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* Gene Therapy Clinical Trials Worldwide

Indications Addressed by Gene Therapy Clinical Trials @

WILEY

Cancer diseases 66.6% (n=1951)
Monogenic diseases 11.5% (n=338)
Infectious diseases 6.3% (n=184)
Cardiovascular diseases 6.2% (n=183)
Neurological diseases 1.8% (n=52)
Ocular diseases 1.3% (n=37)
Inflammatory diseases 0.5% (n=15)
Other diseases 2.2% (n=63)

Gene marking 1.7% (n=50)

Healthy volunteers 1.9% (n=57)
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Phase | 56.1% (n=1644)
Phase I/Il 21.6% (n=634)
Phase Il 16.6% (n=485)
Phase 11/ll 1% (n=29)
Phase Il 4.2% (n=122)
Phase IV 0.2% (n=5)
Single subject 0.4% (n=11)
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Events

To begin, select from the form options on the right. View the
REGENXBIO ( Audentes Therapeutics ( information online, or download in a CSV file to import into Record Search

RGX-314 I AT132 l your spreadsheet app. KEYWORD SEARCH:

< Rare Disease < SUBMIT A MILESTONE

MODALITY
Ophthalmology Endocrine, metabolic, and genetic

INDICATION AREA

Modality

Gene delivery

Modality

Gene delivery

Search Results

DISEASE RARITY:

Show All
Indicatiﬂn Indicatinn 191 Records Found EVENT TYPE
Diabetic retinopathy X-linked myotubular myopathy (XLMM)
SORT RESULTS BY
Trial Milestone Submission / Approval Company

IND to be submitted in 2H 2019

Clinical Stage: Ph 2B

Expects to submit ELA in US in 2H 2020

Clinical Stage: Ph 1/2

For more information: NCT03199469
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ASGCT Clinical
Trial Finder

Driven by
clinicaltrials.gov

Curated for gene and
cell therapy trials only

US-based

Updated in real time
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Welcome to the American Society of Gene & Cell Therapy's Clinical Trials Finder!

Search hundreds of active and recruiting clinical trials in gene and cell therapy across the United States by selecting a therapeutic area or diagnosis to narrow the
results—from there, focus your results by adding additional parameters from the selections below. All data is pulled from ClinicalTrials.gov and updated daily to ensure

accuracy.
View Trials (429)
Therapeutic Area Diagnosis
All Therapeutic Areas M All Diagnoses A
Modality Phase Location
Drug NCTID | Type to select NCTID
Title | Enter Title

Title iz Phase Modalities Interventions
Efficacy Study on the Strategy of HSV-Tk B Stem Cell Therapy cyclophosphamide,
Engineering Donor Lymphocytes to Trea. (= HSV-Tk, T-cell..
Stem Cell Transplantation From HLA . Chemotherapy, CD34+ haploidentical
Partially-Matched Related Donors for.. = Radiation Therapy... stem cells...
A Phase lll Trial Evaluating P Chemotherapy, Epstein Barr virus
Chemotherapy and Immunotherapy fo.. = Immunotherapy... (EBV) specific...

, Hidle Filter Options

Clear All Filters

Type zip code or city

location filter off

Location

View Locations

USA = NY - New Hyde Park

View Locations

Advancing knowledge, awareness, and education of gene and cell therapy

AMERICAN SOCIETY of

GENE &CELL
THERAPY



ANNUALMEETING | EDUCATION | RESEARCH | ADVOCACY | MEMBERSHIP | EVENTS | ABOUT

Welcome to the American Society of Gene & Cell Therapy's Clinical Trials Finder!

S e a rc I I a b | e by Search hundreds of active and recruiting clinical trials in gene and cell therapy across the United States by selecting a therapeutic area or diagnosis to narrow the
results—from there, focus your results by adding additional parameters from the selections below. All data is pulled from ClinicalTrials.gov and updated daily to ensure

accuracy.
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View Trials (429) j
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All Therapeutic Areas M All Diagnoses A

> Modality Phase Location = Type zip code or city

location filter off

Drug NCTID | Type to select NCT ID

* Modality —

Title | Enter Title

 Phase

Title iz Phase I Modalities Interventions Location
Efficacy Study on the Strategy of HSV-Tk z Stem Cell Therapy :\ézl_oﬁhf_scimcmldc’ View Locations v

Engineering Donor Lymphocytes to Trea. (=

L]
* Title Keyword
Stem Cell Transplantation From HLA -t z Chemotherapy, CD34+ haploidentical USA- NY - New Hyde Park

Partially-Matched Related Donors for.. = Radiation Therapy... stem cells...
APhase ll Trial Evaluating —b P Chemotherapy, Epstein Barr virus

. View Locations
Chemotherapy and Immunotherapy fo.. = Immunotherapy... (BV) specific.. v

__ Safetvand Efficacvof ATIRIOIas [ Chemotherapy. dllodepleted T cell
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Gene Transfer Clinical Study in X-Linked Myotubular Myopathy ¢ Back
Phase Interventions . L
* Simplified |
&  adeno-associated virus vector containing Lead Sponsor I p I I e a yo u t
human MTM1 gene Audentes Therapeutics

* All pertinent
information on the trial,

driven by CT.
Full Title . .
ASPIRO: A Phase 1/2, Randomized, Open-Label, Ascending-Dose, Delayed-Treatment Concurrent Control Clinical Study to ® D e S I g n e d fo r p a t I e n t S

Evaluate the Safety and Preliminary Efficacy of ATI32, an AAV8-Delivered Gene Therapy in X-Linked Myotubular Myopathy

(XLMTM) Patients a n d p rOfe SS i O n a I S

@ Diagnosis

X-Linked Myotubular Myopathy

Modalities

Gene Therapy, Viral Vector

@  NcTo3199469

© study Information

Brief Summary [EaEelEI=NIdi M Study Design = Eligibility = Outcome Measures
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