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FUROPEAN MEDICINES AGENCY

What is the European Medicines Agency (EMA)

The EMA is the EU regulatory body
responsible for the scientific evaluation
and supervision of medicines developed
by pharmaceutical companies for use in

the European Union (Human and
Veterinary).
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EMA: Centralised procedure
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FUROPEAN MEDICINES AGENCY

Medicines that are mandatory for evaluation at EMA

e Rare diseases

e HIV, cancer, neurodegenerative disorders, diabetes
e Auto-immune diseases, viral diseases

e All biotech products

e Gene therapy

e Monoclonal antibodies

+ Other innovative products

The EMA is not responsible for pricing or reimbursement
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FUROPEAN MEDICINES AGENCY

The various roles of the EMA

e Evaluation of marketing authorisation applications for human and
veterinary medicines

e Coordination of European pharmacovigilance (supervision of the medicines
on the market)

« Provision of scientific advice on the development of medicines

e Evaluation of applications for orphan designation

e Evaluation of paediatric investigation plans (or waivers)

e Evaluation of arbitration and referral procedures

e Provision of good gquality and independent information on the medicines

e Coordination of Member States’ site inspections
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EMA-EU Network

Committee for Human ] _ Committee for Veterinary
Medicinal Products Medicinal Products
(CHMP) (CVMP)

Paediatric Committee Committee for Orphan
(PDCO) Medicinal Products
(COMP)
Committee for Herbal Pharmacovigilance Risk Committee for
Medicinal Products Assessment Committee Advanced Therapies
(HMPC) | (PRAC) (CAT)
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_Q EMA



FUROPEAN MEDICINES AGENCY

Sources of expertise helping the scientific committees

Patients and

\ l consumers
EMA Scientific
Committees

Learned ‘
societies

National Agencies ‘

Healthcare
professionals

Academia and networks ‘
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Patient/consumer involvement in the EMA

Patient

Voice
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Interaction with patients: the EMA journey...
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Increasing involvement in EMA activities
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Overall number of patient & consumer involvement in EMA activities   2007–2015
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General overview

																		Attending annual training		37

						Committee/WP members		Experts		Representatives		Total Involvement						Ad-hoc observers/experts attending PCWP meetings		25

				2007		26		22		28		76						Eligible organizations attending annual meeting		13

				2008		33		87		47		167						workshops + conferences 2015		115

				2009		35		108		70		213						SAG		23

				2010		46		175		86		307						SA/PA procedures		76

				2011		47		200		176		423						CHMP OE		6

				2012		44		240		241		525						PL		71

				2013		55		333		163		551						EPAR		47

				2014		55		336		242		633						Traching table experts		50

				2015		53		329		358		740						Tracking table representatives		135

																		SC		19

																		Topic group TC		69

																		Observer at HCPWP		1

				Comparison of involvement in core activities, 2009–2015

						2009		2010		2011		2012		2013		2014		2015

				SAG/ad hoc expert meetings		3		14		22		36		33		35		23

				Committee consultations		3		8		7		13		10		25		24

				Safety communications		2		11		27		24		39		44		19

				SA/PA procedures		3		13		13		19		28		37		76

				Workshops		3		5		18		44		87		104		115

				HTA consultations														16

				PA consultations														26

				SA consultations														34



test:
=tracking table - 4 SA mentioned in table - 9 SC menitoned in table

test:
also include COMP consultation (2)?
EMA consultation on Strensiq (2)?
Exenatide (implant) with consultation with patients (PIP) (7)?
Consultation on PL for HIC class labelliong (2)?

test:
management board observers + patient observers attending who are not member or alternate + experts

test:
includes HTA consultations
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SAG/ad hoc expert meetings
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Safety communications reviewed 2009 - 2015



PL per therapeutic area '15

		

				Name SAG		Amount patients attended		Therapeuric area																												Therapeuric area

				Zadalfa (Respreeza) - maintenance treatment to slow underlying destruction of lung tissue leading to emphysema in adults with alpha1-proteinase inhibitor deficiency with lung disease.		2		alpha1-proteinase inhibitor deficiency																												alpha1-proteinase inhibitor deficiency		1

				Referral procedure for adrenaline auto-injectors indicated in the emergency treatment of severe allergic reactions (anaphylaxis)		2		allergy																												allergy		1

				Perjeta (pertuzumab)-  HER2-positive breast cancer & guideline		1		cancer																												cancer		3

				Panobinostat MM		2		cancer																												ADHD		1

				Intuniv - ADHD		3		ADHD																												neurology		4

				Gilenya		2		neurology																												HIV		1

				Tecfidera (for MS) and Fumaderm NAP (for psoriasis)
Needed: One psoriasis, one MS patient (ideally with knowledge of PML). Ideally psoriasis patient treated with Fumaderm		3		neurology																												urea cycle disorders		1

				HIV – class review LEGs on lipodystrophy and lactic acidosis		2		HIV																												other		1

				Imlygic - treatment of melanoma that is regionally or distantly metastatic with no visceral disease		1		cancer

				Heparesc - treatment of urea cycle disorders (UCD)		1		urea cycle disorders

				HPV vaccines		2		other

				Neurology MS - PML - Novantrone		1		neurology

				Neurology MS - PML - Tysabri		1		neurology

						23
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Patient involvement in SAG meetings
Therapeutic areas



overview organizations

		Scientific advice																						PA

		Date		Product		Patient		TC/in person/ written		influenced														Date		Product		Patient		TC/in person/ written		influenced

		2-5 feb 2015		CHF 5993		Martine C.J. Puhl		in person		no														6-9 jan 2015		Beloranib (ZGN-440)		Vicky Biliou		written		no

		2-5 feb 2015		Obeticholic acid		Hilje Logtenberg-Van der Grient		in person		no						SA % influencing		SA& PA % influencing		SA&PA&HTA % influencing				6-9 jan 2015		IVA337		Nicola Whitehill		in person		no

		2-5 feb 2015		MEDI7510		Sarah Jensen		written		no				2010		40%								6-9 jan 2015		Amikacin sulphate		Oliver Rayner		written		no

		2-5 feb 2015		ALV003		Hanny van Wezel		written		yes				2011		41%								6-9 jan 2015		Lumacaftor, Ivacaftor (VX-809/VX-770 - Orkambi)		Jan Mihule		written		no

		9-12 march 2015		G1WASP		Anne-Marie Baker		in person		yes				2012		40%								6-9 jan 2015		Mercaptamine bitartrate		Karleen de Rijcke		in person		no

		9-12 march 2015		Perampanel (Fycompa) - treatment of partial-onset seizures +/- secondarily generalised & generalised tonic-clonic seizures in 4-12 y/o patients		Matthew Attard		in person		no				2013		48%								2-5 feb 2015		ADMSC-fib		James Hinchcliffe		TC		no

		9-12 march 2015		Pexiganan (MSI-78-MPS-485) Locilex DFU		Roy Johnson		written		no				2014		47%								2-5 feb 2015		Diacerein (SimplCare)		James Hinchcliffe		in person		no

		7-10 April 2015		C1 inhibitor, human		Lena Brandt Hansen		written		no				2015 -Nov.		26%		18%						2-5 feb 2015		GS010		russell wheeler		in person		yes

		7-10 April 2015		rhAGA		Mika Huuskonen		in person		no														4-7 may 2015		Cannabidiol (GWP42003)		Julian Isla		written		yes

		7-10 April 2015		Finerenone		Ms Shashi Patel		TC		no														4-7 may 2015		Pyridoxal 5'phosphate		Dimitris Athanasiou		in person		no

		4-7 May 2015		IK-700		Pisana Ferrari		written		no														1-4 june 2015		AAV2-REP1, AAV.REP1.		Michael Laengsfeld		in person		no

		4-7 May 2015		Sarizotan Hydrochloride		Fridrik Fridrikson		in person		yes														1-4 june 2015		Cysteamine (Lynovex)		Anja Kladar		in person		no

		4-7 May 2015		Sarizotan Hydrochloride		Danijela Szili		TC		yes														1-4 june 2015		Sevuparin sodium (DF02)		Yolande Adjibi		in person		no

		4-7 May 2015		Cabazitaxel (XRP6258, Jevtana,)		Eric Briers		in person		no														6-9 july 2015		ADSVF		Nicola Whitehill		in person		no

		4-7 May 2015		Degarelix (FE 200486, FIRMAGON)		Eric Briers		written		no														6-9 july 2015		SS3A01		Sophie Thomas		written		no

		1-4 June 2015		Eltrapuldencel-T (NBS20)		Violeta Astratinei		in person		no														6-9 july 2015		CV-MG01		Ruth Ingledew		in person		no

		1-4 June 2015		Human Acellular Vessel (HAV)		Carla Phillips Maclean		written		no														1-4 sep 2015		Oxytocin		Dorica Dan		TC		yes

		1-4 June 2015		Insulin human (Dance 501)		Wim Wientjens		written		no														5-8 oct 2015		Edaravone (MCI-186)		Evy Reviers		in person		no

		1-4 June 2015		VIS410		Hans Lauszus		in person		no														5-8 oct 2015		HP-ß-CD		Toni Mathieson		in person		no

		1-4 June 2015		Alpha-Connexin C-terminal Peptide 1 (ACT1)		Roy Johnson		written		no														5-8 oct 2015		HP-ß-CD		Bill Owen		TC		no

		1-4 June 2015		MEDI4736, Tremelimumab		Tom Simpson		in person		no														5-8 oct 2015		Eteplirsen (AVI-4658)		Dimitris Athanasiou		in person		yes

		6-9 July 2015		Ciclosporin (AGN-192371)		Joyce Koelewijn		written		yes														3-6 nov 2015		AAV2-hRPE65v2		Helma Gusseck		written		yes

		1-4 sep 2015 &      5-8 oct 2015		Lanreotide acetate		Nathalie Raska		written		no														3-6 nov 2015		HP-ß-CD HP-ß-CD		Toni Mathieson		in person

		5-8 oct 2015		PRX-102		Christine Lavery		in person		yes														3-6 nov 2015		HP-ß-CD HP-ß-CD		Bill Owen		TC

		5-8 oct 2015		Elafibranor (GFT505)		Hilje van der Grient		in person		yes														30-3 dec 2015		Daratumumab (JNJ-54767414)		Stuart Fullerton				ongoing - meeting in feb

		5-8 oct 2015		VBP15		Dimitrios Athanasiou		in person		yes														30-3 dec 2015		Ublituximab (TG-1101), TGR-1202		Rosmarie Pfau				ongoing - meeting in feb

		3-6 nov 2015		Abituzumab (EMD 525797)		Monique van Bekkum		written		yes																				total		26

		3-6 nov 2015		Human rotavirus RIX4414 strain (Rotarix)		Sarah Jensen		written		no

		3-6 nov 2015		Sirukumab (CNTO136, GSK2973327)		Kate Gilbert		TC		meeting was in jan. 2016 (also approached in jan)

		3-6 nov 2015		P04084		Ivan Gardini		written		no

		3-6 nov 2015		Retosiban (GSK221149)		Mandy Daly		written		yes

		30-3 dec 2015		INTUVAX (Guanfacine)		Lynne Smethurst		in person		ongoing - meeting in feb

		30-3 dec 2015		INTUVAX (Guanfacine)		Johannes Suess		TC		ongoing - meeting in feb

		30-3 dec 2015		MGN1703, dSLIM-30L1		Barbara Moss		writing		ongoing, meeting passed

								total		34
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Workshops

				2015

				Type of Document		Date		sent to		# of total responses		Responded by		Therapeutic area				therapeutic area		Sent		Awnsered

				review the draft Public health communication concerning the PRAC recommendations on its referral procedure for ambroxol- and bromhexine-containing medicines following concerns over the risk of allergic reactions with these medicines		Jan		5		3		Lina Buzermaniene (EFA),  Sarah Masefield (ELF), Nicole Thiele (EFCNI),		pulmonary diseases				pulmonary diseases		7		5

				draft public health communication for review, related to findings of flawed clinical studies at GVK Biosciences site in Hyderabad		Jan		1		1		Ilaria Passarani (BEUC)		Other				Other		1		1

				draft public health communication for review, related to the PRAC outcome on its referral procedure for hydroxyzine-containing medicines.		Feb		2		2		Laurent Louette (EHN), Ilaria Passarani (BEUC)		Cardiology				Cardiology		4		4

				review the draft Public health communication concerning the PRAC recommendations on its referral procedure for codeine-containing medicines.		March		1		1		Sarah Masefield (ELF)		Caugh and cold in children				Caugh and cold in children		1		1

				CMDh draft public communication on the referral procedure for hydroxyzine-containing medicines		March		2		2		Ilaria Passarani (BEUC), Laurent Louette (EHN)		Cardiology				Diabetes		4		2

				draft DHPC and "letter to patient organisations" on the imminent shortage situation for Insuman insulins		March		2		1		Simon O'Neill (IDF)		Diabetes				Caugh and cold in children		1		0

				CMDh draft public communication on the referral procedure for codeine-containing medicines		April		1		0		n.a.		Caugh and cold in children				infectious disease (Hepatitis C)		2		1

				draft communication regarding the summary of CHMP recommendations for Harvoni, Sovaldi and Daklinza		April		2		1		Laurent Louette (EHN)		infectious disease (Hepatitis C)				Allergy		2		1

				PRAC start of procedure communication for canagliflozin, dapagliflozin and empagliflozin		June		2		1		Wim Wientjes (IDF)		Diabetes				Endocrinology		2		2

				CHMP public health communication on its review of adrenaline auto-injectors		June		2		1		David Supple (ELF)		Allergy				vaccines		2		2

				CHMP Public health communication on strensiq		June		2		2		Gerald Brandt (?), Steve Ursprung (?)		Endocrinology

				Review of draft communication on hpv vaccines		November		2		2		Maurice VanBellinghen (BEUC), Sine Jensen (BEUC)		vaccines

				Review of Ionsys		November		1		1		Ilaria Passarani (BEUC)		Pain following surgery

				Review of communication for Blincyto		November		1		0		Rafal Swierzewski (ECPC)		Cancer

				Review of draft communication for Gilenya		December		2		1		Ranjit Kaur		neurology

										19
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Number of safety communications sent out for review, per therapeutic area



		



Number of PCO responses to safety communications

Number of PCO responses to safety communications sent out for review, per therapeutic area



		

				EPAR Summaries												Package leaflets								Safety Communications

				Reviewed		Sent		Percentage reviewed								Reviewed		Sent		Percentage reviewed

		2007		27		32		84%						2007		9		11		82%				2007

		2008		32		39		82%						2008		39		43		91%				2008

		2009		36		46		78%						2009		33		75		44%				2009		2

		2010		14		18		78%						2010		41		62		66%				2010		11

		2011		38		46		83%						2011		70		79		89%				2011		27

		2012		35		35		100%						2012		91		102		89%				2012		24

		2013		39		48		81%						2013		95		110		86%				2013		39

		2014		48		60		80%						2014		80		89		90%				2014		44

		2015		47		57		82%						2015		71		108		66%				2015		19

																																EPAR summaries

																																Other		CNS		Oncology		Cardiovascular		Antivirals		Immune system		Vaccines		Diabetes				Orphan medicines

																														2013

																														2008		10		7		7		7		4		3		4		1				7

																														2009		14		5		4		4		4		4		2		2				7

																																Package leaflets

																																Other		CNS		Oncology		Cardiovascular		Antivirals-antiinfectives		Immune system		Vaccines		Diabetes				Orphan medicines

																														2008		19		4		6		4		3		4		1		2				5

																														2009		27		8		9		9		4		7		2		3				13

				PLS (2013)																										EPARS (2013)

				Cancer		18																								Cancer		16

				CVS		10																								CVS		1

				Dermatology		2																								Diabetes		4

				Diabetes		11																								Gastro-intestinal		1

				Diagnostic		5																								Hepatology		2

				Gastro-intestinal		3																								HIV		2

				Gynaecology		2																								Haematology		3

				Haematology		3																								Hormonal		1

				Hepatology		2																								Immunology		1

				HIV		6																								Metabolic		2

				Hormonal		3																								Musculo-skeletel		1

				Immunology		3																								Neurological		5

				Infections		3																								Ophthalmology		1

				Metabolism		3																								Other		1

				Muscular-skeletel		4																								Psychiatric		3

				Neurology		5																								Respiratory		1

				Ophthalmology		4																								Vaccine		3

				Osteoporosis		3																										48

				Other		3

				Psychiatry		5

				Respiratory		7

				Urology		3

						108



test:
Still needed?

test:
still needed?



		



2007

2008

2009

2010

2011

2012

2013

2014

2015



		



EPAR Summaries

Package leaflets

Package leaflets and EPAR summaries sent for review
2007–2015



		



EPAR Summaries

EPAR summaries sent for review
2007–2015



		



Package leaflets

Package leaflets sent for review
2007–2015



		



EPAR Summaries

Package leaflets

Percentage of package leaflets and EPAR summaries reviewed
2007–2015



		



Package leaflets

Percentage of Package leaflets reviewed
2007–2013



		



EPAR Summaries

Percentage of EPAR summaries reviewed
2007–2015



		



Review of EPAR summaries
Therapeutic areas



		



Review of Package Leaflets
Therapeutic areas



		Month		Product (EPAR)		Type of indication		# of comments		# of comments accepted		Did the EPAR change		Section of comments

														1 - what is …		2 - how is it used		3 - how does it work		4 - benefits		5 - risks		6 - why is it approved		7 - awaited info		8 - safety measures		9 - other info

		Jan		Xadago		Parkinson’s disease		n.a.																												2014		2015

		Jan		Mysimba		obesity		9		4		1		3		1		2						3										% of EPARs changed by patients		69%		62%

		Jan		Quinsair		cystic fibrosis (lung infection by bacteria)		1		0		0								1														% of comments accepted		51%		39%

		Jan		Xydalba		bacterial infections of the skin and of skin structures		2		2		1						1		1

		Jan		Xydalba		acute bacterial infections of the skin and of skin structures		n.a.

		Feb		Raplixa		stop bleeding during surgery		3		1		1		1				1										1

		Feb		Ikervis		keratitis		5		2		1				1				2				1						1

		Feb		Saxenda		Obesity		4		1		1				1		1		1				1

		Feb		Dutrebis		HIV		3		2		1		1				1												1

		Feb		Kengrexal		blood cloths		n.a.

		Feb		Sivextro		acute bacterial infections of the skin and of skin structures		n.a.

		Feb		Orbactiv		acute bacterial infections of the skin and of skin structures		n.a.

		March		Zykadia		Cancer (lung)		6		2		1		1		1								1		1				2

		March		Jinarc		autosomal dominant polycystic kidney disease		6		2		1		1		3				1		1

		April		Synjardy		Diabetes		2		1		1										1		1

		April		Gardasil		vaccine HPV		4		1		1		1						1				2

		April		Lenvima		cancer (thyroid carcinoma)		3		2		1										2		1

		April		Akynzeo		cancer (side effects)		4		3		1		2				2

		May		Opdivo		cancer (melanoma)		3		2		1						2		1

				Lixiana		blood cloths		n.a.

		May		Lixiana		blood cloths		3		0		0		3

		May		Hetlioz		non-24-hour sleep-wake disorder		3		2		1		1						2

		May		Lumark		radiolabelling		1		1		1										1

		June		Nivolumab BMS		Cancer (lung)		n.a.

		June		Omidria		lens replacement surgery		3		1		1						1		1				1

		June		Repatha		hypercholesterolaemia		3		2		1						2		1

		June		Keytruda		cancer (melanoma)		2		1		1						1				1

		June		Evotaz		HIV		10		0		0		2		0		5		2				1

		June		Unituxin		cancer (neuroblastoma)		0		0		0

		July		Kanuma		lysosomal acid lipase deficiency		2		0		0		1		1

		July		Respreeza		alpha1-proteinase inhibitor deficiency		1		0		0						1

		July		Raxone		Leber’s hereditary optic neuropathy		1		0		0								1

		July		Odomzo		cancer (basal cell carcinoma )		4		2		1				2						1		1

		July		Strensiq		hypophosphatasia		2		1		1								1								1

		Aug		Praluent		primary hypercholesterolaemia		n.a.

		Aug		Ivabradine Anpharm		coronary artery disease (angina)		3		3		1		2				1

		Aug		Zalviso		pain after operation		n.a.

		Aug		Zerbaxa		complicated bacterial infections		n.a.

		Aug		Obizur		acquired haemophilia		0		0		0

		Aug		Cresemba		fungal infections: invasive aspergillosis and mucormycosis		0		0		0

		Aug		Intuniv		hyperactivity disorder (ADHD)		n.a.

		Aug		Mosquirix		vaccine against malaria		0		0		0

		October		Entresto		heart failure		2		1		1						1				1

		October		Ravicti		urea-cycle disorders		3		0		0		2						1

		October		Nucala		asthma		0		0		0

		October		Genvoya		HIV		13		2		1		5		1		4		1				2

		October		Blincyto		Cancer		6		1		1		1				3		1		1

		October		Orkambi		cystic fibrosis		1		0		0

		October		Kyprolis		Cancer		2		1		1						1				1

		October		Ionsys		Pain following surgery		n.a.

		October		Cotellic		Cancer		3		0		0		2								1

		October		Praxbind		Blood clots		3		3		1				1				2

		November		Imlygic		Cancer		3		1		1				1		2

		December		Briviact		Epilepsy		3		1		1		1				1		1

		December		Benepali		psoriasis; arthritis		3		2		1		3

		December		Wakix		Narcolepsy		5		2		1								4								1

		December		Episalvan		Skin wounds		2		1		1								1				1

		December		Oncaspar		Cancer		8		5		1		1		1		2		3								1

		December		Spectrila		Cancer		6		3		1		1		2		2						1

								Total number of comments		Total number of comments accepted		Total percentage accepted		1 - What is …		2 - How is it used		3 - How does it work		4 - Benefits		5 - Risks		6 - Why is it introduc		7 - Awaited info		8 - Safety measures		9 - Other info

								156		61		39%		35		16		37		30		11		17		1		4		4

						Total amount EPARs checked		47

						Total amount EPARs changed by patient feedback		33

						% of EPARs changed by patients		62%





		





		





		





				This document is based on the comment sections in the document "Feedback EPAR summary comments from PCO," located in the folder "4 - Post Opinion/EPAR preparation" of the medicines listed below.

		EPAR SUMMARIES

		Name		Therapeutic area		Number of comments made		Number of recipients				Therapeutic areas		EPAR summaries

		Xadago		Parkinson’s disease		n.a.		n.a.				Oncology		14

		Mysimba		obesity		9		1				Cardiology		7

		Quinsair		cystic fibrosis (lung infection by bacteria)		1		1				Dermatology		4

		Xydalba		bacterial infections of the skin and of skin structures		2		1				Diabetes		1

		Xydalba		acute bacterial infections of the skin and of skin structures		n.a.		n.a.				Haematology		1

		Raplixa		stop bleeding during surgery		3		1				HIV/ AIDS		3

		Ikervis		keratitis		5		1				Nephrology		1

		Saxenda		Obesity		4		1				Neurology		2

		Dutrebis		HIV		3		1				Ophthalmology		3

		Kengrexal		blood cloths		n.a.		n.a.				Other medicines		6

		Syvextro		acute bacterial infections of the skin and of skin structures		n.a.		n.a.				endocrinology		5

		Orbactiv		acute bacterial infections of the skin and of skin structures		n.a.		n.a.				psychiatry		1

		Zykadia		Cancer (lung)		6		1				Rheumatology		1

		Jinarc		autosomal dominant polycystic kidney disease		6		1				pulminology		3

		Synjardy		Diabetes		2		1				Sleep medicine		2

		Gardasil		vaccine HPV		4		1				Genetic diseases		1

		Lenvima		cancer (thyroid carcinoma)		3		1				Infectious diseases		1

		Akynzeo		cancer (side effects)		4		1				bacterial infections		1

		Opdivo		cancer (melanoma)		3		1

		Lixiana		blood cloths		3		2 (one replied)				Total		57

		Hetlioz		non-24-hour sleep-wake disorder		3		1

		Lumark		radiolabelling		1		1

		Nivolumab BMS		Cancer (lung)		n.a.		n.a.

		Omidria		lens replacement surgery		3		1

		Repatha		hypercholesterolaemia		3		1

		Keytruda		cancer (melanoma)		2		1

		Evotaz		HIV		10		1

		Unituxin		cancer (neuroblastoma)		0		1

		Kanuma		lysosomal acid lipase deficiency		2		1

		Respreeza		alpha1-proteinase inhibitor deficiency		1		1

		Raxone		Leber’s hereditary optic neuropathy		1		1

		Odomzo		cancer (basal cell carcinoma )		4		1

		Strensiq		hypophosphatasia		2		1

		Praluent		primary hypercholesterolaemia		n.a.		n.a.

		Ivabradine Anpharm		coronary artery disease (angina)		3		1

		Zalviso		pain after operation		n.a.		n.a.

		Zerbaxa		complicated bacterial infections		n.a.		n.a.

		Obizur		acquired haemophilia		0		1

		Cresemba		fungal infections: invasive aspergillosis and mucormycosis		0		1

		Intuniv		hyperactivity disorder (ADHD)		n.a.		n.a.

		Mosquirix		vaccine against malaria		0		2 (one Replied)

		Entresto		heart failure		2		1

		Ravicti		urea cycle disorders		3		1

		Nucala		asthma		0		1

		Genvoya		HIV		13		2

		Blincyto		Cancer		6		1

		Orkambi		cystic fibrosis		1		1

		Kyprolis		Cancer		2		1

		Ionsys		Pain following surgery		n.a.		n.a.

		Cotellic		Cancer		3		1

		Praxbind		Blood clots		3		1

		Imlygic		Cancer		3		1

		Briviact		Epilepsy		3		1

		Benepali		rheumatoid arthritis		3		2

		Wakix		Narcolepsy		5		2

		Episalvan		Skin wounds		2		1

		Oncaspar		Cancer		8		1

		Spectrila		Cancer		6		1
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EPAR summaries



		PACKAGE LEAFLET 2015

		Name		Therapeutic area		Number of responses				Therapeutic Area		# total

		Lumark		Radiolabelling		0				bacterial infections		2

		Raxone		Leber’s hereditary optic neuropathy		1				cardiology		9

		Hetlioz		non-24-hour sleep-wake disorder		1				Dermatology		2

		Synjardy		type 2 diabetes		1				diabetes		5

		Xolair		asthma (by allergy)		1				endocrinology		5

		Strensiq		hypophosphatasia		1				Gastroenterology		4

		Zalmoxis		Cancer		1				Heamatology		11

		Farydak		cancer (multiple myeloma)		0				HIV/ AIDS		3

		Farydak		cancer (multiple myeloma)		0				Immune system		2

		Aptivus		HIV‑1		1				Nephrology		2

		Keppra		epilepsy		1				Neurology		8

		PecFent		Breakthrough pain (by cancer)		0				Oncology		24

		Twynsta		hypertension		1				Ophthalmology		6

		Ruconest		angioedem		1				other medicines		9

		Fexeric		hyperphosphataemia (by kidney disease)		1				psychiatry		2

		Intuniv		attention deficit hyperactivity disorder (ADHD)		1				pulmonology		7

		Fampyra		walking ability (multiple sclerosis)		0				Rheumatology		2

		Opdivo		cancer (melanoma)		1				sleep medicine		3

		Lenvima		cancer (thyroid carcinoma)		1				toxicology		1

		Keytruda		cancer (melanoma)		1				Urology		1

		Odomzo		cancer (basal cell carcinoma)		1

		Aflunov		H5N1 (‘bird flu’) - vaccine		0				total		108

		Obizur		acquired haemophilia		0

		Repatha		hypercholesterolaemia		1

		Wakix		Narcolepsy		1

		Zerbaxa		bacterial infections		1

		Zalviso		pain after operation		0

		Brinavess		atrial fibrillation		1

		Brilique		atherothrombotic events		1

		Spectrila		Cancer		1

		Solumarv		diabetes		1

		Cystadrops		Eye drops for cornea		1

		Cotellic		melanoma in combination with vemurafenib		1

		Ravicti		urea cycle disorders		1

		Kanuma		lysosomal acid lipase deficiency		0

		Orkambi		F508del mutation		1

		Nucala		refractory eosinophilic asthma		1

		Blincyto		Philadelphia chromosome-negative acute lymphoblastic leukaemia		0

		Praluent		hypercholesterolaemia		1

		Elocta		bleeding in haemophilia A		0

		Oncaspar		Leukemia		1

		Imlygic		melanoma		0

		Macugen		age-related macular degeneration (AMD)		0

		Elvitegravir/cobicistat/emtricitabine/tenofovir alafenamide		HIV-1		1

		Xiapex		Peyronie’s disease		1

		Gilenya		multiple sclerosis (MS)		0

		Jevtana		cancer (prostate)		1

		Halaven		cancer (breast)		1

		Teysuno		cancer (stomach)		0

		Xeplion		schizophrenia		0

		Neupro		Parkinson’s disease and restless-legs syndrome		1

		Benepali		rheumatoid arthritis		1

		Dropcys		Cystinosis		1

		Netpar		Hormone for under active thyroid		0

		Oleogel		healing of skin wounds		1

		Pravafenix		heart disease		1

		Uptravi		long-term treatment of pulmonary arterial hypertension (PAH)		0

		Kovaltry		bleeding in patients with haemophilia A		0

		Iblias		bleeding in patients with haemophilia A		0

		Veraseal		stop bleeding during vascular surgery		0

		Feraccru		iron deficiency anaemia		1

		Briviact		epilepsy		1

		Ongentys		Parkinson’s disease		1

		Yellox		inflammation in the eye (after cataract surgery)		0

		Holoclar		replace damaged cells on surface of the cornea		1

		Kyprolis		multiple myeloma		1

		Evoltra		acute lymphoblastic leukaemia		0

		Hizentra		primary immunodeficiency syndromes and low levels of antibodies in the blood due to cancer		0

		Eliquis		venous thromboembolism (after operation)		0

		Methylthioninium Chloride Proveblue		methaemoglobinaemia		0

		Entresto		symptomatic chronic heart failure with reduced ejection fraction		1

		Victrelis		hepatitis C genotype 1		1

		Benlysta		systemic lupus erythematosus		0

		Tygacil		complicated infections of the skin and soft tissue		0

		Bydureon		type-2 diabetes		1

		Idelvion		Haemophilia A		0

		Tysabri		multiple sclerosis (MS)		0

		Nulojix		rejecting a transplanted kidney		0

		Trajenta		type-2 diabetes		1

		Opsiria		chronic non-infectious uveitis		1

		Yervoy		melanoma		1

		Lonsurf		Colectoral cancer		1

		SB2		psoriasis, crohn's disease		1

		Zynbrita		MS		1

		Taltz		psoriasis		0

		Sialanar		Sialorrhoea		1

		Emtricitabine/Tenofovir.alafenamide Gilead		HIV		1

		Tobi Podhaler		Cystic fibrosis		1

		Cinryze		Hereditary angioedema		1

		Xgeva		Bone metastasis (cancer)		0

		Competact		Type 2 diabetes		1

		Tagrisso		Cancer		0

		Galafold		Fabry disease		0

		Atryn		congenital antithrombin deficiency		1

		Exjade		Iron  excess		1

		Zoely		Oral contraception		1

		H5N1 MedImmune		Pandemic influenza vaccine		1

		Alprolix		Haemophilia B		0

		Zytiga		Prostate cancer		1

		Cayston		Cystic Fibrosis		1

		Buccolam		Epilepsy		0

		Arikayce		Lung disease		1

		Zavicefta		urinary infection, pneumonia, stomach and gut infection		1

		Empliciti		multiple myeloma		1

		Onivyde		pancreas cancer		1

		EndolucinBeta		Radiopharmaceutical precursor, to be used in combination with other medicines (carrier medicines) that are specially developed to target malignant tissue		1

		Strimvelis		Gene therapy used to treat ADA-SCID (Adenosine Deaminase-Severe Combined Immune Deficiency)		0

		Vibativ		Antibiotic to treat adult patients with lung infections		1

		Enzepi		Pancreatic enzyme replacement		1

		total PL checked				71
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		Reviews of eligibility of organisation, 2015

		Positive outcome		36

		Negative outcome		22

		Withdrawn		4





		



Reviews of eligibility of organisation, 2015



		

		Number of patients and consumers included in workshops at EMA

		2009		3

		2010		5

		2011		18

		2012		44

		2013		87

		2014		104

		2015		115
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Opportunities for Patient involvement along the medicine lifecycle at EMA
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Eligible organisations: patients/consumers
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http://www.ehc.eu/
http://www.beuc.org/
http://www.eu-patient.eu/
http://www.fabrynetwork.org/
http://www.thalassaemia.org.cy/

FUROPEAN MEDICINES AGENCY

Three categories of patient participation:

Patients representing = Management Board
pELENE el el « EMA Scientific Committee(s)

. . = Patients’ and Consumers’ Working Party (PCWP)
Patients representing

: . . = EMA consultations
their organisations

= Workshops

= Scientific Advice / Protocol Assistance Procedures
Patients as individual = Scientific expert meetings

experts « Scientific committee consultations
* Review of documents
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EMA Patients’ and Consumers’ Working Party (PCWP)

* Plays a key role in the interaction between the EMA and patient organisations
* Platform for dialogue and exchange on relevant issues concerning medicines

* Representation from: Patient and Consumer organisations; EMA Scientific
Committees & Management Board.

* Four meetings held annually and consulted as and when needed

iy ::
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Patient involvement in EMA activities (individual experts)

Medicines development:

»Participation in scientific advice/protocol assistance procedures for specific medicines

Evaluation of medicines benefit/risk: pre- and post-authorisation

»Participation in expert meetings convened by committees
»Written consultations on specific medicines from scientific committees / working parties

Communication on medicines:

»Review of information on medicines: Package leaflets, EPAR summaries, safety

communications (Q&As) and other Agency documents for the public

Y
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Patient involvement in EMA activities (organisation reps)

Involvement of patients in
workshops (2009-2015)

Patients are consistently invited to participate in 140

120 -

EMA conferences and workshops.

115
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100 - a7

80 +
They are also are sent draft guidelines for 60 - "

40 +
comments N I

20 +

3 5
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2009 2010 2011 2012 2013 2014 2015

Patients also contribute to EU-wide initiatives where EMA is involved such as:
e Enpr-EMA - European Network of Paediatric Research at the European Medicines Agency

e ENCePP - European Network of Centres for Pharmacoepidemiology and Pharmacovigilance

« WEB-RADR - Recognising Adverse Drug Reactions

of 2%
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http://www.ema.europa.eu/ema/index.jsp?curl=pages/partners_and_networks/general/general_content_000303.jsp&mid=WC0b01ac05801df74a
http://www.ema.europa.eu/ema/index.jsp?curl=pages/partners_and_networks/general/general_content_000229.jsp&mid=WC0b01ac05801df747
http://web-radr.eu/

Impact of input
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70%0 of draft EPARS reviewed were amended
following patient input
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Total amount EPARs checked Total amount EPARs changed

by patient feedback
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Monitoring and reporting

< Annual report to EMA Management Board - overview of all activities in which

patients and their organisations have been involved — quantitative and

qualitative aspects

e Every 2 years a satisfaction survey is sent to all patients who have participated
that year

e Proposals for improvements included in the next PCWP work-plan

i
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Value and impact of involving patients in EMA

e The involvement of patients has;

— Brought the everyday aspects of living with a disease into the scientific discussions
— Improved the quality of patient information and communication on medicines

— Increased the public awareness of EMA outcomes

- Patients are a recognised and integral part of the Agency’s work

e Participation has not only increased and diversified but has also been refined to ensure

optimal involvement.

This collaborative journey with many stakeholders, cultures and languages has its challenges,
however different perspectives are crucial and have ultimately resulted in mutually

beneficial exchanges and ultimately more meaningful decisions for all concerned.

1995

2015
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Challenges

e Finding suitable patients (e.g. language barrier, availability)

e Ensuring comprehensive, tailored training to facilitate and enhance
participation

 Provide a clear definition of patients role in the different activities to manage
expectations from all angles

e Managing potential conflicts of interest

e Representation

e Measuring the value / impact of patients

w
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EMA Initiatives aimed at supporting development to accelerate

patient access to medicines that address unmet medical needs.

Adaptive pathways is a concept for medicine development and data generation which

allows for early and progressive access to a medicine.
Based on three principles:

elterative development ; approval in stages; beginning with restricted patient population

then expanding; or conditional approval based on early data
eGathering evidence through real-life use to supplement clinical trial data

eEarly involvement of patients and HTA bodies in discussions on a medicine’s
development (brainstorm ways to optimise development pathways and accelerate access

to medicines).

Primarily for treatments in areas of high medical need where difficult to collect data

w
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PRIME (PRIlority MEdicines) scheme (launched March 2016) aimed to strengthen support
for medicines that target unmet medical needs and help patients benefit as early as

possible from therapies that may significantly improve their quality of life.

Offers early, proactive and enhanced support to medicine developers to optimise
generation of robust data on a medicine’s benefits and risks and enable accelerated

assessment of medicine applications.

eFocuses on medicines that may offer major therapeutic advantage over existing

treatments, or benefit patients with no treatment options.

To be accepted for PRIME, a medicine has to show its potential to benefit patients with

unmet medical needs based on early clinical data
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Input from patients, completes the picture.....
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Contact % @

Nathalie Bere

Patient relations coordinator
Stakeholder and Communication Division
nathalie.bere@ema.europa.eu
WWWw.ema.europa.eu
PCWPsecretariat@ema.europa.eu

European Medicines Agency
30 Churchill Place « Canary Wharf « London E14 5EU = United Kingdom
Telephone +44 (0)20 3660 8452 Facsimile +44 (0)20 3660 5550
Send a question via our website www.ema.europa.eu/contact

=g

" @EMA_News

. Follow us on °



mailto:nathalie.bere@ema.europa.eu
http://www.ema.europa.eu/

7th Global Patients o

International Alliance of

/ﬁ\ Patients” Organizations
wwﬁl\ A global voice for patients

9-11 April 2016

Selsdon Park Hotel, South London, UK @ www.globalpatientscongress.org #GPC2016

Thank you
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