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Agenda for the On-line Pre-conference sessions

“World Think Metabolic, Think CDG Academy”.

Under the scope of the 3 educational tracks of the

6th World Conference on CDG (WCCDG) for CDG families and professionals.

©Vanessa Ferreira. CDG and Allies. APCDG and WCDGO. March 2023.
Photo by Julia M Cameron: https://www.pexels.com/photo/person-writing-on-notebook-4144923/



2

6th World Conference on CDG (WCCDG) for CDG families and professionals.

Organized by the Portuguese Association for CDG and CDG and Allies

in collaboration with Worldwide CDG Patients Advocacy Groups, advocates and CDG Professionals

Several prestigious entities and organizations devoted to rare diseases, including Congenital Disorders of Glycosylation, have

endorsed our “6th World Conference on Congenital Disorders of Glycosylation (WCCDG)”. Check HERE.

The operations and activities of our event are a reality that to an active group of collaborators of the people-centric CDG

and Allies International Network who kindly give their time and motivation to help us!

We are also grateful to our donors and supporters. Visit HERE.
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6th World Conference on CDG (WCCDG) for CDG families and professionals.

This year's theme is “Building a collaborative, community-centric strategy to boost drug development for all CDGs”!

and includes novelties like the “World CDG Advocacy and Leadership Academy” and the “World Think Metabolic, Think CDG

Academy”!

As suggested by the theme for the 2023 conference – we are looking to create an environment where all attendees can

interact and share insights, strategies, and techniques for either broadening or enabling access to CDG therapies, thanks to a

coordinated collaborative, and community-centric strategy needed to boost drug development for all CDGs!
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This is the most complete and resourceful international conference focused entirely on CDG. The content is delivered in

a patient-friendly language that non-specialist audiences can understand. The ultimate goal is to help people to engage with

clinicians and researchers more effectively and participate actively in their healthcare decisions. Learn everything about the

event here.
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Donors and Supporters

We’d like to thank our donors and supporters, and recognize their unwavering dedication to our cause. It was this dedication

that made the 6th World Conference on CDG possible. Thank you for your invaluable support.
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“World Think Metabolic, Think CDG Academy”

The “World Think Metabolic, Think CDG Academy” consists of online Pre-conference sessions that will be available in English

to everyone via https://worldcdg.org/, and directed to all participants. Learn everything about the event here.

EDUCATIONAL TRACK 1: World Think Metabolic, Think CDG Academy
Audience: directed to all participants

How: sessions will be available to all online at https://worldcdg.org/

Track 1: Getting started with your involvement within Research and Development (R&D) process.

Pre-conference Online Sessions 1: How are therapies done?
Several brief presentations will set the stage for the current Research and Drug Development (R&DD) process and
provide key knowledge to understand current and future therapeutic advances.
Objective(s): What is it? How does basic and translational research work? Why is it important? How are therapies made? How important is
input from stakeholders (like patient groups, clinicians, and so on) is? What does the future look like? What other aspects of R&DD need to
be improved to accomplish robust therapies?

Talk 1: Overview of the Research and Drug Development (R&DD) process.
Speaker: Carlota Pascoal, APCDG, CDG & Allies, UCIBIO & Associate Laboratory i4HB, Institute for Health and Bioeconomy at Department of Life
Sciences, NOVA School of Science and Technology (FCT NOVA), NOVA University Lisbon, Caparica, Portugal.

Talk 2: Challenges within Research and Drug Development (R&DD) process across rare diseases: learnings across CDGs.
Speaker: Maria Monticelli, Università degli Studi di Napoli "Federico II", Department of Biology, Italy.

Talk 3: Opportunities within Research and Drug Development (R&DD) process across rare diseases: learnings for all
CDGs.
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Speaker: Dorinda da Silva, ALiCE - Associate Laboratory in Chemical Engineering, Faculty of Engineering, University of Porto, Porto,
Portugal.

Talks 4 & 5: Best practices within Research and Drug Development (R&DD) process across rare diseases.
Speaker: Andrew C. Edmondson, Frontiers in Congenital Disorders of Glycosylation Consortium (FCDGC), Metabolic Disease Program
and the Division of Human Genetics at Children's Hospital of Philadelphia, USA.

Speaker: Peter McWilliams, Chief Business Officer (CBO) at Glycomine, Inc., USA.

● After this session, you will have a better understanding of the Research and Drug Development (R&DD) process
and greater confidence in what actions should be taken to strengthen research and drug development in rare diseases
like CDG.

Track 2: Where do we stand as for Basic and Translational Research Tools needed to secure robust therapies?

Pre-conference Online Sessions 2: Biobanks and Biomarkers to develop effective therapies: Why, What and Where do
we stand?
Several short presentations will give a helicopter view of biobanks and biomarkers and set the scene for a very
interactive discussion.
Objective(s): You will learn about biobanks and biomarkers as tools needed to bridge the gap between understanding the disease process to
identify therapeutic targets and testing potential therapies in preparation for clinical research in humans. Several best practices in the field of
rare diseases will be shared.

Talk 1: Where do we stand for Biomarkers for CDG?
Speaker: Merel Post, Department of Neurology, Donders institute for Brain, Cognition and Behavior, Radboud University Medical Center,
Nijmegen, The Netherlands.

Talk 2: Biomarkers for CDG - Where Do We Stand?
Speaker: Earnest James Paul Daniel, Frontiers in Congenital Disorders of Glycosylation Consortium, American College of Medical
Genetics (ACMG), under the subspeciality - Clinical Biochemical Genetics, at the Children’s Hospital of Philadelphia, USA.
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Talk 3: Sorbitol is a Biomarker for PMM2-CDG with therapeutic implications.
Speaker: Silvia Radenkovic, from Pf Eva Morava Lab, Frontiers in Congenital Disorders of Glycosylation Consortium, Department of
Clinical Genomics and Department of Laboratory Medicine and Pathology, Mayo Clinic, Rochester, USA.

Talk 4: Instrumental Gait Analyses in CDG: Learnings with impact clinical in clinical trials for CDG.
Speaker: Rita Barone, University of Catania, Italy.

● After this session you will have greater confidence in how to set up robust relationships that enable research and
drug development.

Pre-conference Online Sessions 3: What are Patient Registries and Natural History Studies (NHS) and why are they
core elements for effective therapies and personalized medicine?
Several brief presentations will set the stage for current knowledge about Patient Registries and Natural History
Studies (NHS) as crucial tools for effective therapies. Also, we will learn how patient registries and Natural History
Studies can support a robust clinical program that meets patients, clinical trial sponsor, regulatory and payer needs.
Objective(s): You will learn what are patient registries and why they are key to developing therapies, Also, how all stakeholders can
contribute to the creation of a patient registry. What is the future of patient registries? And several successful examples will be shared. We
will also address, the importance of Natural History Studies (NHS) to boost knowledge and therapies.

Talk 1: What are Patient Registries and Natural History Studies (NHS) and why are they core elements for developing
therapies?
Speaker: Pedro Granjo, APCDG, CDG & Allies, UCIBIO & Associate Laboratory i4HB, Institute for Health and Bioeconomy at Department
of Life Sciences, NOVA School of Science and Technology (FCT NOVA), NOVA University Lisbon, Caparica, Portugal.

Talk 2: Overview of existing patient registries for CDG: challenges and opportunities.
Speaker: Donna Krasnewich, clinical geneticist, former National Human Genome Research Institute, USA.
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Talk 3: Inherited Glycosylphosphatidylinositol Deficiency (IGD) Disorders Medical History Collection and Registry.
Speaker: Martinna Raineri Tapies, from Pf Clement Chow Lab, Department of Human Genetics at the University of Utah School of
Medicine and Frontiers in Congenital Disorders of Glycosylation Consortium (FCDGC), USA.

Talk 4: Natural History Studies (NHS) in CDG: where do we stand and learnings that benefit therapies for all CDGs.
Speaker: Tristen Moors, Vice President, Clinical Operations at Glycomine, Inc., USA.

● After this session you will be able to map out options and decisions that can be used for future patient registries
and Natural History Studies (NHS).

Pre-conference Online Sessions 4: What are Cell and Animal models and why are they key to developing therapies?
Several short presentations will give a helicopter view about current advances dedicated to Cell and Animal models
that are crucial to develop therapies.
Objective(s): You will learn about what a disease model is. How do you choose the best one? Which challenges are faced when developing
such models? Several case examples of cell and animal models to boost therapies in the field of rare diseases will be highlighted.

Talk 1 & 2: What are cell and animal models and why are they crucial? (Several speakers will address this topic).
Speaker: Alicia Vilas Lagoa, Centro de Biología Molecular Severo Ochoa, Universidad Autónoma de Madrid, Spain.

Speaker: Sjanie Huang, Department of Neurology, Donders Institute for Brain, Cognition and Behaviour, Radboud University Medical
Center, Nijmegen, The Netherlands.

Talk 3: Induced pluripotent stem cells (iPSC)-derived models to study CDG.
Speakers: Rachel Mijdam and Eline van de Ven, Department of Neurology, Donders Institute for Brain, Cognition and
Behaviour, Radboud University Medical Center, Nijmegen, The Netherlands.

Talk 4: Yeast as a Model Organism in CDG Research
Speaker: Charlotte Althoff, Laboratory for Molecular Diagnosis, Department of Human Genetics, KU Leuven, Belgium.
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Talk 5: Fission yeasts as a model organism to study CDGs
Speaker: Cecilia D’Alessio, Institute of Biosciences, Biotechnology and Translational Biology (iB3), Faculty of Exact and Applied Sciences
(FECS).

Talk 6: Zebrafish model: Challenges and opportunities for all CDGs.
Speaker: Andreas Hecker, Centre for Child and Adolescent Medicine, Heidelberg University Hospital, Heidelberg, Germany.

Talk 7: Zebrafish for rare disease research.
Speaker: Nerea Gandoy, University of Santiago de Compostela, University of Castilla-La Mancha. Lugo, Galicia.

Talks 8 & 9: Fibroblasts as tools to advance research across all CDGs.
Speaker: Diana Gallego, Centro de Biología Molecular Severo Ochoa, Universidad Autónoma de Madrid, Spain.

Speaker: Zoé Durin, CNRS, UMR 8576-UGSF-Structural and Functional Glycobiology Unit, University of Lille, Lille, France.

● After this session you will be able to map out a potential action plan to achieve successful models that will enable
therapeutic development.

Pre-conference Online Sessions 5: How Omics and Bioinformatic tools enable effective therapies and personalized
medicines?
Several brief presentations will set the stage for where we stand as for Omics and Bioinformatics tools to enable
research effective therapies and personalized medicines.
Objective(s): You will learn about how omics and bioinformatics can boost research and drug development. How can the integration of the
various -omics platforms make a significant contribution to improving personalized patient care? Several tools and best practices that are
transferable across diseases will be shared.

Talks 1 & 2: Overview of Omics and Bioinformatic tools that can be applied for CDG.
Speaker: Kevin Aguirre, Master's Degree in Bioinformatics at the European University of Madrid, Spain.

©Vanessa Ferreira. CDG and Allies. APCDG and WCDGO. March 2023.
Photo by Julia M Cameron: https://www.pexels.com/photo/person-writing-on-notebook-4144923/



11

Speaker: Ricardo Blázquez Martín, Master's Degree in Bioinformatics at the European University of Madrid, Spain.

Talk 3: Patient and Public Involvement (PPI) in Omics and Bioinformatics research field.
Speaker: Roberta Bogoi, Master's Degree in Bioinformatics at the European University of Madrid, Spain.

Talk 4: Precision Medicine (PM): Is the time for microbiome-based therapies?
Speaker: Rocío González Soltero, Department of Medicine. MAS Microbiota Research Group, Universidad Europea de Madrid, Spain.

Talks 5: RNA-Sequencing, next generation of CDG diagnostics and implications for novel therapeutic approaches.
Speaker: Matthew Wilson, Laboratory for Molecular Diagnosis Centre for Human Genetics, KU Leuven, Belgium.

Talk 6: Glycoproteomic approaches to understanding CDG.
Speaker: Merel Post, Department of Neurology, Donders Institute for Brain, Cognition and Behavior, Radboud University Medical Center,
Nijmegen, The Netherlands.

Talks 7: Tracer metabolomics as a tool to understand CDG
Speaker 1: Karen Driesen, Metabolomics Expertise Center, VIB-KU Leuven, Belgium.

Speaker 2: Andrea Jáñez Pedrayes, Metabolomics Expertise Center, VIB-KU Leuven, Belgium.

● After this session you will be aware of how omics and bioinformatics have opened opportunities to improve
diagnosis, decipher diseases and improve treatment strategies.

Pre-conference Online Sessions 6: Advances in research with impact across all CDGs.
Several brief presentations will share about top priority scientific advances in the field of CDG.

Talk 1: RNA-guided diagnosis for CDG patients: Updates, challenges, and opportunities.
Speaker: Lan Lin, Children's Hospital of Philadelphia and Frontiers in Congenital Disorders of Glycosylation Consortium (FCDGC) (USA).
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Talk 2: Roadmap of learnings and opportunities from NLGY 1 with impact across all CDGs in a nutshell.
Speaker: Tadashi Suzuki, RIKEN Institute, Japan.

Talk 3: Drug repurposing screens in CDG.
Speaker: Clement Chow Department of Human Genetics at the University of Utah School of Medicine and Frontiers in Congenital
Disorders of Glycosylation Consortium (FCDGC), USA.

● After this session you will be able to map out potential solutions that can be taken to enable successful
development of bioassays crucial for robust research and drug development.

Track 3: Speed up effective therapies.

Pre-conference Online Sessions 7: Getting Ready for Clinical Trials: Tools and Best Practices from the Community
Several brief presentations will share information about (1) what and how clinical trials are designed and
implemented, and (2) how the voice of a united community is essential to boost and enable clinical trials that meets
patients, clinical trial sponsor, regulator and payer needs.
Objective(s): You will get an overview of what is clinical research (also known as clinical trials), and several examples of CDG families that
co-create research and drug development with researchers and related stakeholders. Are there other opportunities to boost research and
drug development? What does it look like in the future?

Talk 1: Patient-reported outcomes and quality of life in PMM2-CDG: Challenges and opportunities transversal for all
CDGs.
Speaker: Anna Ligezka, from Pf Eva Morava Lab, Frontiers in Congenital Disorders of Glycosylation Consortium, Department of Clinical Genomics
and Department of Laboratory Medicine and Pathology, Mayo Clinic, Rochester, USA.
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Talk 2: Patient Preference Information (PPI): why they are important for clinical trials and access to medicines?
Speaker: Joana Poejo, APCDG, CDG & Allies - Professionals and Patient Associations International Network (CDG & Allies-PPAIN), NOVA
School of Science and Technology (FCT NOVA), NOVA University Lisbon, Caparica, Portugal.

Several brief presentations will share about current projects co-created with families and related stakeholders that are
influencing the current “status quo.”
Talk 3: A rainbow is born of science with a touch of magic for PIGW-CDG: The path of a family - research partner.
Speaker: Kelsey Lents, family research partner for PIGW-CDG, USA.

Talk 4: Finding a treatment for PIGS-CDG.
Speaker: Jing Xu, family research partner for PIGS-CDG, USA.

Talk 5: The use of metaphors to enable understanding and shape communication about what it looks like to live with a
rare disease like CDG.
Speakers: Madalena Parrado, APCDG, CDG & Allies - Professionals and Patient Associations International Network (CDG & Allies-PPAIN),

NOVA School of Science and Technology, NOVA University Lisbon, Caparica, Portugal. Vito Evola, School of Social Sciences and Humanities,

NOVA FCSH, NOVA University of Lisbon, Portugal.

Talk 6: How design-thinking can solve research and therapeutic challenges in rare diseases like CDG?
Speaker: Ksenia Lebedeva, APCDG, CDG & Allies - Professionals and Patient Associations International Network (CDG & Allies-PPAIN),
NOVA School of Science and Technology (FCT NOVA), NOVA University Lisbon, Caparica, Portugal.

● After this session, the community will be more confident in understanding how they can actively participate in the

clinical trial process and make a meaningful impact. Additionally, they will recognize the significance of gathering insights

and perspectives from patients and their family members in these trials.
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