disease. The afternoon introduced a NEW session - Industry Contemporary Forum (Non-CME) 
These non-CME platform presentations were specifically for corporate first authors and provided attendees 
with cutting-edge industry research, data and developments. 

Summary 

There is an overwhelming amount of information to report but it was amazing 
to see the amount of research being undertaken at a pre-clinical and clinical 
level in not only the United States but also in Europe and Australia. Fabry 
Disease dominated the WORLD Symposium this year which much research 
looking into various approaches to managing Fabry disease patients, diagnostic 
tools, new novel approaches to specific therapy for patients, alternative 
approaches to managing pain, ways to collect important data to best manage 
Fabry patients. There are many gene therapy companies in the arena now with 
a lot looking at Fabry disease as part of the research portfolios for the future.   

Please read the Research section of the Fabry E News to see which trials may interest you and don’t hesitate 
to speak with your Doctor/ Nurse at the Fabry Clinics.  

It was great to network with many of the stakeholders including the 
Pharmaceutical Industry and Fabry Patient Group Leaders.  Next year, 
Fabry Australia hopes to share something at WORLD (stay tuned!) and the 
meeting will again be in February but back in San Diego. 

Thank you Fabry Australia for allowing me to represent the Australian 
Fabry patient community at this important event and thank you to the 
sponsors who supported our attendance (Sanofi Genzyme, Shire /Takeda, 
Idorsia, Avrobio, Amicus).  
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