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MEETING OVERVIEW 
 
 
Welcome to the 23rd Gordon L. Snider Critical Issues Workshop entitled, “Liver 
Biomarkers and the Path to Alpha-1 Liver Therapies.” The overall goal of the workshop 
is to bring together researchers, clinicians, and industry representatives to focus on 
identifying biomarkers to support the path to drug approval in liver disease.        
 
The workshop will be composed of several informative sessions focusing on topics such 
as pediatric liver disease, the regulatory approach to rare and orphan diseases, liver 
fibrosis and biopsy, ideal target and current pipeline of AATD liver drugs, and more. The 
program includes presentations followed by open discussion. 
 
The outcome of this workshop will be a white paper and our proposed collaboration with 
the regulatory agencies on the issuance of guidance. By bringing together a group of 
leading experts, we will discuss the use of liver histology and non-invasive markers for 
clinical trial endpoints. 
  
The Alpha-1 Foundation is aware that there are many questions outstanding with regards 
to the development of drug therapy for alpha-1 related liver disease.  With exciting new 
developments in therapies, we intend to have future workshops that focus on new 
developments and innovative procedures for liver disease. 
 
The Foundation thanks the workshop’s co-chairs, Dr. Virginia Clark and Dr. Pavel Strnad, 
for their input into the workshop program and for inviting and securing the participation of 
this group of experts. We would also like to thank the members of the planning committee 
and staff of the Alpha-1 Foundation for all their hard work in putting this workshop 
together.   
 
Following the workshop, the Foundation will work with the co-chairs to generate action 
items, and the distribution of a white paper. 
 
We look forward to making this a meaningful and memorable event! 
 

 
 
 

 
Scott Santarella                    Jeanine D’Armiento, MD, PhD   
President & CEO       Chair, Board of Directors    
Alpha-1 Foundation   Alpha-1 Foundation                 
 
 



 
  

 
 
AGENDA 
    
 
Session 1: AATD population: What does liver disease look like?   
 
11:00 am - 11:15 am ET    Introduction to AATD 

N. Brunetti-Pierri (Telethon Institute of Genetics and 
Medicine) 

 
11:15 am - 11:30 am ET    Pediatric Liver Disease 

J. Teckman (Saint Louis University School of Medicine) 
 
11:30 am - 11:45 am ET   Histopathologic Findings in AATD 

    V. Clark (University of Florida) 
 
11:45 am - 12:00 pm ET   Panel Discussion  
 
 
Session 2: AATD Clinical Trial Design: Endpoints  
 
12:00 pm - 12:15 pm ET     Liver Fibrosis and Biopsy 

   D. Rockey (Medical University of South Carolina) 
   
12:15 pm - 12:30 pm ET    Imaging: Ultrasound, MRI, VCTE Measures of Fibrosis 

    R. Loomba (University of California San Diego)   
  
12:30 pm - 12:45 pm ET     Serological Liver Markers 

    P. Strnad (University Hospital Aachen) 
 
12:45 pm - 1:00 pm ET    Panel Discussion  
 
 
Session 3: AATD Clinical Trial Design:  Challenging population or opportunity for 
innovation?   
 
1:00 pm - 1:15 pm ET Ideal target and current pipeline of AATD Liver Drugs 

    J. Irving (University College London)   
  
1:15 pm - 1:30 pm ET     Path to approval in NASH 

    M. Abdelmalek (Duke University School of Medicine) 
 
1:30 pm - 1:45 pm ET     Path to approval in rare diseases: Wilson’s Disease 

    M. Schilsky (Yale University) 
 
1:45 pm - 2:00 pm ET     Panel Discussion 
 
 



 
  

 
 
SPEAKER BIOS 
 
 
Manal Abdelmalek, MD, MPH 
Duke University School of Medicine 
 
Dr. Manal F. Abdelmalek is tenured Professor of Medicine in the Division of 
Gastroenterology and Hepatology and Director of the Nonalcoholic Fatty 
Liver Disease (NAFLD) Clinical Research Program at Duke University. 
Since first reporting on nonalcoholic steatohepatitis (NASH) as a cause of 
cryptogenic cirrhosis nearly 25 years ago, her clinical and research area of 
interest has focused on NAFLD / NASH, associated risk factors for disease acquisition and 
progression and the discovery of novel approaches to treatment.  
 
She has expertise in clinical-translational research, the design and conduct of clinical trials, 
including investigator-initiated, industry sponsored and NIH-funded clinical studies evaluating new 
therapies and biomarkers for NAFLD and NASH.  She collaborates extensively to translate new 
compounds to first-in-man clinical studies and translate clinic-to-bench and bench-to-clinic 
research to define pathogenic mechanisms underlying NAFLD acquisition and progression.  She 
is a key opinion leader in the field of NASH therapeutics, a member of the Liver Forum, and 
advisor/ consultant to many industries, FDA, and biomarker development companies in the area 
of diagnostics and therapeutics for NASH.  She is the lead Principal Investigator on several 
multicenter global studies, a member of the AASLD Global Outreach and Engagement Committee 
and past member of the AASLD Clinical Research Committee.   
 
As a teacher and educator, she has mentored clinical residents, fellows, faculty at rank of 
Assistant / Associate Professor from Duke University as well as other institutions in the study and 
research of liver disease.  Dr. Abdelmalek is a Fellow of American College of Physicians, 
American College of Gastroenterology and American Association for the Study of Liver Disease.  
She is a standing member of NASH Clinical Research Network (NASH CRN) for the past 15 
years. Dr. Abdelmalek has published more than 200 manuscripts and currently serves on the 
Editorial Board of HEPATOLOGY, the official journal of the AASLD.   
 
 
Nicola Brunetti-Pierri, MD 
Telethon Institute of Genetics and Medicine 
 
Dr. Nicola Brunetti-Pierri trained as pediatrician at Federico II University in 
Italy and as geneticist at Baylor College of Medicine, Houston, TX, USA. He 
is currently Professor at Federico II University and Associate Investigator at 
the Telethon Institute of Genetics and Medicine in Pozzuoli, Italy. His activity 
as physician-scientist is focused on understanding the pathogenetic 
mechanisms and developing novel treatments for genetic diseases. Liver disease induced by 
mutant alpha1-antitrypsin is a major focus of his research.   
 
 
 



 
  

 
 
 
Virginia Clark, MD, MS 
University of Florida 
 
Dr. Virginia Clark is an Associate Professor of Medicine at the University of 
Florida where she serves as the program director of the gastroenterology 
training program.  She has been involved with the Alpha-1 Foundation for 
years – previously serving on the board of directors and currently as member 
of the Medical and Scientific Advisory Committee.  Dr. Clark is also part of 
the Alpha-1 Clinical Resource Center network as an adult hepatologist.  Her areas of clinical and 
research interest are liver disease in adults with alpha-1 antitrypsin deficiency and fatty liver 
disease.   
 
 
James Irving, PhD 
University College London  
 
Dr. James Irving is a Senior Research Fellow in the Centre for Respiratory 
Biology and the Institute of Structural and Molecular Biology, UCL and 
Honorary Research Fellow at Birkbeck College, University of London. He 
trained in biochemistry, structural and computational biology at Monash 
University in  
 
Australia, and has previously worked in the Division of Structural Biology at Oxford University on 
an NHMRC (Australia) CJ Martin Fellowship and at the CIMR, University of Cambridge.  Much of 
his research concerns the molecular processes that lead to protein misfolding and aggregation, 
how they can inform diagnostics development and how these processes can be prevented. 
Recent output from work he has led, co-led or conducted includes the first three-dimensional 
structural analysis of alpha-1-antitrypsin polymers present in human liver, identification of the 
structure of the Z polymerisation-prone intermediate and the first crystal structures of alpha-1-
antitrypsin in complex with antibodies of diagnostic potential. He also played a key role, both as 
a researcher and as member of the project oversight committee, in a long-standing collaboration 
between the Lomas laboratory at UCL and GlaxoSmithKline seeking to develop an orally active 
drug that prevents alpha-1-antitrypsin polymerisation in the liver. 
 
 
Rohit Loomba, MD, MHSc 
University of California San Diego 
 
Dr. Rohit Loomba is a Professor of Medicine (with tenure), Director of 
Hepatology, at University of California at San Diego. He is an internationally 
recognized thought leader in the management of nonalcoholic fatty liver 
disease and has established a thriving and vibrant center for clinical and 
research in NAFLD at UCSD.  
 
Dr. Loomba is the founding director of the UCSD NAFLD Research Center. Along with his 
collaborators, he has led several innovative applications such as establishment of MRI-PDFF as 
a non-invasive biomarker of treatment response in early phase trials in NASH, which has now  



 
  

 
 
been adopted in more than 50 clinical trials conducted worldwide. He holds two patents on non-
invasive biomarkers of NAFLD and fibrosis. 
 
His research is funded by the National Institutes of Health including R01, U01, P30 and P01 grant 
mechanisms, Foundation of NIH, National Science Foundation as well as several investigator-
initiated research projects funded by the industry. He is the Principal Investigator, UCSD, for the 
NIDDK-sponsored NASH Clinical Research Network. He served as the elected Chair of the 
NAFLD, Special Interest Group of the American Association for the Study of Liver Diseases. And 
is the elected member to the National Board of Directors of the American Liver Foundation. He 
serves on the Editorial Board of Gastroenterology, Journal of Hepatology, GUT and Nature 
Reviews in Gastroenterology and Hepatology. He served as the Deputy Editor of HEPATOLOGY, 
the official journal of the AASLD, from 2017-2021. 
 
Dr. Loomba has published more than 300 manuscripts and has an H-index of 94. He is among 
the top 1% of the globally highly cited scientists across all fields in 2019 and 2020 by Web of 
Science. He is an elected member of American Society of Clinical Investigation. UCSD 
Gastroenterology and Hepatology were listed as the number 1 research and education program 
in the World by the US World News ranking in 2021. 
 
 
Don Rockey, MD 
Medical University of South Carolina 
 
Dr. Don C. Rockey received his M.D. from the Medical College of Virginia 
and completed internship, residency, chief residency, and fellowship in 
gastroenterology at the University of California San Francisco. In 1997 Dr. 
Rockey joined the faculty at Duke University Medical Center as Chief of 
Hepatology and Director of the DUMC Liver Center in North Carolina.  In 
2005, he moved to Texas to head the Division of Digestive and Liver Diseases at the University 
of Texas Southwestern and in 2012, Dr. Rockey joined the Medical University of South Carolina 
as Chairman of the Department of Medicine.  He has active research portfolios in basic as well 
as clinical science. The general focus of his basic science research has been the study of wound 
healing, using the liver as a model system.  His laboratory was among the first to elucidate the 
importance of the hepatic stellate cell a hepatic myofibroblast.  His laboratory’s current work is 
focused on molecular mechanisms of the stellate cell to myofibroblast transition. Dr. Rockey has 
also been actively involved in clinical research focused on liver fibrosis and complications of 
cirrhosis; the overall direction of these studies has been to help establish management strategies 
for patients with chronic liver disease.   
 
Dr. Rockey has authored and co-authored some 300 original peer-reviewed scientific manuscripts 
dealing with GI and liver-related topics and has presented numerous invited lectures at 
gastroenterology and hepatology symposia around the United States and throughout the world.  
He is a committed educator, and is a particularly dedicated mentor, having mentored over 125 
different trainees, ranging in experience from medical students to junior faculty members.    
 
 
 
 



 
  

 
 
 
Michael Schilsky, MD, FAASLD 
Yale University 
 
Dr. Michael L. Schilsky is at Yale University where he is Professor with 
primary appointment in the Departments of Medicine (Section of Digestive 
Diseases) and secondary appointment in the Department of Surgery 
(Section of Transplant and Immunology) at the Yale School of Medicine. He 
is the Medical Director for Liver Transplant at the Yale New Haven 
Transplantation Center, Fellowship Director for Transplant Hepatology and Director for the Center 
for Excellence for Wilson disease at Yale.  
 
Dr. Schilsky received his medical degree from the University of Chicago, Pritzker School of 
Medicine (1982). He completed his residency (1985) and fellowship in gastroenterology (1987) 
and post-doctoral research training in liver diseases at the Albert Einstein College of Medicine 
and Montefiore Medical Center (1989). He became a full-time faculty member of the Division of 
Gastroenterology and member of the Liver Research Center at Einstein where he directed 
laboratory work on copper metabolism.  
 
In 1999, Dr. Schilsky joined the Division of Liver Disease at The Mount Sinai Medical Center and 
the Recanati/Miller Transplantation Institute as a transplant hepatologist. While at Mount Sinai he 
served as director of the Liver Medicine Clinic and started a clinic for patients with Wilson disease. 
In 2007 Dr. Schilsky became Medical Director for the Center for Liver Disease and 
Transplantation at the New York Weill Cornell Medical Center where he developed a 
comprehensive program for the care and evaluation of liver transplant patients and continued to 
expand his clinical and research efforts for patients with Wilson disease. Dr. Schilsky’s clinical 
and research interests include transplant hepatology, acute liver failure and inherited metabolic 
disorders of the liver, in particular Wilson disease and hemochromatosis.  
 
Dr. Schilsky coauthored the AASLD and EASL practice guidelines for Wilson disease and is 
author of numerous original manuscripts and reviews. He is the Principal Investigator on clinical 
trials of pharmacotherapy and gene therapy for Wilson disease.  Dr. Schilsky is the organizer and 
Principal Investigator for the multicenter, multinational registry trial for Wilson disease sponsored 
by the Wilson Disease Association with data coordinating center at Yale. He is a member of the 
NIH Sponsored Acute Liver Failure Study Group. He currently serves as Chair of the Medical 
Advisory Committee for the Wilson Disease Association and is chair of the AASLD sponsored 
SIG on Transplant and Surgery. 
 
 
Pavel Strnad, MD 
University Hospital Aachen 
 
Dr. Pavel Strnad is Professor and Leading Physician at the University 
Hospital Aachen, Germany. He received his medical and research training at 
the University Mainz, Germany, and at Stanford University, California, USA. 
His research interests include clinical and experimental gastroenterology with 
a focus on intermediate filaments, iron metabolism and alpha1-antitrypsin 
deficiency. In 2016, he was named one of the Rising Stars of the United European  



 
  

 
 
Gastroenterology. He is heading a European initiative for study of alpha1-antitrypsin deficiency-
associated liver disease. He is serving as an (associate) editor for several journals (IJMS, 
Scientific Reports, PLoS One and Frontiers in Medicine). 
 
 
Jeffrey Teckman, MD 
Saint Louis University School of Medicine 
 
Dr. Jeffrey Teckman is the Interim Chairman of the Department of Pediatrics 
and Director of Pediatric Gastroenterology and Hepatology at the Saint Louis 
University School of Medicine, where he holds the Drs. James and Patricia 
Monteleone Endowed Chair. He has been involved in research on liver 
disease for more than 25 years in both basic science and clinical studies.  
Although his studies have ranged from viral hepatitis to liver failure in short bowel syndrome, his 
primary basic science focus has been the liver disease associated with alpha-1-antitrypsin 
deficiency. His laboratory was the first to recognize the link between alpha-1 mutant Z protein in 
the liver and autophagy, and he published the first unified explanation of the mechanism of liver 
injury in alpha-1 antitrypsin deficiency. Dr. Teckman is the Principle Investigator of the only 
prospective, multi-center, liver biopsy based study of adult alpha-1 liver disease, and is the lead 
author on the largest report of alpha-1 pediatric liver disease. Dr. Teckman has also served the 
patient community as an advisor, educator and advocate. 
 
 



The Alpha-1 Foundation is committed to finding a cure for
Alpha-1 Antitrypsin Deficiency (Alpha-1) and to improving the

lives of people affected by Alpha-1 worldwide.
 

alpha1.org | 1 (877) 2 CURE A1 | 1 (877) 228-7321
 

The Alpha-1 Foundation would like to
acknowledge the following sponsors for

their generous support:
 

AlphaNet
CSL Behring 

Grifols
Takeda
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