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Purpose

• Advance compounds towards FDA approval
• Studies must have defined entry and exit points
• Acceptable study phases

– Lead Optimization
– IND enabling
– Phase 1: safety, tolerability, dose ranging
– Phase 2: efficacy, safety

• Human laboratory
• Clinical trial



Drug Development Process



Entry Requirements

• Candidate compound must be adequately 
characterized

• Compound must be patentable and have a plausible 
path to commercialization

• Applicant must show ownership or agreement (i.e. 
license agreement, MOU) of intellectual property 
rights to propose compound

• New chemical entities are highest priority
• Repurposed drugs acceptable if reformulation is 

eligible for FDA approval



β4 partial agonist

High Priority AUD Targets to Reduce Drinking

• Vasopressin 1b antagonists
• Corticotrophin releasing factor (CRF1) antagonists
• Orexin 1 & 2 receptor antagonists
• Kappa opioid receptor antagonists
• Glucocorticoid receptor antagonists
• Cannabinoid receptor antagonists (CB1 &CB2)
• Nicotinic α3 /
• GABA B receptor positive allosteric modulator, agonist
• Neuropeptide Y1, Y2 antagonist
• Oxytocin receptor agonist

Other targets acceptable if validated



Alcohol-Related Organ Damage Targets

Relevant organs and systems
• Liver, lung, muscle, bone, pancreas, 
• cardiovascular system, immune system, 
• fetal development
Potential targets
• Inflammation
• Cell damage
• Oxidative stress
• Tissue repair
Dual gut-brain targets acceptable
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