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TeAeuTaieg e€cAieic oTIC KAIVIKEG peEAETec Phase II/III/IV

TRANSLARNA (Ataluren) - A New Drug for Nonsense Mutations by PTC
Therapeutics Phase IV

CATENA®/RAXONE® - Study of Idebenone in Duchenne (DELOS) Phase IlI
TADALAFIL - Trial of Tadalafil for Duchenne Phase |1l

SPIRONOLACTONE and EPLERENONE - Therapeutic Potential for Aldosterone
Inhibition in Duchenne Phase 111

ETEPLIRSEN - Exon skipping Using Phosphorodiamidate Morpholino
Oligomers (PMO) to produce functional dystrophin protein Sarepta
ETEPLIRSEN - Study 4658-203 for Early Stage Duchenne
ETEPLIRSEN - Study 4658-204 for Advanced Stage Duchenne

VBP15 - A Novel Steroid Customized for Duchenne Phase Il

SMT C1100 - A Small Molecule Utrophin Modulator for Duchenne Phase Il
PFE-06252616 - Pfizer's Myostatin Inhibitor Phase 11

CAT-1004 - Catabasis' MoveDMD Trial Phase 11

ISOFEN 3 - A combination drug for the treatment of Duchenne Phase Il
PE-06252616 - Pfizer's Myostatin Inhibitor Phase 11
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https://www.duchenneconnect.org/clinical-trials/research-faqs/683-tadalafil-phase-3-trial-of-tadalafil-for-duchenne.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/682-spironolactone-using-aldosterone-antagonists-to-improve-muscle-strength-and-function-in-duchenne.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/659-duchenne-muscular-dystrophy-a-longitudinal-study-of-the-natural-history-of-duchenne.html
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TeAeuTaieg e€cAi&eic oTIC KAIVIKEG HEAETEC Phase I/I1

BMS-986089 - Bristol-Myers Squibb's Candidate for Myostatin Inhibition
Phase 1/2

FOLLISTATIN GENE TRANSFER - Clinical Intramuscular Gene Transfer of
rAAV1.CMV.huFollistatin344 Trial to Patients With Duchenne Phase 1/2

MYOBLAST TRANSPLANTATION - Myoblast Transplantation in Duchenne
Patients Phase 1/2

DT-200 - A Selective Androgen Receptor Modulator to Improve Muscle
Strength & Function in Duchenne Phase |

GALGT2 Gene Therapy - Viral gene transfer for GALGT2 as a surrogate
gene therapy for Duchenne Phase |

GENE TRANSFER OF MICRO-DYSTROPHIN - Clinical Intramuscular Gene
Transfer Trial of rAAVrh74.MCK.Micro-Dystrophin Phase |
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TeAeuTaiec e€cAieic oTIC KAIVIKEC HEAETEC Preclinical

TAMOXIEEN - Using tamoxifen to improve muscle strength in DMD/BMD

LAMININ-111 - Laminin-111, Integrin and Utrophin as a Potential Therapy for
DMD

RTC13 Read-Through Compound - Development of a drug that corrects
nonsense mutations in patients with Duchenne

COENZYME Q10 AND LISINOPRIL - Clinical Trial of Coenzyme Q10 and
Lisinopril in Muscular Dystrophies

ARM210 - Using ARM210 to Improve Muscle Strength & Function in DMD

NBD Peptide - Using NF-kB blockers to Decrease Inflammation and Improve
Muscle Function in Duchenne

LAMININ-111 - Laminin-111, Integrin and Utrophin as a Potential Therapy for
Duchenne

IPS CELL THERAPY - Induced Pluripotent Stem Cells for Duchenne
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https://www.duchenneconnect.org/clinical-trials/research-faqs/680-rycalarm210-using-rycalarm210-to-improve-muscle-strength-a-function-in-duchenne.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/673-nbd-peptide-using-nf-b-blockers-to-decrease-inflammation-and-increase-regeneration-in-duchenne.html
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TeAeuTaieg e€cAieic oTIC KAIVIKEG HEAETEC Preclinical

BIGLYCAN - A Unique Utrophin Upregulator

CARMESEAL-MD - Poloxamer 188 N

AT-300 - Akashi’s Novel Modulator of Stretch-Activated Calcium Channels

DT-200 - A Selective Androgen Receptor Modulator to Improve Muscle
Strength & Function in Duchenne

EXON 2 SKIPPING - To induce Internal Ribosomal Entry Site (IRES)
activation in Duchenne patients with Exon 2 Duplications

HT-100 - Akashi's Phase 1/2 Clinical Program in Duchenne - Stopped

DEFLAZACORT - A Pharmacokinetic Study of Oral Deflazacort in Children
and Adolescents with Duchenne

STEROIDS IN YOUNG BOYS - Historically Controlled Trial of
Corticosteroids in Young Boys With Duchenne



https://www.duchenneconnect.org/clinical-trials/research-faqs/648-biglycan-a-unique-utrophin-upregulator.html
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https://www.duchenneconnect.org/clinical-trials/research-faqs/667-ht-100-delayed-release-form-of-halofuginone-hydrobromide.html
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https://www.duchenneconnect.org/clinical-trials/research-faqs/902-steroids-in-young-boys-historically-controlled-trial-of-corticosteroids-in-young-boys-with-duchenne.html

TeAeuTaieg e€cAieic oTIC KAIVIKEG HEAETEC Preclinical

FOR-DMD - Finding the Optimal steroid Regimen for Duchenne Muscular
Dystrophy

ImagingDMD - Magnetic Resonance Imaging and Biomarkers for
Muscular Dystrophy

MICROSOFT BAND - A Potential Outcome Measure for Boys with
Duchenne

MRI and CARDIOPULMONARY FUNCTION - Using MRI to Assess
Cardiopulmonary Function in Duchenne

DP ARF ULTRASOUND - Double Push Acoustic Radiation Force
Ultrasound for Monitoring Degeneration

STRENGTH TRAINING - Development of a Strength Training Protocol in
Duchenne

COUGH in DUCHENNE and BECKER - Peak Cough Flow and Cough
Clearance in Duchenne and Becker Muscular Dystrophy

BECKER MUSCULAR DYSTROPHY - A Natural History Study to Predict
Efficacy of Exon Skipping

DUCHENNE MUSCULAR DYSTROPHY - A Longitudinal Study of the
Natural History of Duchenne

http://www.parentprojectmd.org/site/PageServer?pagename=Advance_pipeline
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https://www.duchenneconnect.org/clinical-trials/research-faqs/669-imagingdmd-magnetic-resonance-imaging-and-biomarkers-for-muscular-dystrophy.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/901-microsoft-band-a-potential-outcome-measure-for-boys-with-duchenne.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/900-mri-and-cardiopulmonary-function-using-mri-to-assess-cardiopulmonary-function-in-duchenne.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/902-steroids-in-young-boys-historically-controlled-trial-of-corticosteroids-in-young-boys-with-duchenne.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/656-dp-arf-ultrasound.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/904-strength-training-development-of-a-strength-training-protocol-in-duchenne.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/907-cough-in-duchenne-and-becker-peak-cough-flow-and-cough-clearance-in-duchenne-and-becker-muscular-dystrophy.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/647-becker-muscular-dystrophy-a-natural-history-study-to-predict-efficacy-of-exon-skipping.html
https://www.duchenneconnect.org/clinical-trials/research-faqs/659-duchenne-muscular-dystrophy-a-longitudinal-study-of-the-natural-history-of-duchenne.html
http://www.parentprojectmd.org/site/PageServer?pagename=Advance_pipeline

H onpacia TnG E€ykaipng d1ayvmwong Kal AvTIHETONIoONG 1

* [EVETIKN CUMBOUAEUTIKN

'Eykaipn ®ucioBepaneuTikn unooTnpIEN

'Eykaipn napepBaon pe AoyoBepaneia kal epyobepaneia

'Eykaipn @apuakeuTikn unooTnpIEn yia TNV NpooTacia Tou PUikoU 10ToU Kal TWV 00TWV

AlaTpoPOAOYIKN CUNBOUAEUTIKN KAl CUPNANpWHATa d1aTpoPpnG

* MpooTacia ano Tnv Xpnon pn KataAAnAwv @apuakwyv (N avaicbnoiag 2)
« [pooTacia Tou PUIKoU 10TOU anod akaTaAAnAeg dpaaTnpIOTNTEG

» OIKOYEVEIOKOC NPOYPANHATIONOC
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