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“The Hereditary Disease Foundation has long driven major

pioneering discoveries in the field of Huntington’s disease. 

Its workshops and other programs promoting the research that

led to these discoveries have had an immense and far broader

impact, for example helping enable the Human Genome Project

both intellectually and experimentally. 

I have had the tremendous privilege of being an adviser to the

Hereditary Disease Foundation and a close friend of its president

Nancy Wexler for many years. I have enormously enjoyed and

learned from my interactions.”

H. Robert Horvitz, Ph.D.
Nobel Laureate

Investigator, Howard Hughes Medical Institute
Professor of Biology

Massachusetts Institute of Technology
Scientific Advisory Board
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Anne B. Young, M.D., Ph.D. 
Chair, Scientific Advisory Board

Chair Emerita, Department of Neurology
Massachusetts General Hospital
Distinguished Julieanne Dorn Professor of Neurology
Harvard Medical School
Royal College of Physicians, London
American Academy of Arts and Sciences
National Academy of Medicine

With funding from the Hereditary Disease Foundation and the
National Institutes of Health, Anne Young has been involved
in HD research for four decades. Anne participated in the Hereditary Disease Foundation’s Venezuela
Project from 1981 until 2002 when the team could no longer return because of Venezuelan President
Hugo Chavez’s restrictions. In Venezuela, Anne focused on making accurate diagnoses, drawing blood
for DNA, taking skin biopsies and helping collect tissue samples generously donated by the Venezuelan
family members. Of the 20,000 neurological exams performed, Anne did many of them. Anne played a
critical role in establishing the Casa Hogar nursing home in Maracaibo, Venezuela, and recruiting Dr.
Margot de Young, its director. She also trained and mentored medical students and residents who joined
the team.

Anne and her husband, the late John B. (“Jack”) Penney, Jr., tested new models of how the basal ganglia
controls movements. They based their theories on data from animal and postmortem human brain
samples. They discovered, through clever experiments, how the basal ganglia are affected in Huntington's
and Parkinson's diseases. The basal ganglia controls movement, reward, emotions and memory. Anne
and Jack's model suggested the design of therapies that would help both diseases. 

Anne was recruited in 1991 to Harvard Medical School and Massachusetts General Hospital as the
hospital’s first female head of a department. She founded and designed the MassGeneral Institute for
Neurodegenerative Diseases (MIND) in 2001 to accelerate the discovery of new and effective therapies
for these disorders.

Anne is a driving force in the Hereditary Disease Foundation’s Scientific Advisory Board which she chairs.
She also plays a key role on the Foundation’s Board of Directors as its Vice Chair. She received the
Hereditary Disease Foundation’s Leslie Gehry Brenner Prize for Innovation in Science in 2016.

The Hereditary Disease Foundation’s Scientific Advisory Board is composed of distinguished
scientists from around the world. The Board sets the scientific priorities of the Foundation,
reviews grant and fellowship applications and selects the most innovative and promising
research projects to fund.
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Gillian P. Bates, FMedSci, Ph.D., FRS

Professor of Molecular Neuroscience
Co-Director Huntington's Disease Centre
Vice Dean (Research), Faculty of Brain Sciences
Department of Neurodegenerative Disease
UCL Institute of Neurology
Fellow, Royal Society

Gillian Bates  is using mouse models of HD to understand the
first events that cause HD, validate approaches to treating 
this disease and to steer drug development programs. 
Gill was part of the Hereditary Disease Foundation-led team
that cloned the gene for HD in 1993. She went on to develop the first mouse model of HD in 1996. 
She received the HDF’s Leslie Gehry Brenner Prize for Innovation in Science in 2012.

C. Frank Bennett, Ph.D.

Senior Vice President, Research
Neurology Franchise Leader
Ionis Pharmaceuticals

Frank Bennett is responsible for preclinical antisense drug
discovery and antisense technology research. Dr. Bennett is
also the franchise leader for the Neurological Programs at
Ionis. He is one of the founding members of the company.
Dr. Bennett has been involved in the development of
antisense oligonucleotides as therapeutic agents, including
research on the application of oligonucleotides for
inflammatory, neurodegenerative diseases and cancer, oligonucleotide delivery, pharmacokinetics and
medicinal chemistry. Dr. Bennett has published more than 175 papers in the field of antisense research
and development and has more than 150 issued U.S. patents.

Prior to joining Ionis, Dr. Bennett was Associate Senior Investigator in the Department of Molecular
Pharmacology at SmithKline and French Laboratories, currently, GlaxoSmithKline. Dr. Bennett received
his Ph.D. in Pharmacology from Baylor College of Medicine, Houston, Texas and his B.S. degree in
Pharmacy from the University of New Mexico, Albuquerque, New Mexico. Dr. Bennett performed his
postdoctoral research in the Department of Molecular Pharmacology at SmithKline and French
Laboratories. Dr. Bennett serves on the Advisory Board for the Experimental Therapeutics Centre in
Singapore. He received HDF’s 2018 Leslie Gehry Brenner Prize for Innovation in Science.
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Yvette Bordelon, M.D., Ph.D.

Associate Clinical Professor 
Department of Neurology
David Geffen School of Medicine at UCLA

Yvette Bordelon’s clinical work involves the diagnosis and
treatment of Parkinson’s disease, Huntington’s disease 
and other movement disorders. Her clinical research
interests include the development of biomarkers for
neurodegenerative diseases and conducting clinical trials in
movement disorders.

Alan J. Buckler, Ph.D.

Chief Scientific Officer 
Scholar Rock, Inc.

Alan Buckler is a seasoned drug discovery leader with over
25 years of research experience in industry and academia.
Dr. Buckler’s 20-year career in the biotechnology and
pharmaceutical industries has spanned roles of increasing
responsibility in early-stage private companies and
established public corporations. After nearly a decade of
leading a variety of drug discovery programs at the Novartis
Institutes of Biomedical Research, he most recently served as
Vice President in Drug Discovery at Biogen. Prior to joining the private sector, Dr. Buckler served on the
Neurology faculty of Massachusetts General Hospital and Harvard Medical School for 6 years. Dr. Buckler
received his A.B. from the University of Chicago, Ph.D. in Microbiology from the Boston University School
of Medicine, and completed his post-doctoral training at the Massachusetts Institute of Technology.

“The Hereditary Disease Foundation stands out in the high level of expertise

it brings to bear on funding the best research to bring about a deeper

understanding of Huntington’s disease and approaches to safe and

effective treatment.” 

Kenneth H. Fischbeck, M.D. 
National Institutes of Health
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Marie-Françoise Chesselet, M.D., Ph.D.

Charles H. Markham Professor of Neurology Emerita
Distinguished Professor of Neurology and of
Neurobiology Emerita
David Geffen School of Medicine at UCLA

Marie-Françoise Chesselet and her group have provided the
framework for performing preclinical trials of HD therapies in
mouse models that have the abnormality inserted in their
own gene, making them very close to the human patients.
Based on their work, these models have now extensively used
for testing new promising treatments and are emerging as a
gold standard in the field. The Chesselet group has extensively tested antisense therapy in mouse
models, one of the most exciting new treatments in development, and has recently shown that
compounds known as D-PUFAs may be beneficial in HD.

Beverly L. Davidson, Ph.D.

Arthur V. Meigs Chair in Pediatrics 
Director, Center for Cell and Molecular Therapy
Professor 
Department of Pathology and Laboratory Medicine
Children’s Hospital of Philadelphia
University of Pennsylvania
American Academy of Arts and Sciences

Beverly Davidson and her laboratory have worked over the
last decade to develop safe and effective gene silencing
strategies for the treatment of Huntington’s disease. Her
group was the first to show that gene silencing could improve disease symptoms in mouse models and
more recently, in collaborative studies, showed that it was well tolerated in other animals. The Davidson
lab, along with colleagues experienced in gene-based medicine delivery to humans, are advancing 
these promising preclinical studies to clinical trials in HD patients. She is a Scientific Co-Founder and
Advisor of Spark Therapeutics. She received the HDF’s Leslie Gehry Brenner Prize for Innovation in
Science in 2015.
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Steven Finkbeiner, M.D., Ph.D.

Director, Center for Systems and Therapeutics 
Director, Taube/Koret Center for Neurodegenerative
Disease, Gladstone Institutes 
Professor, Departments of Neurology and Physiology
University of California, San Francisco

Steven Finkbeiner is interested in understanding mechanisms
of neurodegenerative disease and developing therapeutic
strategies and therapies. He has studied HD since 1998,
applying innovative methods and tools to understand its
causes and to find treatments, including robotic microscopy,
stem cells and artificial intelligence. With philanthropists in the San Francisco Bay Area, he established
the Taube-Koret Center, which works to develop the most promising discoveries from the labs into
therapeutics, often in partnership with drug companies. His most promising HD therapeutics program
stimulates a pathway in cells that helps clear the abnormal Huntingtin protein.

Kenneth H. Fischbeck, M.D.

Chief, Neurogenetics Branch 
National Institute of Neurological Disorders and Stroke 
National Institutes of Health
National Academy of Medicine

Kenneth Fischbeck received A.B. and A.M. degrees from
Harvard University and an M.D. degree from Johns Hopkins.
After a medical internship at Case Western Reserve University
and a neurology residency at the University of California, 
San Francisco, he did postdoctoral research on muscular
dystrophy at the University of Pennsylvania. In 1982 he joined
the faculty in the Neurology Department at the University of Pennsylvania Medical School. In 1998 he
came to the NINDS as Chief of the Neurogenetics Branch. He received the Cotzias Award from the
American Academy of Neurology and the Jacoby Award from the American Neurological Association.  His
research group is identifying the causes and studying the mechanisms of hereditary neurological and
neuromuscular diseases with the goal of developing effective treatment for these disorders.
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Myriam Heiman, Ph.D.

Latham Family Career Development 
Associate Professor of Neuroscience
Department of Brain and Cognitive Sciences
Massachusetts Institute of Technology
Member 
Picower Institute for Learning and Memory
Core Member
Broad Institute of MIT and Harvard 

Myriam Heiman and her lab use mouse and cell models to
understand why some cells are more or less vulnerable to the
mutant HD gene, and use knowledge of these intrinsic differences to identify new therapeutic targets
for HD. 

Dr. Heiman was involved in the development of a powerful cell type-specific profiling methodology with
Paul Greengard and Nathaniel Heintz (Translating Ribosome Affinity Purification, TRAP), and recently
developed a novel genetic screening platform for the brain, tools that she is applying to the study of HD. 

H. Robert Horvitz, Ph.D.

Investigator, Howard Hughes Medical Institute
Professor of Biology 
Massachusetts Institute of Technology
Nobel Laureate
National Academy of Sciences
American Academy of Arts and Sciences 
National Academy of Medicine

H. Robert Horvitz, 2002 Nobel Laureate in Physiology or
Medicine, is interested in how genes control animal
development and behavior and affect human health. 
Dr. Horvitz has made seminal discoveries concerning the genetic regulation of signal transduction and
programmed cell death. By using the roundworm Caenorhabditis elegans as an experimental organism,
he and his team have identified key genes involved in cell lineage, cell fate, cell signaling and programmed
cell death. 
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David E. Housman, Ph.D.

Ludwig Professor of Biology 
Massachusetts Institute of Technology 
National Academy of Sciences 
National Academy of Medicine

David Housman came to HDF’s Scientific Advisory Board
meeting in 1978 with a wild idea. He would find the HD gene
using DNA markers, variants in DNA that had just been
discovered. He asked for – and received – $8,000 to perform
this miracle. 

David guided the search that led to finding the very first DNA marker ever for a genetic disease. David’s
genius made history. He then led a critical group of brilliant, creative scientists to find the HD gene itself.
From pioneering one amazing discovery to the next, David is now working on an innovative way to test
drugs quickly. He received the HDF’s first Leslie Gehry Brenner Prize for Innovation in Science in 2010.

Michael S. Levine, Ph.D.

Vice Chancellor for Academic Personnel
Distinguished Professor of Psychiatry and
Biobehavioral Sciences
David Geffen School of Medicine at UCLA

Michael Levine’s laboratory focuses on the neurophysiological
mechanisms underlying neurodegenerative disorders. His
multi-disciplinary work carries implications for disorders such
as Huntington’s and Parkinson’s diseases and pediatric
epilepsy. He has published over 250 peer-reviewed research
reports as well as more than 30 book chapters. He has
received research support from a variety of agencies within the NIH, as well as from the California Institute
for Regenerative Medicine, the Office of Naval Research, the HDF, Cure Huntington’s Disease Initiative
and numerous other foundations. 

He is a fellow of the American Association for the Advancement of Science and he received the National
Association for Research on Schizophrenia and Depression’s Distinguished Investigator Award in 1999.
He also received the UCLA Neuroscience Undergraduate Society’s Excellence in Teaching Award twice,
the Department of Psychiatry and Biobehavioral Sciences Undergraduate Teaching Award and the UCLA
Council of Advisors’ Outstanding Advisor Award. He held the Gail Patrick Endowed Chair in Brain Research
and was the Associate Director for Education of the Brain Research Institute. He has served as the
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Department of Psychiatry and Biobehavioral Sciences’ Associate Chair for Academic Affairs, the Special
Assistant to two Vice Chancellors for Academic Personnel, Chair of the Undergraduate Interdepartmental
Program in Neuroscience, Chair of the Interdepartmental Ph.D. Program in Neuroscience, and Associate
Director of the Intellectual and Developmental Disabilities Research Center.

John Mazziotta, M.D., Ph.D.

Vice Chancellor, UCLA Health Sciences
CEO UCLA Health
National Academy of Medicine

John Mazziotta is recognized as one of the world's foremost
experts on brain imaging. Dr. Mazziotta also was the principal
investigator of the International Consortium for Brain
Mapping, leading a world-wide effort to create the first atlas
of the human brain, including behavioral, demographic,
imaging and genetic data.

Diane E. Merry, Ph.D.

Professor 
Department of Biochemistry and Molecular Biology 
Thomas Jefferson University

Diane Merry and her group focus their research on the
molecular mechanisms underlying inherited neuro-
degenerative disease, with a primary focus on Kennedy’s
disease, which is caused by the identical and unusual genetic
mutation that causes Huntington’s disease. Her group has
developed and utilized unique cell and mouse models to both
understand mechanisms of disease and identify molecular
targets for therapeutic development. Over the past decades her group has made important and
fundamental discoveries into the structural and functional requirements of the mutant androgen
receptor (AR) protein in disease and has identified several AR targets that are in preclinical development.
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Richard I. Morimoto, Ph.D.

Bill and Gayle Cook Professor of Biology
Department of Biochemistry, Molecular Biology 
and Cell Biology 
Director, Rice Institute for Biomedical Research
Northwestern University

Richard Morimoto focuses his research on the heat 
shock response. He also studies the function of molecular
chaperones and the proteostasis network in biology 
to maintain cellular health and to respond to 
challenges from environmental and physiological stress, 
aging and diseases of protein conformation including
neurodegeneration, metabolic diseases, and cancer. He is a co-founder of Proteostasis Therapeutics,
Inc., a biopharmaceutical company in Cambridge, MA, whose goal is to discover small molecule
therapeutics for diseases of protein conformation.

A. Jennifer Morton, Ph.D., Sc.D., FRSB

Professor of Neurobiology
University of Cambridge
Professorial Fellow
Director of Studies in Medicine and Veterinary Medicine
Newnham College Cambridge

Jenny Morton has been working on HD ever since she set
up her laboratory at the University of Cambridge in 1991.
She is interested in understanding the relationship between
neurodegeneration and the neurological symptoms in HD.
She is particularly interested in sleep, circadian and
cognitive decline in HD. With funding from the Hereditary
Disease Foundation, The Wellcome Trust and CHDI Inc., she has characterised the behavioural 
profile of a number of mouse models of HD. For the past 10 years she has also been working with 
the HD sheep. She believes that, although it is an unconventional model, there is much to be gained
from understanding the behavioural pathology in this large-brained diurnal model of HD. Her lab's
goal is to identify quantifiable readouts of behavior that can be used to test the efficacy of novel
therapies for HD.
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Richard C. Mulligan, Ph.D. 

Director, Harvard Gene Therapy Initiative 
Laboratory of Molecular Medicine 
Mallinckrodt Professor of Genetics 
Children’s Hospital
Harvard Medical School

Richard Mulligan is an internationally recognized pioneer in
the development of new technologies for transferring genes
into mammalian cells. Scientists use the specialized tools
created in his laboratory to unravel basic questions about
human development and to devise new therapies for the
treatment of both inherited diseases and acquired diseases.

Harry T. Orr, Ph.D. 

James Schindler and Bob Allison Ataxia Chair 
in Translational Research
Professor, Department of Laboratory Medicine 
and Pathology
Director, Institute for Translational Neuroscience
University of Minnesota

Dr. Orr received a B.A. degree from Oakland University in
Rochester, Michigan. He earned his Ph.D. at Washington
University, completed a Postdoctoral fellowship at Harvard,
and joined the University of Minnesota faculty in 1981. The
group has a long-standing and productive NINDS-supported research program on the use of genetics,
biochemical, and behavioral approaches in the study of neurodegeneration with a focus on the human
disease spinocerebellar ataxia type 1 (SCA1). In collaboratin with Huda Zoghbi at Baylor, they cloned the
gene affected in SCA1 - the first genetically defined ataxia. They went on to establish the first transgenic
mouse model of a polyglutamine disease. This model is the center of continued studies on the normal
function of the gene product, ataxin-1 as well as the SCA1 pathogenic process. The work is among the
first to indicate that regions/residues outside of the polyQ tract are critical for disease. Identification of
molecular pathways involved in neurodegenerative disease can be a significant aspect in development
of efficacious targets for intervention. A current focus is on two signaling pathways each having distinct
but seminal roles in SCA1, phosphorylation of ATXN1 at Ser776 and activation of Cck1Rs to dampened
Purkinje cell dysfunction/degeneration in SCA1 and other SCAs. 
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Henry L. Paulson, M.D., Ph.D. 

Lucile Groff Professor
Department of Neurology 
University of Michigan Health System

Henry Paulson explores the reasons why the aging brain
degenerates in various neurodegenerative diseases. His
research focuses on Huntington's disease, Spinocerebellar
Ataxia type 3 and several other inherited ataxias, as well as
Alzheimer’s disease and related protein conformational
disorders. He pursues both basic studies of disease
mechanisms and translational studies in hopes that his
research will lead to therapies for these fatal diseases.

Christopher E. Pearson, Ph.D.

Senior Scientist  
Program of Genetics & Genome Biology
The Hospital for Sick Children 
Full-Professor 
Department of Molecular Genetics 
University of Toronto

Christopher Pearson obtained his PhD at McGill in
Experimental Medicine, did a post-doc in the Houston Texas
Medical Centre.  Since 1993 he has studied the mechanisms
of disease-causing repeat instability associated with neuro-
logical, neurodegenerative and neuromuscular disease, with the goal of developing treatments by
targeting the disease-causing repeat expansions.  His lab works on molecular, cellular, and mouse
models, and patient tissues of Huntington’s disease, myotonic dystrophy, various spinocerebellar ataxias,
fragile X mental retardation, and C9orf72-associated amyotrophic lateral sclerosis.  Focus is upon DNA
repair, DNA damage and epigenetics.  In addition to elucidating how DNA repair can drive disease-causing
repeat mutations, his lab studies how DNA repair can protect against cancer.  

Christopher was a Scholar of the Medical Research Council of Canada; Member of the Canadian Genetic
Disease Network. He serves on scientific advisory boards for the BioMarin-Prosensa, National Fragile X
Foundation USA, National Ataxia Foundation USA, International Myotonic Dystrophy Consortium, among
others. He is Associate Editor for PLoS Genetics, Journal of Medical Genetics, and Human Genetics.



Bernard M. Ravina, M.D. 

Chief Medical Officer 
Voyager Therapeutics, Inc.

Bernard Ravina has extensive expertise across a number of
neurological disorders and more than 15 years of clinical
research experience in government, academia, and industry.
Dr. Ravina holds an M.D. from the Johns Hopkins University
School of Medicine and a Masters in Clinical Epidemiology
and Biostatistics from the University of Pennsylvania, where
he also completed residency training in neurology and a
fellowship in Parkinson's disease and movement disorders.
After training, Dr. Ravina moved to NINDS/NIH to become Program Director in the Clinical Trials Group
and Investigator in the Neurogenetics Branch. He then moved to the University of Rochester School of
Medicine to become Director of the Movement and Inherited Neurological Disorders Unit, Associate
Professor of Neurology, and Associate Chair of Neurology for Clinical Research. 

Prior to Voyager, Dr. Ravina entered the biotechnology field and was Medical Director in Clinical
Development at Biogen Idec. There, he worked on both small molecule drugs and biologics for the
treatment of neurological disorders and was responsible for biomarker and clinical development plans
in Parkinson’s disease, stroke, and neuropathic pain. Dr. Ravina is the author of more than 100 scientific
publications and also serves on the Scientific Advisory Boards of the Michael J. Fox Foundation and the
Friedreich Ataxia Research Alliance.
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“ Since undertaking my PhD studies in 1996, I have understood the

importance of the Hereditary Disease Foundation,  and the work of Nancy

Wexler and Anne Young and their critical role in advancing research

towards therapies for Huntington’s disease.

It is an exciting honour to now be able to assist the Foundation in this

mission as a member of the Scientific Advisory Board.”

Sarah J. Tabrizi, BSc (Hons) MBChB (Hons) FRCP, Ph.D., FMedSci

UCL Institute of Neurology
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Joan S. Steffan, Ph.D.

Associate Professor 
Department of Psychiatry and Human Behavior
University of California, Irvine

Joan Steffan is studying how a reduction in cellular house-
keeping in the brain may contribute to the onset and
progression of Huntington’s disease. Steffan identified a role
for the Huntingtin protein in a process called autophagy
which is a mechanism of protein and organelle clearance by
the lysosome, an organelle which contains enzymes that
degrade cellular trash to keep the cell clean and generate
energy during stressful conditions.  She is studying how cellular stress pathways turn on autophagy and
induce modification of the Huntingtin protein to activate its autophagic function. 

Steffan has found that modification of the Huntingtin protein becomes impaired with mutation, and that
Huntingtin protein levels decline with aging in the part of the brain that is impacted in Huntington’s
disease. She continues to evaluate whether a loss of Huntingtin function in autophagy with aging and
mutation may contribute to Huntington’s disease pathogenesis, and is working to develop therapies that
may activate this function with the hopes of slowing disease progression.   

“The Hereditary Disease Foundation means collaboration — working

together as a Huntington’s disease family. 

The Foundation is the reason why the Huntington’s disease research 

field is a great place to work. HDF brings people together, and that

accelerates progress.”

Gillian P. Bates, FMedSci, Ph.D., FRS 

UCL Institute of Neurology
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Sarah J. Tabrizi, BSc (Hons) MBChB (Hons) FRCP, 
Ph.D., FMedSci

Professor of Clinical Neurology
Honorary Consultant Neurologist
Director, UCL Huntington’s Disease Centre
Joint Head of Department of 
Neurodegenerative Disease
Principal Investigator, UK Dementia Research Institute
at UCL
UCL Queen Square Institute of Neurology and 
National Hospital for Neurology and Neurosurgery, 
Queen Square

Professor Tabrizi graduated in Biochemistry, then Medicine at Edinburgh University where she was
awarded the 1992 Leslie Gold Medal for most distinguished medical graduate. While a trainee
neurologist, Sarah undertook an MRC Clinical Training Fellowship Ph.D. at University College London
(UCL). She developed her passion for Huntington’s disease research at this time. She obtained a
prestigious DH National Clinician Scientist Fellowship at the UCL Institute of Neurology in 2002, and was
promoted to Full Professor in 2009. In 2016, she founded with Gill Bates (co-director) the UCL
Huntington’s Disease Centre where she is currently the Director. 

Sarah’s research program seeks to discover effective disease-modifying treatments that prevent or
reverse the neurodegenerative process in HD. She leads an internationally recognized research group
that follows two distinct but complementary approaches: basic bench science focusing on cellular
mechanisms of neurodegeneration, and a program to translate lessons learned from the bench into
treatments and cures.

Sarah was clinical global PI for the world’s first HTT lowering (‘gene-silencing’) trial in HD, IONIS-HTTRx,
sponsored by Ionis pharmaceuticals, the phase 1b/2a study which successfully completed in 2017.
Following the success of the trial, an Open Label Extension study is now underway and, in collaboration
with Hoffman-La Roche Ltd and Ionis, planning for a pivotal Phase 3 trial has also commenced. This is
the world’s first trial in patients that may slow, stop, prevent or reverse HD. Sarah also discovered that
our immune system may play a role in bringing on HD. 

She has published over 280 peer-reviewed publications to date, and her work, which is regarded as
standard setting for studies in other neurodegenerative diseases, has been the subject of articles in
NEJM, The Economist, Scientific American, and The Lancet. Sarah co-founded the UK All Party Parliamentary
Group for HD in 2010, and was elected as a Fellow of the UK Academy of Medical Sciences in 2014 for
outstanding contributions to medical research. Sarah Tabrizi was the 2017 recipient of the HDF’s Leslie
Gehry Brenner Prize for Innovation in Science.
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Leslie M. Thompson, Ph.D.

Chancellor’s Professor
Department of Psychiatry and Human Behavior
Department of Neurobiology and Behavior 
Department of Biological Chemistry
University of California, Irvine

Leslie Thompson is involved in the identification of druggable
targets that change the toxic effects of abnormal mutant
Huntingtin protein. She is looking at enzymes that modify the
protein itself. She is also examining ways that the abnormal
protein interferes with how the cell functions. She is using
stem cells to study and treat disease, through multi-institutional collaborations and Big Data approaches.

Leslie established novel cell and fly models to use for drug screening and has tested pathways and
treatment targets in HD mice. Leslie worked with a group of investigators to establish patient-derived
iPS cell consortium (induced pluripotent stem cells). These are cells that are taken from a person’s arm
and turned into stem cells. The consortium has made significant progress in providing information for
understanding disease and targeting pathways for drug discovery. Several potential therapeutic
approaches have been identified over the years. She received the HDF’s Leslie Gehry Brenner Prize for
Innovation in Science in 2013.

Leslie P. Weiner, M.D.

Professor 
Molecular Microbiology & Immunology, Neurology 
Richard Angus Grant, Sr., Chair in Neurology 
Keck School of Medicine
University of Southern California

Leslie Weiner and his lab have focused on the maturation of
neural stem cells, and they have also begun to test mutant
activated protein C, a molecule that has anti-inflammatory
properties as well as being neuroprotective. They will see if it
affects brain inflammation, an important factor in HD.
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Nancy S. Wexler, Ph.D.

Higgins Professor of Neuropsychology
Columbia University
President 
Hereditary Disease Foundation
2007 Benjamin Franklin Medal in Life Science 
1993 Albert Lasker Public Service Award 
Royal College of Physicians, London 
American Academy of Arts and Sciences 
National Academy of Medicine

Nancy Wexler is searching for genes that can push out the
onset of Huntington's disease well beyond our life spans, to age 100 or more. This research is based on
genetic material collected from the world’s largest HD families. Nancy led the history-making team in
Venezuela, developing a pedigree of over 18,000 individuals and collecting over 4,000 blood samples.
The team discovered a DNA marker for Huntington's disease in 1983 and the HD gene itself in 1993.
These same blood samples have assisted in the mapping of other disease genes, including those
responsible for familial Alzheimer's disease, kidney cancer, two kinds of neurofibromatosis, Lou Gehrig's
disease (ALS), dwarfism and others. One important result of this work was the development of a
presymptomatic test to determine if an individual carries the fatal gene.

Nancy has received numerous honors and awards, most recently the inaugural Hermann J. Muller Award
for Contributions to Our Understanding of Genes and Society, Indiana University, Bloomington (2016).  

SINCE 1968, HDF SCIENTIFIC ADVISORY 

BOARD MEMBERS HAVE CONTRIBUTED 

OVER 200,000 HOURS OF EXPERTISE AND

INNOVATIVE THINKING.
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Ai Yamamoto, Ph.D. 

Associate Professor of Neurology
Columbia University

Ai Yamamoto and her lab use mice and cells to identify those
events that are critical to the disease, and establish how to
target those events to inform therapeutic approaches. 
They have identified a key player in the elimination of the
proteins that clump in the brain cells of HD brains, and are
currently determining how to best increase its function in
patients with HD.

X. William Yang, M.D., Ph.D.

Professor 
Center for Neurobehavioral Genetics
Semel Institute for Neuroscience & Human Behavior
Department of Psychiatry & Biobehavioral Sciences
Brain Research Institute
David Geffen School of Medicine at UCLA

William Yang completed his undergraduate education at Yale
University, obtaining combined B.S./M.S. degrees from the
Department of Molecular Biophysics & Biochemistry in 1991.
He then completed M.D./Ph.D. training at Rockefeller
University (Ph.D., 1998) and Weill Medical College of Cornell University (M.D., 2000). He co-invented (with
Nathaniel Heintz) a powerful mouse genetic technology to engineer Bacterial Artificial Chromosomes
(BACs) and to generate BAC transgenic mice. Dr. Yang’s own laboratory, established at UCLA in 2002, has
made significant contributions to the development of novel BAC transgenic mouse models for human
neurodegenerative disorders including Huntington’s and Parkinson’s diseases, and the use of such
models to dissect disease mechanisms and identify therapeutic targets. The Yang lab has also applied
novel genetic and systems biology approaches to study neuronal cell-type-specific gene expression, and
to decipher in vivo protein interaction and transcriptome networks for HD. Finally, the Yang lab studies
the role of basal ganglia circuitry in the generation of normal and pathological behaviors. Dr. Yang is a
recipient of BRAIN Initiative Award from the  National Institutes of Health, Brain Disorder Award from the
McKnight Foundation, the HDF’s Leslie Gehry Brenner Prize for Innovation in Science in 2014, and is a
member of the American Society for Clinical Investigation. 
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Scott Zeitlin, Ph.D.

Associate Professor of Neuroscience
University of Virginia School of Medicine

Scott Zeitlin is using mouse models to understand the
structure and function of the Huntington’s disease protein
and to help develop new therapeutic strategies for this
devastating disorder. Using knock-out, conditional knock-out,
and protein domain deletion mutations within the normal
and mutant Huntingtin proteins, Scott and his collaborators
are studying how parts of the normal Huntingtin protein
contribute to its function and modulate HD pathogenesis.
Scott’s laboratory has also developed mouse models with regulatable normal and abnormal HD genes
that are being used to understand the mechanism of HD pathogenesis.

“A grant from the Hereditary Disease Foundation connects you to an

outstanding group of individuals focused on HD research and therapy

development, but more importantly allows you to become part of a larger,

and life-long, HD research community.

The Hereditary Disease Foundation provides a unique opportunity to

engage and enroll scientists with varying backgrounds and research focus,

towards a common goal – to understand and develop therapies for HD!”

Beverly Davidson, Ph.D. 

University of Pennsylvania
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