


This presentation contains forward-looking statements that reflect AGTC's plans, estimates, assumptions and beliefs. 
Forward-looking statements include statements regarding the timing for and expected expansion of its XLRPclinical 
development program, the timing for reporting data in its XLRPand ACHMclinical programs, and its ability to enroll 
patients, effectively design and successfully complete its ongoing clinical trials, financial guidance, business strategies and 
operations, regulatory progress, potential growth and market opportunities, and the effects of competition. Forward-
looking statements include all statements that are not historical facts and can be identified by terms such as "anticipates,"
"believes," "could," "seeks," "estimates," "expects," "intends," "may," "plans," "potential," "predicts," "projects," "should," "will," 
"would" or similar expressions and the negatives of those terms. Actual results could differ materially from those discussed 
in the forward-looking statements, due to a number of important factors. Risks and uncertainties that may cause actual 
results to differ materially include, among others: AGTC cannot predict when or if it will obtain regulatory approval to 
commercialize a product candidate or receive reasonable reimbursement; uncertainty inherent in clinical trials and the 
regulatory review process; risks and uncertainties associated with drug development and commercialization; risks related to 
the COVID-19 outbreak that may delay clinical trials; gene therapy is still novel with only a few approved treatments so far; 
factors that could cause actual results to differ materially from those described in the forward-looking statements are set 
forth under the heading "Risk Factors" in the Company's Annual Report on Form 10-K for the fiscal year ended June 30, 
2019 and subsequent periodic reports filed with the SEC. Given these uncertainties, you should not place undue reliance 
on these forward-looking statements. Also, forward-looking statements represent management's plans, estimates, 
assumptions and beliefs only as of the date of this presentation. Except as required by law, we assume no obligation to 
update these forward-looking statements publicly or to update the reasons actual results could differ materially from those 
anticipated in these forward-looking statements, even if new information becomes available in the future.



XLRP: Lead Product Candidate Advancing Toward Phase 2/3 Trial in Q1 2021

ï Sustained Improvements in visual function for centrally dosed patients

ï Expanding ongoing Phase 1/2 trial; expect dosing to begin in Q4 2020

ACHM: Early Evidence of Biological Activity in Both ACHM Trials

ï Dose escalation completed in adult patients

Best-in-Class Technology Platform

ï Process and scale expected to support late-phase 
development and commercialization

ï Expertise in product design allows for best capsid, promoter 
and gene cassettes for each indication 

ï Robust use of disease specific animal modeling to guide clinical dosing

Deep expertise and capabilities to support robust pipeline in ophthalmology, 
CNS, and otology



XLRP: Direct Path to Phase 2/3 in Q1 2021

ïExpanding Phase 1/2 trial to increase total data set

ï Industry-leading data package

ïManufacturing of Phase 2/3 material on track

ÅRedundant manufacturing options contracted; CDMOs are 
considered essential businesses in their locations

ACHM

ïAdult enrollment complete in 
both trials

ï8 of 18 pediatric patients across 
both trials enrolled  

ÅDSMC approval to highest 
pediatric dose

ÅDeveloping creative solutions for additional data collection

ï Local ophthalmology clinics, mobile vision centers, software applications all under review

ÅRemain on track for 2H 2020 data release for all three programs

ÅStrengthened cash balance with February 2020 financing of $34.8M

ï Extends cash runway and secures financing to start XLRP Phase 2/3 trial



DISCOVERY IND ENABLING PHASE 1/2 PHASE 3 NEXT MILESTONE*

XLRP
RPGR

High Dose Data 2H 2020/Start Phase 2/3 
Trial in Q1 2021

ACHM
CNGB3

Interim Data New Adult Groups 2H 2020

ACHM
CNGA3

Interim Data New Adult Groups 2H 2020

Optogenetics
Unique ChR

Partnership with Bionic Sight;  Complete Dosing

Otology
GJB2

Partnership with Otonomy; IND filing

2 CNS Indications
Frontal Temporal Dementia, ALS

Final product construct testing

ALD
ABCD1

IND enabling Studies

Dry AMD
Not yet disclosed

Final product construct testing 

Stargardts
ABCA4

IND Enabling Studies

° .JáDVXPODV @>VDC PO A>áDOC>U ]D>U >OC OPX  (7#wV EJVA>á ]D>U



Interim data new dose groups:

XLRP

Interim data new adult groups:

ACHM B3     ACHM A3

Six-month data, initial dose groups: 

ACHM A3     ACHM B3     XLRP

Complete enrollment new dose groups:

XLRP

Complete enrollment new adult groups:

ACHM A3     ACHM B3

Bionic Sight doses first patient:

Optogenetics

End of Phase 2 response from FDA:

Final data release Phase 1/2:

ACHM A3     ACHM B3     XLRP

2021

1st Half

2020

1st Half 2nd Half

XLRP
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*   Cash and investment balance based on March 31, 2020 includes $34.8M in net proceeds from February 2020 financing; not inclusive of debt 

Strong Balance Sheet: Cash and Investments of $84.5M* 

XLRP

Start Phase 2/3 TrialV
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Capsid 
Diversity

Promoter

Gene 
Cassette

Formulation

Manufacturing
Vector 

Administration

Characterization

Validated technology program that has supported development of industry-leading data for 
inherited retinal disease indications



Expertise in genetic and vector engineering improves targeted cell -specific 
transduction and expression:

Literature cone promoter (PR2.1) 

AGTC proprietary cone promoter (PR1.7) 

Improved promoter activity drives higher, 
specific transgene expression

Red: Cones; Green: Reporter

Red: Cones; Green: Reporter

Enhanced transduction of photoreceptors in non-human primates 
following subretinal injection of AAV-TYF
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Proprietary, pivotal -stage 
manufacturing platform

ï Unmatched productivity, characterization

ï Highly scalable, extensive regulatory vetting

ï Up to 2000 ophthalmic doses from 50 L

ï Up to 300 doses from 2000 L for systemic 
diseases like SMA and DMD

Compared to early phase 
AAV manufacturing method

Productivity
Increase

100X

COGs
Decrease

90X
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Sedimentation Coefficient and Peak Area Determination:

Nearly 90%, full-length genome final product encapsidation

�a90% Full


