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l. Discovery

 “openSESAME: matching drugs and diseases in silico using gene expression data”
Marc Lenburg, PhD, Professor, Medicine, School of Medicine

* "Building the Lung CMap: a tissue-specific paradigm for drug repurposing”
Elizabeth Moses, PhD Candidate, Pathology/Immunology

* “High-Throughput Transcriptional Screening of Chemicals and Drugs”
Stefano Monti, PhD, Associate Professor, Medicine, School of Medicine

 “A computationalmethod to reposition drug candidates via inversely
correlated cellular functions”
David Sherr, PhD, Professor, Environmental Health, School of Public Health

* "Using shRNA screens for finding new drug combinations"”
Michael Sherman, PhD, Professor, Biochemistry, School of Medicine

Boston University Office of the Vice President and Associate Provost for Research ES?,;}:\STNY
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“openSESAME: matching drugs and diseases
in silico using gene expression data”

Marc Lenburg, PhD

Professor, Medicine, School of Medicine
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openSESAME: matching drugs and diseases in silico using gene expression data
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"Building the Lung CMap: a tissue-specific
paradigm for drug repurposing”

Elizabeth Moses

PhD Candidate, Pathology/Immunology
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The Broad Institute
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@ In addition, we can extrapolate
this methodology to other
tissues, and other diseases.
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“High-Throughput Transcriptional Screening
of Chemicals and Drugs”

Stefano Monti, PhD

Associate Professor, Medicine, School of Medicine
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High-Throughput Transcriptional Screening of Chemicals and Drugs

a Chemical Carcinogenicity “Crystal Ball”
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“A computational method to reposition drug
candidates via inversely correlated cellular
functions”

David Sherr, PhD

Professor, Environmental Health, School of Public Health
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The Method of Functional Modules
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"Using shRNA screens for finding new drug
combinations™

Michael Sherman, PhD

Professor, Biochemistry, School of Medicine
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Missing slide - Sherman
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Il. Pre-Clinical/Chemistry

"Chemical Synthesis of Natural Product Variants to Probe Diverse Biological
Pathways"
John Porco Jr., PhD, Professor, Chemistry, College of Arts & Sciences
"Repurposing Through Small Molecule Evolution”
Aaron Beeler, PhD, Assistant Professor, Chemistry, College of Arts & Sciences
“Design and synthesis of fungal-selective Hsp90 inhibitors"
Lauren Brown, PhD, Research Assistant Professor, Chemistry, College of Arts &
Sciences
“Drugging the undruggable: Creating new opportunities for treating brain
disorders”
Tyrone Porter, PhD, Associate Professor, Mechanical Engineering, College of Arts
& Sciences
"Theranostics and In Vitro Models of Metastasis"
Joyce Wong, PhD, Professor, Biomedical Engineering, College of Arts & Sciences
“Inhibitors of transcription factor LSF oncogene in hepatocellular carcinoma"”
Ulla Hansen, PhD, Professor, Biology, College of Arts & Sciences

Boston University Office of the Vice President and Associate Provost for Research BS?J,\STNY
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"Chemical Synthesis of Natural Product
Variants to Probe Diverse Biological
Pathways"

John Porco Jr., PhD

Professor, Chemistry, College of Arts & Sciences
porco@bu.edu

Boston University Office of the Vice President and Associate Provost for Research EQ%SE
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"Repurposing Through Small Molecule
Evolution™

Aaron Beeler, PhD

Assistant Professor, Chemistry, College of Arts & Sciences
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“Design and synthesis of fungal-selective
Hsp90 inhibitors™

Lauren Brown, PhD

Research Assistant Professor, Chemistry, College of Arts & Sciences

Boston University Office of the Vice President and Associate Provost for Research EQ%SE



“Repurposing” anticancer drugs to target antifungal drug resistance

Leah Cowen (University of Toronto) Luke Whitesell (The Whitehead Institute)
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“Drugging the undruggable: Creating new
opportunities for treating brain disorders”

Tyrone Porter, PhD

Associate Professor, Mechanical Engineering, College of Arts & Sciences

Boston University Office of the Vice President and Associate Provost for Research EQ%SE
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"Theranostics and In Vitro Models of
Metastasis™

Joyce Wong, PhD

Professor, Biomedical Engineering, College of Arts & Sciences
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In vitro models of cancer to test theranostic agents




Research on Tap - Drug Repurposing and Reformulation

“Inhibitors of transcription factor LSF
oncogene in hepatocellular carcinoma”

Ulla Hansen, PhD (Presenter)
& Scott Schaus, PhD

Depts. Biology & Chemistry, College of Arts & Sciences
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Unmet Medical Need: Solution? — Additional Target

HCC - Second leading cause of cancer Transcription factor LSF —

deaths worldwide Drives HCC Oncogenesis
Numerous failed clinical trials, using >

Protein Kinase inhibitors

Novel, 1st-in-class
specific LSF /\o /\o
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Tumor growth inhibition, regression No detectable toxicity

Effective Combinatorial Therapies for Hepatocellular Carcinoma?
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lIl. Legal/IP

 “Repositioned Medicines: Overview of Patent and Regulatory Interactions”
Warren Kaplan, PhD, JD, MPH, Clinical Assistant Professor, Global Health, School
of Public Health

 “Market failuresin pharmaceuticals”
Kevin Outterson, LL.M., JD, Professor, Law, School of Law
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“Repositioned Medicines: Overview of
Patent and Regulatory Interactions”™

Warren Kaplan, PhD, JD, MPH

Clinical Assistant Professor, Global Health, School of Public Health
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Original Development Repositioned Developm§t Approved Repositioned Product

Original API patent: 20 years 1
- D 4 ANDA/505(b)(2) Generic

Patent Challenge Competiti()n/

New Use/Indication patent:|20 years MOdlfled
Product

NCE Exclusivity: 5 years
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Market Approval of
Repositioned
Product
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“Market failures in pharmaceuticals”

Kevin Outterson, LL.M., JD

Professor, Law, School of Law

Boston University Office of the Vice President and Associate Provost for Research ES&,;IESE



CW: Off-patent or

unpatentable drugs
_have no commercial value




