Potential Disease-Modifying Therapies in the Parkinson's Disease Clinical Trial Pipeline

last update: March 11, 2019

Goal: Enable PD community to more easily identify recruiting, planning and funding needs for high-priority research towards a cure. Compiled by PD research advocates Sue Buff & Gary Rafaloff
Source: ClinicalTrials.gov, The Cure Parkinson's Trust-Linked Clinical Trials Programme (CPT-LCT), Michael J. Fox Foundation (MJFF), industry & academic websites, Send additions/corrections to: SueBuff@outlook.com
researchers & advocates (Simon Stott: ScienceofParkinsons.com, Kevin McFarthing: The Hope List-Parkinson's Therapies in Development) File available at PDTrialTracker.info (Collaboration page)
Note 1: Therapies & trials are listed below in no particular order. Similar therapy types are grouped together by color code for easier viewing.
Note 2: Additional data for listed trials, including location and eligibility, is available on ClinicalTrials.gov (reference Study ID # in table below).
ACTIVE, PLANNED & RECENTLY COMPLETED CLINICAL TRIALS of Potential Disease-Modifying Therapies for PD
Includes 15 planned, 56 active, and 10 ended trials. Compiled March 11, 2019.
Therapy
(*=repurposed Study ID # on Recruiting Study Est.Study [Estimated
compound) Description Phase Study Title ClinicalTrials.gov |Sponsor & Collaborators Status Start Date |End Date Enrollment More Info
. L . . Neurology.org April
Isradapine* Calcium channel blocker |Phase 3 |CTicacy of Isradipine in Early NCT02168847 |UNV- of Rochester, NINDS, factive, not Sep-14 | Nov-19 336 |2018 update on MJFF Blog 6.29.16
Parkinson Disease (STEADY-PD Iil) MJFF, PSG recruiting
STEADY-PD Il
M. Schwarzschild, Mass.
Inosine* Antioxidant / Nutritional Phase 3 StudY of Urat? Elevation in NCT02642393 General Hospital, PSG, terminated Jun-16 Oct-19 270 MUFF Blog 9.1.15 Inosine Phase 2
supplement Parkinson's Disease, Phase 3 (SURE- | = |MIFF, UofRochester, Dec-18 MR 2.l completed 12/12
PD3) NINDS (NCT00833690)
X . BioElectron (formerly ) ) - alsnewstoday. )
EPI-S89* Tr'eats chlldhooq Phase 2A SafeTy and 'Blomarke'r Study of EPI- NCT02462603 |Edison Pharma), CPT-LCT actlvei,'not Mar-16 Dec-18 40 (44 CP.T - Llr?k.ed. Clinical 2018/10/0.3_gp|—589—
mitochondrial diseases 589 in Parkinson's Disease incl. VARI recruiting actual) |Trials Initiative shows-positive-results-
als-patients-phase-2a
Phase 28 Phase 2A CPT - LCT Program
EPI-743 Targeted at mitochondrial Neurology.org April 2016 EPI-743 completed Edison Pharma Edison Pharma, Phase
and other neuro diseases planned Phase 2A results (NCT01923584) 28B)
Used to treat liver disease. Brain Bioenergetics in Parkinson's
UDCA* Acts to recover Phase 1 Disease and Response to Repeated NCT02967250 |Univ. of Minnesota recruiting Jun-17 Mar-19 20
mitochondrial function. Oral UDCA Treatment
Sheffield Hosp. NHS
Used to treat liver disease. Foundation Trust, U. of CPT-LCT Program: scienceofparkinsons.co
UDCA* Acts to recover Phase 2 Trial of Ursodeoxycholic Acid (UDCA) |NCT03840005 |Sheffield, PRO.MED.CS recruiting Dec-18 | Sep-20 30 4g—UDCA nd PD : m 2019/02/04 The UP
mitochondrial function. for Parkinson's Disease: The "UP" Praha, J P Moulton Fndn, - Study in PD
Study CPT-LCT inc. VARI
Plymouth Hospitals NHS
Simvastatin as a Neuroprotective Trust, CPT-LCT inc. VARI, active. not 198 (235 CPT - LCT Program: Journal of PD article
Simvastatin* Cholesterol-lowering drug [Phase 2 Treatment for Moderate Parkinson's NCT02787590 [University of Plymouth, o Mar-16 May-20 Simvastatin trial - the |11.1.17 on rationale for
R R recruiting actual) - L
Disease (PD STAT) Jon Moulton Charitable facts Simvastatin trial
Trust
scienceofparkinsons.co
Lovastatin* Cholesterol-lowering drug [Phase 2 Lovastatin as a Neuroprotectlvei .| NCT03242499 Natlgnal Taiwan University recruiting May-17 Dec-19 80 st .
Treatment for Early Stage Parkinson's Hospital, cholesterol statins and
Disease PD
; Conservative Iron Chelation as a University Hospital-Lille, Feb-21 ) )
Deferiprone* ﬁ]ssldo:)cijr:fdts:irg:sr}lﬁfrz Phase 2 Disease-modifying Strategy in NCT02655315 [European Commission, recruiting Feb-16 | (was Feb- 338 E;TRE?\?E;ZEF € mﬁ?ﬁigﬁmal
Parkinson's Disease (FAIRPARKII) ApoPharma 18)
Deferiprone* _Used to reduce iron Ieyels Phase 2 Study‘of Parkinson's Early Stage with NCT02728843 |ApoPharma activg,'not U6 Dec-19 140 me
in blood after transfusions Deferiprone (SKY) I recruiting (was Jul-18) f—p—acts
. ) Trial of Exenatide for Parkinson's . . . o
Exenatide Type 2 Dlabe_tes drug Phase 2 Disease (EXENATIDE-PD) View NCT01971242 Umvers@y College London, completed Jun-14 Aug-16 50 CP.T - Lm.k.ed. Clinical MUEF Exenatide arant
(Bydureon)* (GLP-1 agonist) - CPT-LCT inc VARI, MJFF Trials Initiative
completed |results: CPT site & Lancet.
. ) . scienceofparkinsons.co |scienceofparkinsons.co
Exenatide Type 2 Dlabe_tes drug Phase 3 Journal of PD 2017/08/08 Exenatide m 2019/01/24 m 2017/08/08
(Bydureon)* (GLP-1 agonist) planned Phase 2 study commentary

Exenatide Exosomes

Exenatide: An editorial



https://clinicaltrials.gov/ct2/show/NCT02168842
https://n.neurology.org/content/90/15_Supplement/P2.039
https://n.neurology.org/content/90/15_Supplement/P2.039
https://n.neurology.org/content/90/15_Supplement/P2.039
https://www.michaeljfox.org/foundation/news-detail.php?record-pace-of-recruitment-speeds-isradipine-trial
https://clinicaltrials.gov/ct2/show/NCT02642393
https://www.ninds.nih.gov/Disorders/Clinical-Trials/Study-Urate-Elevation-Parkinsons-Disease-Phase-3-SURE-PD3
https://www.ninds.nih.gov/Disorders/Clinical-Trials/Study-Urate-Elevation-Parkinsons-Disease-Phase-3-SURE-PD3
https://www.michaeljfox.org/foundation/news-detail.php?inosine-trial-secures-phase-iii-funding-to-study-effect-on-slowing-parkinson
https://clinicaltrials.gov/ct2/show/NCT00833690
https://clinicaltrials.gov/ct2/show/NCT00833690
https://clinicaltrials.gov/ct2/show/NCT00833690
https://clinicaltrials.gov/ct2/show/NCT02462603
https://www.cureparkinsons.org.uk/trials-repurposed-drugs
https://www.cureparkinsons.org.uk/trials-repurposed-drugs
https://alsnewstoday.com/2018/10/03/epi-589-shows-positive-results-als-patients-phase-2a-trial/
https://alsnewstoday.com/2018/10/03/epi-589-shows-positive-results-als-patients-phase-2a-trial/
https://alsnewstoday.com/2018/10/03/epi-589-shows-positive-results-als-patients-phase-2a-trial/
https://alsnewstoday.com/2018/10/03/epi-589-shows-positive-results-als-patients-phase-2a-trial/
http://n.neurology.org/content/86/16_Supplement/I1.012
http://n.neurology.org/content/86/16_Supplement/I1.012
https://clinicaltrials.gov/ct2/show/NCT01923584
https://clinicaltrials.gov/ct2/show/NCT01923584
https://clinicaltrials.gov/ct2/show/NCT01923584
https://www.cureparkinsons.org.uk/epi-743
https://www.cureparkinsons.org.uk/epi-743
https://www.cureparkinsons.org.uk/epi-743
https://clinicaltrials.gov/ct2/show/NCT02967250
https://clinicaltrials.gov/ct2/show/NCT03840005
https://www.cureparkinsons.org.uk/udca-and-pd
https://www.cureparkinsons.org.uk/udca-and-pd
https://scienceofparkinsons.com/?s=UDCA
https://scienceofparkinsons.com/?s=UDCA
https://scienceofparkinsons.com/?s=UDCA
https://clinicaltrials.gov/ct2/show/NCT02787590
https://www.cureparkinsons.org.uk/the-simvastatin-trial-the-facts
https://www.cureparkinsons.org.uk/the-simvastatin-trial-the-facts
https://www.cureparkinsons.org.uk/the-simvastatin-trial-the-facts
https://content.iospress.com/articles/journal-of-parkinsons-disease/jpd171203#ref004
https://content.iospress.com/articles/journal-of-parkinsons-disease/jpd171203#ref004
https://content.iospress.com/articles/journal-of-parkinsons-disease/jpd171203#ref004
https://clinicaltrials.gov/ct2/show/NCT03242499
https://scienceofparkinsons.com/2017/06/20/cholesterol-statins-and-parkinsons-disease/
https://scienceofparkinsons.com/2017/06/20/cholesterol-statins-and-parkinsons-disease/
https://scienceofparkinsons.com/2017/06/20/cholesterol-statins-and-parkinsons-disease/
https://scienceofparkinsons.com/2017/06/20/cholesterol-statins-and-parkinsons-disease/
https://clinicaltrials.gov/ct2/show/NCT02655315
https://www.cureparkinsons.org.uk/deferiprone
https://www.cureparkinsons.org.uk/deferiprone
http://www.fairpark2.eu/29-the-project/france/76-uk-patients
http://www.fairpark2.eu/29-the-project/france/76-uk-patients
https://clinicaltrials.gov/ct2/show/NCT02728843
https://www.cureparkinsons.org.uk/the-deferiprone-trial-the-facts
https://www.cureparkinsons.org.uk/the-deferiprone-trial-the-facts
https://www.cureparkinsons.org.uk/the-deferiprone-trial-the-facts
https://www.cureparkinsons.org.uk/news/bydureonresults
https://www.cureparkinsons.org.uk/news/bydureonresults
https://www.cureparkinsons.org.uk/news/bydureonresults
https://www.cureparkinsons.org.uk/news/bydureonresults
https://www.cureparkinsons.org.uk/news/bydureonresults
https://www.cureparkinsons.org.uk/news/bydureonresults
https://clinicaltrials.gov/ct2/show/NCT01971242
https://www.cureparkinsons.org.uk/trials-repurposed-drugs
https://www.cureparkinsons.org.uk/trials-repurposed-drugs
http://www.michaeljfox.org/foundation/grant-detail.php?grant_id=1124)
https://content.iospress.com/articles/journal-of-parkinsons-disease/jpd171192
https://content.iospress.com/articles/journal-of-parkinsons-disease/jpd171192
https://scienceofparkinsons.com/2019/01/24/exosomes/
https://scienceofparkinsons.com/2019/01/24/exosomes/
https://scienceofparkinsons.com/2019/01/24/exosomes/
https://scienceofparkinsons.com/2017/08/08/exenatide-an-editorial/
https://scienceofparkinsons.com/2017/08/08/exenatide-an-editorial/
https://scienceofparkinsons.com/2017/08/08/exenatide-an-editorial/

Therapy

(*=repurposed Study ID # on Recruiting Study Est. Study |Estimated
compound) Description Phase Study Title ClinicalTrials.gov |Sponsor & Collaborators Status Start Date |End Date Enrollment More Info
Exenatide Type 2 Diabetes dru Effects of Exenatide on Motor University of Florida Peptron {Korea).
b 3 9 Phase 1 . i NCT03456687 ¥ ! recruiting Jun-18 Apr-21 20 evaluating SR Exenatide
(Bydureon)* (GLP-1 agonist) Function and the Brain ~ |NINDS
PT302 for PD
Cedars-Sinai Medical CPT - Linked Clinical
. . Type 2 Diabetes dr Safety and Efficacy of Liraglutide in T
Liraglutide* P @ R S drug Phase 2 .y . Y 9 NCT02953665 [Center, CPT - LCT inc VARI, |recruiting Apr-17 Sep-19 57 Trials Initiative -
(GLP-1 agonist) Parkinson's Disease - X —
Novo Nordisk A/S Liraglutide trial
Uni ity Hospital
T 2 B Study to Evaluate the Effect of T;]\IJ‘IIZLFJSsleyC:‘I'SpILS‘I: inc CPT - Linked Clinical
Lixisenatide* P 1SAUG  lphase2  |Lixisenatide in Patients With NCT03439943 g recruiting Jun-18 | Dec-21 158 |Trials Initiative -
(GLP-1 agonist) X L . VARI, Reseau NS-Park, . - -
Parkinson's Disease (LixiPark) . Lixisenatide trial
EUCLID, Sanofi -
Neuroprotective effects
Type 2 Diabetes drug . : ’ , . . of Semaglutide in MPTP
Semaglutide*  |(GLP-1 agonist). New  |Phase2  |(Semaglutide) GLPIR in Parkinson's | 10355955, |Oslo Univ. Hospital, Novo ot yet Jan-19 | Dec-24 120 |PD mouse model
. . Disease (GIPD) Nordisk recruiting 3
formulation of Exenatide (Neuropeptides, Oct.
18)
Orig. developed to treat
MSDC-0160* Type 2 diabetes. May Planned CPT - LCT, VARI, Metabolic www.msdrx.com/pipeli
(Mitoglitazone)  |improve mitochondrial Solutions collaboration ne/msdc-0160
function in PD.
Peptron (Korea
SR Exenatide Type 2 Diabetes drug (GLP{Planned evaluating SR Exenatide
. Peptron
(PT302) 1 agonist) Phase 2 PT302) for PD:
planning Phase 2
parki today . .
A Phase 1 Study to Assess the Safety Neuraly (John Hopkins z(a);;ng:nzsge:vesu?ma o scienceofparkinsons.co
q . . - /07/20: y X
NLYO01 GLP-1 agonist Phase 1 of NLYO1 in Healthy Subjects (NLYO1- | NCT03672604 ¥ P recruiting Sep-18 May-19 64 - m/2018/06/13/exenatid
startup) advance nly01 into
H1) - ) e/
clinical trial
University College, London,
Used to prevent build-up . e CPT-LCT inc. VARI, John ) ) o
Ambroxol* of excess mucous in Phase 2A Ambroxol |nA Disease .Mod|f|cat|on n NCT02941822 (Black Charitable Trust, actlve‘,Anot Dec-16 Apr-18 20 M
. . Parkinson Disease (AiM-PD) recruiting Trials Initiative
respiratory diseases PRO.MED.CS Praha a.s - —
Czech Republic
Lawson Health Research
Used to prevent build-up Ambroxol as a Treatment for Inst., Weston Foundation,
Ambroxol* of excess mucous in Phase 2 ) o ) NCT02914366 [U. of Western Ontario, recruiting Nov-15 Dec-18 75
) ) Parkinson's Disease Dementia .
respiratory diseases London Health Sciences
Centre
Treats acetaminophen
NAC _(n-AcetyI OVErdOSé. Useq to. Ioos.en phase - Physwlo_glcal E_ffects (?f Nutritional NCT02445651 Thomas Jeffel_'son Univ., actlvg,_not Mar-14 Dec-18 65
Cysteine)* mucous in cystic fibrosis |unspecified |Support in Patients with PD CPT-LCT candidate recruiting
& COPD.
Treats acetaminophen NAC Phase 1 Cure Parkinson's Trust
NAC (n-Acetyl overdose. Used to loosen Trial in design (CPT: NAC Trial-The | L .
Cysteine)* TS G EIEEEE Planned Facts completed 2012 [Linked Clinical Trial pLanned 60
NCT01427517
& COPD. CTO0 5 Program
Alpha-synuclein focus; ) Prothena 4.2.17 press  |Prothena 7.5.17 press
RO7046015 P i y A Study to Evaluate the Efficacy of Hoffman-La Roche, active, not 300 (316 rothena pre rothena Br
passive immunotherapy [Phase 2 . L X NCT03100149 . . Jun-17 Feb-21 release re: Phase 1b release re: Phase 2
(PRX002) (Mab to asN) RO7046015 in Participants With Early| = [Prothena Biosciences recruiting actual) results (NCT02157714) |study (NCT03100149)
Parkinson's Disease (PASADENA) s 4oy
Evaluating the Safety, Biogen (BIIB054 Phase 1
Aloha-synuclein focus: Pharmacokinetics, and NCT02459886 completed 12.20.17 mini-review of MJFF Blog 8/14/15: Two
BIIB054 P Y ’ Phase 2 Pharmacodynamics of BIIB054 in NCT03318523 [11/17. Result info: recruiting Jan-18 Apr-22 311 = more-alpha-synuclein-

passive immunotherapy

Participants With Parkinson's Disease
(SPARK)

scienceofparkinsons.com/
2018/04/25/biib054/)

PD alpha-syn initiatives

drugs-in-clinical-trials



https://clinicaltrials.gov/ct2/show/NCT03456687
http://peptron.com/ds3_1_1.html
http://peptron.com/ds3_1_1.html
http://peptron.com/ds3_1_1.html
https://clinicaltrials.gov/ct2/show/NCT02953665
https://www.cureparkinsons.org.uk/news/the-liraglutide-trial
https://www.cureparkinsons.org.uk/news/the-liraglutide-trial
https://www.cureparkinsons.org.uk/news/the-liraglutide-trial
https://clinicaltrials.gov/ct2/show/NCT03439943
https://www.cureparkinsons.org.uk/news/lixisenatide-trial
https://www.cureparkinsons.org.uk/news/lixisenatide-trial
https://www.cureparkinsons.org.uk/news/lixisenatide-trial
https://clinicaltrials.gov/ct2/show/NCT03659682
https://www.ncbi.nlm.nih.gov/pubmed/30017231
https://www.ncbi.nlm.nih.gov/pubmed/30017231
https://www.ncbi.nlm.nih.gov/pubmed/30017231
https://www.ncbi.nlm.nih.gov/pubmed/30017231
https://www.ncbi.nlm.nih.gov/pubmed/30017231
https://www.cureparkinsons.org.uk/news/diabetes-drug-slows-experimental-pd-progression
https://www.cureparkinsons.org.uk/news/diabetes-drug-slows-experimental-pd-progression
http://www.msdrx.com/pipeline/msdc-0160
http://www.msdrx.com/pipeline/msdc-0160
http://peptron.com/ds3_1_1.html
http://peptron.com/ds3_1_1.html
http://peptron.com/ds3_1_1.html
http://peptron.com/ds3_1_1.html
https://clinicaltrials.gov/ct2/show/NCT03672604
https://parkinsonsnewstoday.com/2018/07/20/neuraly-raises-36-million-to-advance-nly01-potential-parkinsons-therapy-into-clinical-trial/
https://parkinsonsnewstoday.com/2018/07/20/neuraly-raises-36-million-to-advance-nly01-potential-parkinsons-therapy-into-clinical-trial/
https://parkinsonsnewstoday.com/2018/07/20/neuraly-raises-36-million-to-advance-nly01-potential-parkinsons-therapy-into-clinical-trial/
https://parkinsonsnewstoday.com/2018/07/20/neuraly-raises-36-million-to-advance-nly01-potential-parkinsons-therapy-into-clinical-trial/
https://scienceofparkinsons.com/2018/06/13/exenatide/
https://scienceofparkinsons.com/2018/06/13/exenatide/
https://scienceofparkinsons.com/2018/06/13/exenatide/
https://clinicaltrials.gov/ct2/show/NCT02941822
https://www.cureparkinsons.org.uk/trials-repurposed-drugs
https://www.cureparkinsons.org.uk/trials-repurposed-drugs
https://clinicaltrials.gov/ct2/show/NCT02914366
https://clinicaltrials.gov/ct2/show/NCT02445651
https://www.cureparkinsons.org.uk/the-nac-trial-the-facts
https://www.cureparkinsons.org.uk/the-nac-trial-the-facts
https://clinicaltrials.gov/ct2/show/NCT01427517
https://clinicaltrials.gov/ct2/show/NCT01427517
https://clinicaltrials.gov/ct2/show/NCT01427517
https://clinicaltrials.gov/ct2/show/NCT03100149
http://ir.prothena.com/releasedetail.cfm?releaseid=1019672
http://ir.prothena.com/releasedetail.cfm?releaseid=1019672
http://ir.prothena.com/releasedetail.cfm?releaseid=1019672
https://clinicaltrials.gov/ct2/show/NCT03318523
https://scienceofparkinsons.com/2018/04/25/biib054/
https://scienceofparkinsons.com/2018/04/25/biib054/
https://scienceofparkinsons.com/2018/04/25/biib054/
https://scienceofparkinsons.com/2018/04/25/biib054/
https://scienceofparkinsons.com/2018/04/25/biib054/
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC5738184/
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC5738184/
https://www.michaeljfox.org/foundation/news-detail.php?two-more-alpha-synuclein-drugs-in-clinical-trials
https://www.michaeljfox.org/foundation/news-detail.php?two-more-alpha-synuclein-drugs-in-clinical-trials
https://www.michaeljfox.org/foundation/news-detail.php?two-more-alpha-synuclein-drugs-in-clinical-trials

Therapy

(*=repurposed Study ID # on Recruiting Study Est. Study |Estimated
compound) Description Phase Study Title ClinicalTrials.gov |Sponsor & Collaborators Status Start Date |End Date Enrollment More Info
A Study to Evaluate Safety,
Tolerability, Pharmacokinetics, and not vet httos://www.biogen.co
BIIB054 Alpha-synuclein focus Phase 1 Pharmacodynamics of BIIBO54 in NCT03716570 [Biogen y_ i Feb-19 Aug-21 24 § — :
- ) recruiting m/en_us/pipeline.html
Japanese Participants With
Parkinson's Disease
» . ParkinsonsNewsToday
Follow-up Study to Assess a Second Affiris AG (more info at MUEE website: 5.18.18 Potential-
" Alpha-synuclein vaccine; |Phase 1B |Boost Immunization With AFFITOPE® scienceofparkinsons.com/ T parkinsons-vaccine-
Affitope PDO1A . L NCT02618941 leted Feb-16 Feb-17 26 Therap!
P active immunotherapy completed |PDO1A With Regard to Safety and Clinical 2016/09/11/vaccine-for- complete b eral resin . affitope-pd0la-shows-
Activity (AFFOO8AA) (completed) parkinsons-affiris-update/) Lveopmen promising-long-term-
results
. - Affiris press release
Study Assessing Tolerability and parkinsonsNewsToda 6.7.17 re: results of
] Alpha-synuclein vaccine; Safety of AFFITOPE® PDO3A i . inson' e
Affitope PDO3A | APha-synuclein vaccine; |Phase 1 atety of Af AN NCT02267434 |Affiris AG completed | Dec14 | Aug-16 36  [olA7Parkinson’s ;o) hudy using
active immunotherapy completed |Patients With Early Parkinson's vaccine triggers solid AFFITOPE PDO3A
Disease (AFF011) (completed) immune response, Phase_
1 clinical trial shows SYMPATH funded
) N Lu AF82422 in Healthy Non-Japanese Lundbeck 8.7.18 press
antibody inhibiting alpha- . R -
Lu AF82422 H Phase 1 and Japanese Subjects and in NCT03611569 [H. Lundbeck A/S recruiting Jul-18 Mar-20 44 release re: Phase 1 Lu
synuclein e
v Patients With Parkinson's Disease AF82422
Single Ascending Dose Study of AstraZeneca, Covance, AstraZeneca 8.29.17
MEDI1341 alpha-synuclein antibody |Phase 1 8 . 8 v NCT03272165 [MMS Holdings, Inc, recruiting Oct-17 Nov-19 40 press release re:
MEDI1341 in Healthy Volunteers
Catalent MEDI1341
Phenylbutyrate Response as a . Apr-19
lycerol . . active, not MJFF research grant
Glycero Alpha-synuclein focus Phase 1 Biomarker for Alpha-synuclein NCT02046434 [Univ. of Colorado-Denver e Jan-14 | (was Sep- 40 ,
Phenylbutyrate R recruiting related to this study
Clearance From the Brain 18, Feb-15)
b _d _
designed to inhibit A Phase 1 Single and Multiple . .rana .oses Prana to-commence- .
) ) R Prana Biotechnology (has |first-patients- - . Science of PD
PBT 434 aggregation of alpha- Phase 1 Ascending Dose Study of PBT434 in  not on CT.gov N hip with Takeda) |in-ph 1 phase-1-clinical-trial-of- 20717 04/19 P
artnership with Takeda) [in-phase- /04/19 Prana
synuclein & tau Healthy Volunteers P P - pbt434 (6.4.18
trial (7.5.18)
Evaluati f Safety and Tolerabilit:
ENT-01 (synthetic revent aloha-syn o\fIE:EIL\lJ'EI" Ioolanr t:eeTyr:a:me?\tE;? Yy enterininc.com/rasmet/|scienceofparkinsons.co
version of P . P M Phase 1/2A . . NCT03047629 |Enterin completed May-17 Jun-18 50 (actual) [Completed Phase 2A m/2018/06/29/trodusq
squalamine) clustering Parkinson's Disease Related studv in PD uemine
i Constipation (RASMET) study in PD /
Orally Administered ENT-01 for
prevent alpha-syn Ay . . . press release 2019/1/9:
ENT-01 N Phase 2B Parkinson's Disease-Related NCT03781791 |Enterin recruiting Dec-18 Nov-19 72 -
clustering - karmet-study-begins-
Constipation (KARMET)
enrollment
NPT200-11 (UCB NPT200 Phase 1B planned
1332): -11( -AI h - . Phase 1B by UCB/Neuropore per www.neuropore.com/p |Neuropore Announces.
: pha-synuclein vaccine Successful Completion of
lanned MJFF update on alpha-syn rograms,
NeuroPore/UCB P trials 7/10/17 rograms/ Phase | with NPT200-11
trials 7/10/17
rials 3.22.16 (NCT02606682
plan Awaiting results from Alzheimer's -
NPTO88 ~|depends on |phase 1B NCT03008161 (est. Ref. MUFF NPTOgg ~ [ProclaraBiosciences - Our
Procl Alpha-synuclein vaccine Alz phase letion 4/1 MIEF upd h Programs (Phase 1B for
(Proclara) p! completion 4/19) per MJFF update research grant Alzheimer's NCT03008161
1B on alpha-syn trials 7/10/17
NLRP3 inihibitor (NLRP3  [planned hypothesis that small molecule, Inflazome (MJFF & Shake It https://scienceofparkin
MCC950 inflammasome contains |Phase 1 MCC950, may reduce spread of alphaf| Up Australia provided sons.com/2018/11/22/ |inflazome.com news
NLRP3 protein) early'19  [synin PD earlier funding) nlrp3/ 2018/10/30 MCC950
. AT . . scienceofparkinsons.co
DNL201 (Denali [LRRK2 inhibitor / ) i Denali Therapeutics Denali 8.1.18 press > ranson C,
A i Study to Evaluate DNL201 in Subjects . . . m: 2018/12/12 Denali
lead candidate for |Lysosomal function Phase 1B i R e NCT03710707 |(www.denalitherapeutics.c [recruiting Dec-18 Sep-19 30 release on results of — .
. With Parkinson's Disease - . Phase 1b clinical trial
PD per website) |enhancer om/pipeline) DNL201 Phase 1 ot
starts
DNL151 (Denali active ref. Denali 8.1.18 press  |www.denalitherapeutic
backup candidate [LRRK2 inhibitor Phase 1 dose escalation study noton CT.gov  [Denali 2 —
(Netherlands) release last sentence s.com/pipeline

for PD)



https://clinicaltrials.gov/ct2/show/NCT03716570
https://clinicaltrials.gov/ct2/show/NCT02618941
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Trial to test safety and tolerability of . . Lysosomal Therapeutics, www.allergan.com -
LTI-291 in Parkinson’s patients with a v trialreglste Allergan, Silverstein swulysosomaltx.com Allergan Option
. - . '’
LTI-291 Gcase enzyme activator  |Phase 1B R p_ r.nl/trial/7061 g ! ) Jun-18| Oct-18 15 Phase 1A completed; N
heterozygous mutation in Foundation (study in the X Arrangement with
not on CT.gov Phase 2B in progress
the GBA1 gene Netherlands Lysosomal (LTI), 1.9.17
g GlObél St:;Y to Asse:sstf;etDrufg Sanofi Initiates Phase 2
ynamics, Efficacy, and Safety o . - - -
G , a Sanof Clinical Trial to Evaluate |Feb 2017 publicat
GZ/ISARADZGTL | EN— Phase2  |Gz/SAR402671 in Parkinson's Disease| NCT02906020 | o 2YMe, @>anotl recruiting Dec-16 | Jul-22 243 . €8.£2 7 publication on
(Venglustat) . . . Company Therapy for Genetic preclinical results
Patients Carrying a GBA Mutation . )
MOVES-PD Form of Parkinson’s
( -PD) Disease (2/14/17)
Jichi Medical University,
AAV-hAADC-2  |Gene therapy Phase 1/2  |ADC Gene Therapy for Parkinson's |\ 11855 [T2kara BioInc, Gene recruiting ppr1s | 018/ 6
Disease Therapy Research Jan-22
Institution Co.
Voyager Therapeutics , - .
Safety Study of AADC Gene Therapy UCSF, Veristat, Feinstein  |active, not MJFF grant info on this Ereliminary positive
) ) 3
VY-AADCO1 Gene therapy Phase 1 R o NCT01973543 ) . Oct-13 Dec-19 15 (actual) Phase 1 results
(VY-AADCO1) for Parkinson's Disease Institute, Oregon Health recruiting study
N announced 9/17.
and Science U.
Safety and Efficacy Study of VY- active, not www.voyagertherapeut
VY-AADCO1 Gene therapy Phase 1 AADCO1 for Advanced Parkinson's NCT03065192 (Voyager Therapeutics ; May-17 Dec-21 16 ics.com/our-approach-
recruitin,
Disease € programs/pipeline/
parkinsonsnewstoday.c
VY-AADCO?2 for Parkinson's Disease B OB
VY-AADCO2 Gene therapy Phase 2 . . NCT03562494 (Voyager Therapeutics recruiting Jun-18 Dec-20 42 parkinsons gene
With Motor Fluctuations -
therapy vy-aadc in
phase 2 trial
. Long T Safety and Efficay Study of’ ti t
ProvSavin Gene therapy Phase1/2 | On8 Term satetyand tiiicay SWAY Ol 101856439 |oxford BioMedica active, no May-11 | May-22 15
ProSavin in Parkinson's Disease recruiting
Gene therapy / active, not actual: 25; enrollment target AAV2-NTN for PD:
AAV2-GDNF F?V Phase 1 AAV2-GDNF for Advanced NCT01621581 [NINDS o May-12 Dec-27 est. was 8 Lessons Learned (2016
Neurotrophic factors . . recruiting lowered early 2018 N
Parkinson's Disease 100 article
DNF rebral - Study website (TreatER . o
go ami(fee ebral Gene therapy / Clinical Study to Test the Safety of Herantis Pharma Plc orect Fundin from | erantis.com/pipeline/c
. L ! 4 - p 8 g - ;
P . F?V Phase 1/2  |CDNF by Brain Infusion in Patients NCT03295786 i recruiting Sep-17 Nov-19 18 N dnf-in-parkinsons-
Neurotropic Neurotrophic factors . . . ~— |Renishaw Plc. EU Horizon 20/20 N
With Parkinson's Disease disease/
Factor) Program)
] ] North Bristol NHS Trust, scienceofparkinsons.co |medgenesis.com - Feb.
GDNF in Id thic PD. (Vi Its: .
GDNF Gene therapy Phase 2 N n |0.pa i {View results NCT03652363 |Medgenesis, Parkinson's |completed Oct-12 Apr-16 42 actual [m 2019/02/27 Bristol '18 press release;
completed |CPT site, Brain, Journal of PD) —— .
UK, CPT-LCT GDNF results planning Phase 3
Neurologix (Oct. 2018: parkinsonsnewstoday
. R terminated
Study of AAV-GAD Gene Transfer Into Meiragtx aquired Vector due t 2018/12/03 Phase 2 ubl. of Phase 2 results
. ; - publ.
AAV-GAD Gene therapy Phase 2 the Subthalamic Nucleus for NCT00643890 [Neurosciences, which fi::n:ial Aug-08 Dec-10 44 followup showed new in The Lancet. 3.17.11
Parkinson's Disease previously acquired reasons brain circuits created —
Neurologix assets (Feinstein Institute)
Study of AXO-Lenti-PD (OXB-102) in Axovant Licenses AXO-
AXO-Lenti-PD Patients With Bilateral, Axovant Sciences, Oxford " Jun-22/Dec Lenti-PD (OXB- 102) &
NCT03720418 -1
(0XB-102) Gene therapy Phase 1/2 |, 1 cathic Parkinson's Disease (SUNRISE- | NCTO3720418 | tica recruiting Oct-18 31 30 Iprosavin from Oxford
PD) 6.6.18
Phase 2B
GM608 Phase 2A GAP-PD G .com -
GM608 Neurotrophic factors (or 3) € ) , Genervon planned ,ene,rvon com
(NCT01850381) completed in Jul '14 Pipeline
planned
o . Impact of Nilotinib on Safety, ) Nilotinib Phase 1
Nilotinib* Leukemia drug (C-Abl active, not -
O.t b . g ( Phase 2 Tolerability, Pharmacokinetics and NCT02954978 [Georgetown Univ. |v‘ . Jan-17 Jul-20 75 completed
(Tasigna) Inhibitor) X i o recruiting
Biomarkers in PD (PD Nilotinib) (NCT02281474)
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Northwestern Univ.
- Feinb School of 75 MJFF, VARI and CPT
Nilotinib* Leukemia drug (C-Abl Nilitonib in Parkinson's Disease (NILO em_e_rg C 0_0 0 active, not o
X L Phase 2 R R . R NCT03205488 |Medicine, Univ. of o Oct-17 Oct-20 (formerly [collaborate to assess MJFF Blog 3.15.17
(Tasigna) Inhibitor) PD) (patients involved in design) - X recruiting .
Rochester, Univ. of lowa, 135) Nilotinib
MIJFF, CPT-LCT inc VARI
Abl & Fin kinase inhibitor A Phase 2 Study of KO706 for Earl Seekingalpha - SPARC
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